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HTA.BG

EVIDENCE MATTERS

HacTtosawmar o63opeH aHann3 € n3roTBeH No 3agaHue Ha HauwnoHanHa
3gpaBHo-ocuryputenHa kaca (H30K). HayyHusT npoekT e HesaBucum — HTA
00[L, Codwmsa, bvnrapusa, n aBTopuTe Ha TO3N TEKCT HE Ca CMOHCOPUPaHM OT
dapmaueBTMYHM KOMMNaHMM W/unn acounaumm 3a U3roTBAHETO Ha TO3u
aHanus. [JoknagbT € puHaHcupaH ekcknysmsHo oT HTA OO[. AsTtopute He
cboOLaBaT 3a KOHMNUKT Ha NHTEpeCH.

HTA OO[ e KoHCynTaHTCKa KOMMaHud, KOATO uenu ga nogobpu
3[paBeonas3BaHeTO Ype3 aHraxmpaHe Ha WHCTUTYUUKW, akageMUYHW cpeaw,
ekcnepTw, BGusHec cpean, nauneHTn, perynartopu, nnaTum,
HenpaBuTeNCTBEHM opraHm3auun. Cbc cbBMmecTHM ycunusa, HTA OO0

ocopMsa nonuTMkata B obnacTta Ha 3OpaBeonasBaHEeTO M B3EMaHEeTO Ha
peLLeHuns.
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lNpeanrosop
FeHHN Tepanuu — xapakTepucTMKa 1 npeacTtaBuTenn
Krnro4yoBu xapakTepucTMku Ha nauyueHTuTe
AunarHocTn4HM npeausBUKaTesncTea
NMpunoxumo 3akoHoaaTesnicCTBO
O3T B bbnrapus — onucaHue, CTPyKTypa Ha aHanusa
lNpeausBukaTencTea npen reHHUTe Tepanuu
CnpaBsiHe C HeCUrypHocCTTa
PenmbypcupaHe Ha reHHU Tepanuu

NokasarencTtBa ot peanHusa ceat (RWE)

. CnopasymeHuns 3a cnogensiHe Ha pucka
. Bb3HuKBawm cpuHaHcoBn moaenu

12. bbaewm nepcnekTMBU U MPOrHO3un

13. Pe3ynTtaTu 1 npenopbKu
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CbHPALLEHHA

aHanua Ha OKeTHOTO Bb3encTBne

Bbnrapcku nekapcku cbio3

enekTpopeTHorpadus

EBponencku cbio3

3akoHa 3a 34paBHOTO OcUrypsiBaHe

3akoHa 3a nekapcTBEHUTE NPOAYKTU B XymMaHHaTa
MeauumHa

ManbnHuTenHa areHums no nekapcrtearta

neKkapCcTBEH NPOAYKT

MexayHapoaHa knacudmkauus Ha bonectute
MeTaxpomaTuyHa neskognucTpodus
HaunoranHa 3gpaBHo-ocuryputenHa kaca

HaumnoHaneH cbBeT Mo LeHn n penmbypcupare Ha
NeKapcTBEHUTE NPOAYKTU

oLeHKa Ha 34paBHUTE TEXHOOTMN
B-kneTbyHa ocTpa numdcobnacTHa neskemus

MbPBUYHN UMYHHU AePULNTY
Mo3nTUBEH NeKapCTBEH CMNCHK

npuTexaren Ha paspelleHuve 3a ynotpeba
paHOoMU3UPaHK KITMHUYHW NPOyYBaHuS

crnyHanHa MyckyrHa atpodus

cropasyMeHusi 3a CriogersiHe Ha pucka
TpaHCNnaHTauMsiTa Ha XeMOMOETUYHU CTBOSIOBU
KneTKu

hapMakoMKOHOMUYECKN aHanu13

XEMOMOETUYHM CTBOSIOBU KMETKM
afieHo-acoumpaHmn (adeno-

BUPYCHWM  BEKTOPU

associated virus)

n3KycTBeH nHTenekT (artificial intelligence)
afieHo3nH ae3aMuHasa (adenosine deaminase)
apuncyndarasa A (arylsulfatase A)

neKkapcTtBeHM NpOAYKTWM 3a MoAdepHa Tepanusa

(advanced therapy medicinal products)

XUMEPHU AHTUTEHHU peuenTopHu T-kneTkn

(chimeric antigen receptor T-cell)

PoHp 3a 6opba c paka (Cancer drug funds)

DLBCL

FDA

EBMT

EMA

ENCePP

ICH

LTFU

MAA

MCL
ML
NICE

NIH

PMBCL

RCT

RWE

RWD

SNP

andyseH B-egpoknetbyeH numdom (diffuse large B-cell
lymphoma)

AreHUMsi 3a KOHTPON Ha XpaHuTe u nekapcteata (Food
and Drug Agency)

EBponeiicko obLlecTBO 3a TpaHchnaHTauus Ha KpbB U
KocTeH Mo3bk (European Group for Blood and Marrow
Transplantation)

EBponeincka areHuusi no nekapcteata (European Me-
dinces Agency)

EBponencka Mpexa 3a LeHTpoBe no

hapmakoenuaemmonorns " dapmakonorniHa
6putenHoct (European Network of Centres for Phar-

macoepidemiology and Pharmacovigilance)

MexgyHapogeH CbBeT 3a  XapMOHM3WpaHe  Ha
TEXHUYECKUTE W3UCKBaHMS 3a nekapcTBa 3a XyMaHHa
ynotpeba (International Council for Harmonisation of
Technical Requirements for Pharmaceuticals for Hu-

man Use)

AbnrocpoyvHo npocneassaHe (long-term follow-up)

3asBrneHve 3a paspelleHne 3a ynoTtpeba (marketing
authorization application)

MaHTUHO-kNeTbYeH numdom (mantle cell lymphoma)
MaLuMHHO oby4veHune (machine learning)

HaunoHanHMaT WMHCTUTYT 3a KIMUHUYHO CbBBbPLUEHCTBO
(National Institute for Health and Care Excellence)

HauvornaneH 3gpaseH nHctutyT (National Institute of
Health)

NMbpBUYEH MeauacTvHaneH B-edpokneTbuyeH nuMdom
(primary mediastinal large B-cell lymphoma)

pPaHOOMU3NPaHU KOHTPOJITMPAaHU Npoy4BaHUA

fokasaTencrea oT peanHus caaT (real-world evidence)

OaHHM OT peanHaTa KnuHu4YHa npaktuka (real-world
data)

€OMHUYHW  HYKNeoTuaHW  nonumopduamm  (single-

nucleotide polymorphism)



A reliable bridgecan be |
only on strong foundatic
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Health Technology Assessment (HTA) Ltc

ABTOPH

O-p [xamba30oB npuTexaBa MexayHapodHa eKkcnepTmsa KaTto KOHCYMTaHT 3a 34paBHU

NOMWUTUKM N 3APaBHU MHBECTULMOHHM NpoekTu. [IokTop Ha HaykuTe B obnacTra Ha oueHkaTa
Ha 3gpaBHUTE TexHonoruv, uma MBA oT AMepuKaHCKMS YHMBEPCUTET M MarucTpartypu no
MeauumMHa n obliecTBeHo 3apaBe, 3aBbplleH kypc B HBS 3a mM3mepBaHe Ha nonsvte B
3apaBeonasBaHeTo. [-p [kamba3oB npenogasa 34paBeH MEHUIKMBHT 1 OLLEHKA Ha 34paBHU
TEXHOMOrMKn, CbaBTOP B KHUMM 3a OLEHKa Ha 340paBHN TEXHOMNOMMW, eNMAEMUOIIONNS, KMMHUYHN
npoyyBaHus, 3gpaBHa nkoHomuka. OT 2017 r. € YacT OT KOHCYNTaHTCKMN €KW, KOWTO pa3BuBa
aKTMBHa AenHOoCT B obracTta Ha 34paBeonasHuTe M OCUTYPUTENHU CUCTEMWU B HSAKOMKO

adpukaHckn gbpxasu, bnnskua M3Tok n toromstovHa Asus.

Ot 2016 r. e yvact ot ekvna Ha HTA OOL. Wma 5-roguiieH onuT KaTto aHanusatop Ha
OoxkeTHO Bb3genctesme. [lputexaea crnegaunnoMHa  KBanudukaumss nNo  34paBeH
MEHUIKMBHT, cneumanusvpa gonbnHutenHo B [nasroy, bapcenona, KoneHxareH. AKTUBHO
ce 3aHumaBa cbc CCP, uvHOBaTMBHM MOLENW Ha 3annallaHe Ha CKbMoCcTpyBaluy Tepanuu,
n3mMepBaHe Ha 34paBHM NON3n B 34paBeona3BaHeTo. ABTOP M CbaBTOP B HAy4YHWU Nybnvkaumm.
Mpeacton ©n 3awmta Ha [OOKTOPAHTCKM Tpya Ha Tema: ,/koHOMuyecka oOueHka Wu
onTumMmuanpaHe Ha edEeKTMBHOCTTA Ha NEYEHNETO Ha MauMeHTU C MakyrnHa AereHepauus B

Bwnrapus”.

[-p CnaBueB e Gakanebp No GUOTEXHOMNOrMM U MarMcTbp NO MonekynspHa buonorusa ot CY
.CB. Knument Oxpugckun“. Tpe3 2014 r. 3awuTaBa [JOKTOpaT MO WHEMEKUNO3HA
mukpobuonornss. Ot 2013 pgo 2017 r. pabotm B WHcTuTyTa no Mwukpobuonornss Ha
Bbnrapckata Akagemuss Ha Haykute, kbaeTto npugobuBa akageMuyHa CTeneH [naBeH
acucteHT. [I-p Cnae4yeB cneumanusmpa ,,OueHka Ha 3gpaBHUTE TexHomnormm®, ceptuduumnpaH
3a pabota ¢ TreeAge Pro, cneuuanuaupa gonbnHutenHo B JloHOoH, masroy, bantumop.
ABTOp 1 cbaBTop B noBeye oT 30 HayyHW nybnukauun. Tor € eanH OT aBToOpUTE Ha KHUMUTE

“KnyuHu4HM n3nutBaHus: Teopust, NnpakTuka, npenopbku” n “lMpaktuyecka enngemmonorns’”.




WMoanHa ByTtoBa e marnctbp no dapmauma o MY—Codua. OT 2017 r. e yacT oT ekuna Ha
HTA OO[, yum n ce pasBuBa B obnactra Ha HayyHWUTE aHanusw, 34paBHU MOMUTUKM,
npoyyBaHe M KOOpAMHaLMA Ha MexayHapoaHa genHoct Ha HTA OO/, B3uma yyactue kato
CbaBTOpP B HayyHu npoektn. OT Havanoto Ha 2020 r. akTMBHO Ce 3aHMMaBa C MPOEKTH,
CBbP3aHu C U3MepBaHETO Ha Nons3u B 3apaBeonasBaHeTo B bwnrapua (Value measurement
for healthcare).

Mar. cpapm MoaHHa
BytoBa

3aBbpliBa GakanaBbp ,Ekonorms u onaseaHe Ha okonHaTa cpega“ B CY ,,CB. KnumeHT
Oxpuackn® n maructbp ,,Mukpobuonorus n mukpobuonormyeH koHtpon“. lMpes 2016 r.
npvaobuBa Hay4yHO-0OpasoBaTeniHa CTeneH JOKTOP MO MMKPOOMONOorMs. YCnewHo 3aBbpLuBa
cnegaouniioMHa cneuvanmsaums no 3gpaBeH MeHnmKMbHT B EBUYM. OT 2017 r. e yacT oT
ekuna Ha HTA OQ[] kaTo ekcnepT aHanu3 1 HayyYeH amsaiiH. VIHTepecuTte 11 ca B obnacrta Ha
MorneKkynsipHata Ouonorusi, oueHkaTa Ha 34paBHUTE TEXHOMOorMu, oapmMakouKoHOMMKaTa Wt
aHanmsa Ha Ka4yecTBOTO Ha >XWBOT, CBbP3aHO CbC 34PaBETO.

O-p MapTta EHueBa,
am

Mapusi OuMuTpoBa € pUCT - ekcrnepT B obractTa Ha dapMaueBTUYHUTE perynauum u
dhapmaueBTUYHMA nasap. PaboTuna e Hag 15 roguHu B pasnnyHy MeXayHapoaHU KoMMaHum
B obnacTtTa Ha chapmauusiTa, noHacTosilem e YacT oT ekuna Ha AC ,Hukonosa, KanuHoB n
napTHbOpPU® 1 MpoAdbikaBa Aa paboTv M ga npocrensisa pasBUTMETO Ha perynauunte B
3apaBeona3BaHeTo.

Mapusa umutpoBa,
opUcT

[naHa PaneBa e maructbp no uHxeHepHuTe Hayku. Mpes3 2016 r. npugobuea Gakanaesbpcka
CTENeH Mo akyLepcTBO U rMHekonorus, a npes 2018 r. 3awuTtaBa maructpaTtypa no 3gpaBeH
MeHUAXMBHT B MY—Codumsa. Ot 2019 r. yyactBa B M3roTBAHETO Ha OLEHKM Ha 34paBHUTE
TEXHONOrMM n (bapMakoMKOHOMUYECKN aHanM3u C akUEHT BbpXy HayyHaTa 4acT, KakTo U B
Npoy4YyBaHe Ha akTyanHUTe TEHOEHUMW, CBbP3aHU C MeguuvHaTa u 3gpaBeonasBaHeTo. Ot
2020 r. akTMBHO paboTu MO aHanNu3M 3a oLeHKa Ha BIIPKETHOTO Bb3AENCTBME HA 3O0paBHUTE

TexHonorum B bun rapusa.

OwvaHa PaneBa

ExkatepuHa [MaBnoBa e GakanaBbp No OvomeguumHa € MOACNELMANHOCT HEBPOHayku OT
YuuBepcutetckn Konex JlongoH (UCL), Benukobputanusa. T[loHacTosiem cnenga
Q maructpaTtypa ,EkcnepumeHTanHa dapmakonormns“ otHoBo B UCL. Ot kpasa Ha 2020 r. ce

pa3BuBa B obracTTa Ha 3gpaBHaTa MonMTUKa U GapMakOMKOHOMMKA KaTo 4acT OT ekuna Ha
HTA OO[. CbaBTOp € B CKOpOLIHA Hay4YHa nybnukauums 3a pasnpoctpaHueHneto Ha COVID-

19, a B GbAellle Xenae Aa NPoabIMKN Pa3BUTMETO CU Ypes 3allmMTa Ha [IOKTOPCKa CTereH.
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NMPEATOBOP

CKkbnu YyntaTtenu,

OG630pHUAT aHanNM3 O4YakBaHO NPEACTaBs MHTEpPEeCHa M MbilHa KapTUHa
Ha npoLecuTe 3a ocUrypsisaHe Ha HaBpeMeHEH JOCTbMN 4O NepcoHanmaMpaHa
MeauunHa OO0 NauMeHTUTE — MHOBaLUMS, KOSTO We HaBnu3a BCe No-LUMPOKO B
npaktukata. H30K nposiBn nHTepec v nogkpenn tasuv MHUUMaTMBA OLLEe Ha
noenHo HuBo. PasrmegaHm ca npeamsBuKatencrBata, CBbp3aHM C
AnarHocTukaTa u NpuIioXXeHneTo, perynauunsaTa, oueHkata u douHaHCupaHeTo
Ha HOBWUTE 34paBHU TEXHOMNOMMU U BB3MOXHUTE PELLUEHUSA, C KOMTO Ada '

NocpeLLHEM.

Pa3BntneTo Ha KoHUenuusTa W perynauyuata Ha WMHOBATMBHUTE
nekapCcTBEHM NPOAYKTM € AbfAblr M KOMMMEKCEH npouec, a AaHHuTe OoT
NPUMNOXEHMETO MM B pearnHu YCroBus Ca OT CbLUECTBEHO 3HaveHune 3a
onpeaensiHeTo Ha Han-gobpoTo nedeHne 3a Bceku naumeHT. OvakBa ce
HapacTBal, Opon WHOBATMBHM fNeEKapCTBEHW Npoayktu pgpa Obaar
pa3paboTeHn u nNpedoCTaBeHW Ha NauMeHTUTE U 3OpaBHUTE CreuManucTu.
MopoobpsaABaHeTO Ha AocTbna OO0 TAX MoXe Aa 6bae NoCTUrHaTto camo 4vpes
pasbupaHe Ha BCUYKM Npean3BMKaTEsiCTBa, MO MbIIEH U MHTErpMpaH HauuH,
Taka 4ye ga 6baat yCTaHOBEHW HaBPEMEHHW CTpaTermu 3a ocurypsiBaHe Ha
nona3uTe 3a nauueHTuTe n obuiecTBoTo. locneaHoTo e 0cobeHo BaXkHO 3a
ANHAMWYHOTO €eXedHeBMe Ha CbBPEMEHHUTE Meauuu W 34paBHU
MEHUIKbPU, OT KOUTO Ce O4YaKBa Aa CbYyeTadaT MO3HaHUATaA Ha MeauuuHara,
dapmauusaTa, enugemuorniornsita, cratuctMkata WM WMKOHOMUKaTa, 3a Aa
B3emMaT Han-agekBaTHUTE 3a [OadeH MOMEHT pelleHusi, OCHOBaHW Ha
AokasaTerncrtBa, HO M Ha CnocobHoCTTa Aa MporHo3vpaTt B YCNoBusTa Ha

perynatopHaTta AuHaMmuKa.

ABTOPCKUAT KOMNEKTMB € C OMUT B OLIeHKa Ha 34paBHUTE TEXHOIOMuW,
MKOHOMMKa Ha 3apaBeonasBaHeTo, couuanHa meauuuHa, dpapmMaueBTUYHO
3aKoHOOaTencTBo, 34paBeH W apMaueBTUYeH MEeHUOXKMBbHT. ToBa
onpedens M MHOroacneKkTHOCTTa Ha noaxoda KbM npobGremMaTukaTa Ha
nepcoHanuavMpaHaTa MeauuuHa U 6oratcTBOTO Ha  npeactaBeHaTta



nHoppmMaLms.

OG30pHNAT aHanu3 npeAacTaBs CcuUcTemMaTMsvMpaHa W nogpobHa
nHdopmMaums, Heobxoanma 3a BCUYKM CreunanucTi, KOMTO ca aHraxmnpaHu B
goctbna QOO0 WHoBauusi B 3gpaBeonasBaHeto.  O6obuweHneto Ha
npeactaBeHust maTtepuan nog dopmata Ha M3BOAM MpaBWu MOM3BaHETO Ha
aHanusa edgekTMBHO, a OONbIHUTENHO NpeAcTaBeHaTa NnuTepaTypa naea
Bb3MOXXHOCT Ha BCEKW, KOMTO MCKa Aa ce 3aabnboun no-HaTaTbk B JagdeHa
TemMa, fa ro HanpaBu C MNPUHUUNWTE Ha MeauuMHaTa, OCHOBaHa Ha
AokasaTencrtea. Bapsam, ye TO3M aHanu3 we e OT M3KII4YUTENHa nonsa 3a
MHOXECTBOTO 3aMHTEPecoBaHW CTPaHW, KOUTO LLe HanpaBsT Taka, 4Ye Tesu

Tepanmnn ga HaMepAaT CBOETO MNMPUIoXXeHne 3a Han-noaxoaaAWmMTe NaymeHTu.

MpnaTHO YeTeHe!

lNpogp. 0-p Nemko Candes, Om

Ynpasumen Ha “HauuoHarnHa 30pasHo-ocueaypumernHa kaca” (H30K)
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1.1. KNIOYMOBU XAPAKTEPUCTUKM
HA FrEHHUTE TEPAINMUMU

Cnopef, areHumMsiTa 3a KOHTPOS&T Ha XpaHuTe u
nekapcteata (FDA), reHHaTa Tepanus npeacrtaBnsiBa
LfpunazaHe Ha 2eHemuy4eH Mamepuarn 3a
MooupuyupaHe unu MaHurynupaHe Ha ekcripecusima Ha
2EHHUS MnpodyKkm, unu 3a fnpoMmsiHa Ha 6uornoau4yHume
ceolicmea Ha Xueume Kremku c uen meparnesmuyHa

yrnompe6a.“ "

MbpBOTO 0406PEHO NPOYyYBaHe Ha reHHaTa Tepanus
e npoBegeHo oT HauuoHanHus 3gpaBeH MHCTUTYT (NIH)
npe3 1989 r. n 3a nNbpBM NbT gaBa AoKasaTesicTea, 4ye
YOBELKNTE KMNeTkKn MoraT pJga 6baar reHeTuyHo

mMoamnduumpaHm n BbpHaTK Ha nauueHTa 6e3 Bpeaa.

leHHaTa  Tepanus e  TexHuKa, KOATO
Moaucuumpa reHMTe Ha YOBEK, 3a Aa MOXe Aa ce
npegoctaBu NbAHO U3NeKyBaHe Ha  JafeHo
3abonsaBaHe. [eHHUTE Tepanuu morat ga paboTaT no

cnegHnTe HAKOJIKO MexaHM3Ma.

=  3aMdHa Ha OONecTOTBOPHUS reH CbC 34paBo Konue
Ha reHa

=  WHaKTMBMpaAHe Ha reH, nNpuunHaBaly 3abonsiBaHus,
KOMTO He DYHKUMOHMpPaA NpaBuITHO

= BbBeXOdaHe Ha HOB WM MoAUUUMPaH reH B
TANOTO, 3a [Ja ce [MOAMNOMOrHe rle4YeHneTo Ha
3abonsBaHeTo

OuakBa ce B 6nmsknTe 5 rognHn hapmaueBTuyHaTa
NHOYCTPUA Oa OCUTYpU KadecTBEHO HOB TUM Tepanuu 3a
Hene4ynmn 3abonsBaHus kaTo 6onecT Ha Anuxanmep,
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xemopunma TvMn B, HAKOM OHKO3abonsiBaHUs, PE3UCTEHTHW Ha
aHTMbMoTMUKn mHdbekumn n apyrn. Kbm momeHTa ce uanuteaTt okorno 300
Takuea Tepanun, ot kKouto 111 ca B obnactra Ha oHkonoruata. [ eHoMHa
Tepanus ce Tbpcu 3a 6onectta Ha Anuxanmep, KOATO MNpencTaBnsiBa
NPOrpecuBHO fereHepaTMBHO 3abonsiBaHe Ha MoO3bka. Haun-yecto T4 ce
pa3BuBa Hag 65-roguiHa Bb3pacT, HO Npu 5-6% ce nosiBsiBa U No-paHo -
mexay 30-40 roguHu. JleyeHneTo B MOMEHTa € caMO CUMMNTOMaTU4YHO U
€ONHCTBEHO MOXe Aa 3abaBu nporpeca Ha 3abonsBaHeTOo.

CobLluecTByBaT pa3HOOOpa3HM BUOOBE reHHU Tepanun, BKNKYUTENHO:

= nnasmngHa [OHK: kpbroBute [OHK wmonekynun wmorat pga ©ObaaTt
FEHETMYHO KOHCTPyMpaHW, 3a [da HOCAT TepaneBTUYHM T[EHU B
YOBELLUKUTE KNETKN;

—  BWPYCHW BEKTOPW: BMPYCUTE MMAT ecTecTBeHaTa CnocoOHOCT Aa
AOCTaBAT reHeTU4eH matepuan B KNeTKUTe M crnegoBaTesiHO HAKOU
NPOAYKTU 3a reHHa Tepanusi ce nosnydasaT OT BUpYycu. BeaHbx cnen
Kato BUpycuTte ca moguduumpaHn Taka, 4ye crnocobHocTTa um ga
NpUYNHABAT WMHMEKUMO3HN 3abonsiBaHMs € npemMaxHata, Tesu
MoaudmumpaHn BUPYCM MoraT [a Ce WU3Non3BaT KaTo BeKTopu
(HocuTenu) 3a npeHacsiHe Ha TepaneBTUYHW TEHU B YOBELUKUTE
KNeTKu;

=  BakTtepuanHu BekTopu: bakTepmmte moraT ga 6baat moamuumpaHu,
C uen npegnassaHe OT NpUYNHABaHE Ha MHMEKUNO3HM 3abonsaBaHns
MW cneg ToBa Aa Ce M3MNON3BaT KaTto BekTopu (HocuTenu) 3a
npeHacsiHe Ha TepaneBTUYHN FrEHN B YOBELLKUTE TbKaHW;

=  TEeXHOmNorvs 3a pegakTupaHe Ha YOBELLKW FeHu:. uenuTe Ha reHHarta
pegakumMsi € ga Obaar paspyleHuM BpeaHuTe reHn unm ga ce
nonpaBaT MyTMpanu Taknea,

= Tepanusi, npousxoxgawa OoT MoaudUUMPaHM reHM Ha naumeHTa:
KNeTKUTe ce OTCTpaHdaABaT OT nauneHTa, reHeTU4YHO ce moauduumpar
(4yecTo ce wuanonsBa BUMPYCEH BEKTOP) W crej ToBa ce Bpbwar
obpaTHO B NauuneHTa;

15



eHHM Tepanuu: xapakTepucTuka u npeactasutenu | KrnoyoBu xapakTepUCTUKN Ha FEHHUTE Tepanuu

PUryprA. 1. CXEMA HA PA3JNIMYHUTE NOOAXOAU KbM FrEHHATA TEPAMNUA,
NMPUNOXUMA KAKTO 3A PEOAKTUPAHE HA TEHWU, TAKA U 3A TPAHC®EP HA TEHU (2)

In vivo gene editing Ex vivo gene editing

Viral Liposome

oo A " Targetcells \
/ Isolation \

A

Peptid ‘ Viral Non-viral delivery
Polymers PPt \ delivery  Eloctroporation  Liposome Polymers

2 w | g .'! @
7" _ | *\ %

\ ;
Re-infusion '\ @
Expansion

i é ; E Gene edited cells

[eHHaTa Tepanna e akTuBHA

NOCNELHH NPOTHOSH obnact Ha wu3cnegBaHe npes

nocnegHuUTe ABe AeceTuneTus.

AT vgEn P2 G2 SRENEE Kbm 28. sHyapu 2018 r. pgecer

odobpeHuemo Ha okosio 40 Hoeu
mepanuu. ? NpoAyKTa 3a reHHa Tepanusi ca

ogobpeHn 3a BbBexOgaHe B

MeOUUMHCKaTa rnpakTuka B MOHe
egHa ObpxkaBa B cBeTa. [locnegHuTe nporHo3uM 3a 6nuskoto 6baeule
BapupaTt oT 12 0o 14 HOBM reHHW Tepanuu, npeacTaBeHn 3a ogobpeHne npes
criegBalLUTe HAKOJIKO rOANHN.
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1.2. TEHHUTE TEPANUY B EBPONA

Tabnuua 1 npeacrtaBsa nperneg Ha o0O0OpEeHM reHHUM Tepanun B
Esponeickn cbio3 (EC). Bbnpeks BUCOKMTE CU pasxoau u ronamata
HEeCUrypHOCT No OTHOLLEHNE Ha edekTa, C KOATO e CbhnpoBoaeHa yrnoTpebaTa
Ha reHHUTe Tepanuu, Bce nak e akT, 4Ye Bce noBeye reHHn Tepanun busat
ogobpeHn 3a ynotpeba m Bce noBeye MNauMEHTU umaT OOCTbN A0 TSX,

6narop,apeHV|e Ha MHOBATUBHWU MOAENIN N CXeMU 3a 3alniallaHeTo UM.

NMPUMEP 3A TEHHA TEPANUSA

INlekapctBeHuatr  npogykt  (J11) Kymriah (tisagenlecleucel),
npegHasHavyeH 3a fevyeHne Ha ocTtpa numdobnactHa neeskemmnsa Ha B-
KNeTKkUTe, KOATO M3nonssa cobCTBeHUTE T-KMeTKM Ha TsanoTto 3a 6opba ¢
paka, MMa perucTpupaHa npegenHa ueHa B bbnrapus. Toa o3HavaBa, ye
NPoAyKTbT MOXe Aa 6bae KynyBaH Ha cBobogHMS Nasap, HO BCce OLe He e

penmbypcupaH.

3a pga nonyyn ocumumanHa peuvmbypcauus, JIIM cnegBa ga npemMuHe
OLIEHKUTE, OnNncaHn B NeTu pasgen oT HacTosAwms o63op. Kbm gHelwHa gaTta
HAMa oduumanHa MHoOpMauMs Oa € M3BbpPLIEHA OUEHKa Ha 34paBHUTE
TexHonormm oT HauuoHaneH cbBeT MO UeHM U peumbypcupaHe Ha

nekapcteeHute npoayktn (HCUPIJIM) 3a npogykra.

Hawute npeanonoxeHuss ca, 4e KOMMaHusaTa (nputexarten Ha
paspeweHne 3a ynotpeba, [MPY) no-ckopo nnaHupa OCbLUECTBABAHE
3annawaHeTo Ha npoAaykTa 3a Obnrapcku nauveHTu no pega, no KoMTo e
ocblecTBaABaHO 3annawaHeTto 3a JII1 Spinraza (nusinersen), KoeTo ce
Hanara Han-Be4ye nopagu HeobxoaUMOCTTa OT HanMyMe Ha LEHTbP, B KOMTO
nAa 6vae ,m3paboTeHO MHAMBMAOYANHOTO JIEKAapCTBO® 3a nauueHTa (8ux
crieyuguyHUMe u3uckKeaHus 3a rnod20moekKa U rpusioxeHue Ha rnpodykma).
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"eHHW Tepanun: xapakTepucTuka n npeacrasmtenu | FeHHnTe Tepanuu B EBpona

1.2.1. ANKOCTPALNA HA OHULIMANHHA AAHHY 3A NYBNHYUHK PASXOAH 3A TEHHU
TEPAMNWA

1.2.1.1. PAHLKA

TABNUUA 2. OGULUMANHUA OAHHU 3A NYBIUYHU PA3XOOU 3A TEHHU TEPANUU
MPE3 NOCNEQHUTE 10 rOAUHU BbB ®PAHUMUSA (B MNH.)

MpoaykT 2012 2013 2018
Kalydeco 0,2 0,5 0,7
Soliris 0,2 0,4 0,6
Vimizim 0,2 0,5 0,7
Strensiq 0,3 0,6 0,9
Spiranza 0,4 0,6 0,9
Elaprase 0,3 0,6 0,9
Myozyme 0,3 0,6 0,9
Hemlibra 0,3 0,5 0,7

*Cymute B Tabnnyara ca npegeTaBeHun B MUIMOHU €BpPO.

MPA®UKA 1. OOULMNANHM OAHHM 3A NYBNUYHU PA3XOAU 3A FEHHU TEPAMUM
NPE3 NOCNEAHUTE 10 rOAUHU BB ®PAHLMSA (B MITH.)
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1.2.1. ANKOCTPALNA HA OHULIMANHHA AAHHY 3A NYBNHYUHK PASXOAH 3A TEHHU

TEPAMNWA

1.2.1.2. TEPMAHKA

TABNUUA 3. O®UUMANHU OAHHU 3A NYBNUYHU PA3XOOU 3A TEHHU TEPANUK
NPE3 NOCNEOHUTE 10 rOAUHN B TEPMAHUSA (B MITH.)

Kalydeco 0,2 0,4 0,6 0,8 1,1 1,3 1,5 1,7 2,1

Soliris 0,2 0,5 0,7 0,9 1,2 1,4 1,6 2,1 2,3
Vimizim 0,2 0,5 0,7 1 1,2 1,6 2,3 2,7 3,1
Strensiq 0,3 0,6 0,9 1,3 2,2 2,7 3,1 3,7 4,4
Spiranza 0,5 0,7 0,9 1,1 1,3 1,5 1,7 2,1 2,3
Elaprase 0,3 0,6 0,9 1,2 1,5 2,1 2,4 2,7 3
Myozyme 0,410,,7 1,1 1,4 2,1 2,5 2,8 3,2 3,5
Hemlibra 0,2 0,5 0,7 1,1 1,4 2,2 2,6 3 3,4

*Cymute B TabnLara ca npefCcTaBeHn B MUINOHH €BPO.

FrPA®UKA 2. OODULMATNIHU OAHHU 3A NMYBNUYHU PA3XOOU 3A TEHHU TEPAMUU
NPE3 NOCNEAHUTE 10 roguHu B TEPMAHUA (B MJIH.)
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1.3. PETNEA HA HANHYHK TEPANTHK B bLITAPHA

Mo OTHOLUeHue Ha 3annawaHeTo U3BBH ocbuuwanHa

penmbypcauumsn

3a nmbpBu nbT npe3 2019 r. ot H3OK ca ogobpeHn n wmnsgageHu
3anosegun 3a neyeHueTo Ha 25 geua CbC CnUHaArHa MyCKyrHa aTpodus
(CMA).

B opuumanen otyet Ha H3OK 3a 3annaiwiaHe Ha Hepa3speweHn JI1

3a nvua nog 18 roamwHa Bb3pacT e oTpaseHa crnefHaTta MHopMauus:

MporHo3Ha cyma
JIN - CnuHpasa 3 942 950 ns..

2015853 €

*MamoyHuk: H30K

Mo oTHOwWweHMe Ha npopegeHata npoueaypa no OLUEeHKa U"

BKIlOUBaHe B peumbypcauums Ha JII Spinraza (nusinersen)

Ha 17.04.2019 r. e 3anoyHana npoueaypa MO OuUeHKa Ha
34paBHUTE TEXHOMNOMMM Ha NpoAyKTa, KaTO cbllaTa € 3aBbplleHa Ha
27.09.2019 .

MNpeactaBame n3eagka oT AoKnaga 3a n3BbplleHaTa OLeHKa:
,OLeHKa Ha 6roaXeTHOTO Bb34eucTeue

AHanusbm Ha 6rdxemHomo eb3delicmaue e nposedeH om ariedHama
moyka Ha 3annawawama nybnu4yHa uHcmumyuyus — H3OK. BkriroyeHu ca
pa3xodume 3a Hogama 30pasHa MexHOJsI02Usl, Kakmo u Opyau OupeKkmHu
MeOuUUHCKU pa3xodu. Bpemesusim xopu3oHm e 5 200uHU — om Ha4asomo
Ha nekapcmeeHama mepanusma 00 200uHa 5-ma. OuakeaHusm 6pou
60s1HU cbc CMA e ¢ yecmoma 1,21 Ha 100 000 dywu.
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lNpu us4ucnseaHe Ha 6rOXXemHume pa3xoou e rpuemo, 4ye HU8OMO Ha
peumbypcauus om H30K Ha Hoeama mexHonozus we e 100%. AHanusbm
rokasea, 4e yie4eHUemo ¢ nusinersen 800U 00 yeesiudyeHuU pa3xodu 3a
3annawawama uHcmumyuusi, 8 3asucumocm om bposs Ha b6onHume,
obbpHanu ce kbmM cucmemama Ha H3OK, kamo He ca e3emu rpedsud
criopa3yMeHusi 3a criodesisHe Ha pucka U cxemMu 3a O0ocmbll Ha
nayueHmume.

MopanHume u emu4Hu acrnekmu, cebp3aHu c ynompebama Ha

Hogeama 3dpaeHa mexHOoJ10cUsl.

CMA e mexKko npomuyawo e2eHemu4yHo 3abosisieaHe C Ha4vasio 8
demcka eb3pacm, koemo 800u 0o 6bp3a uHeanudu3lauyus u chamarneH kKpad,
u rnpedcmasrniiea MeEXKo bpeme 3a rnauyueHmume, 3acesHamume
cemelcmesa u obwecmeomo. [Joceea HMa nedeHue 3a moea 3aborisieaHe U
nayueHmume 6bP30 npospecupam C BUCOKO HUBO Ha CMbPMHOCM, a
cemelicmeama noemam usinama UKOHOMUYecKa mexecm. BkrroysaHemo Ha
nusinersen 8 [1/IC we 0ade 8b3MoxHocm Oa ce 3abasu xo0bm Ha
3abonsseaHemo, Oa ce Hamanu cmeneHma Ha UHeasrmuoHocm U

UKOHOMUYecKomo bpeme 8bpxy cemelicmeama u obwecmesomo.
3aknrovyeHue

CMA e psdko, eeHemu4yHo, fpospecupawio  HeB8POMYCKYTHO
3abonisisaHe, 800ew,0 0o cmbpm rpu 6ebema u deua. lNpu nurica Ha Opyao
nedyeHue 3a 6onHume cbc CMA nusinersen e XU3HEHO 8aXeH 3a me3u
nayueHmu, nopadu 0okazaHama egukacHocm, 6e3ornacHocm u rnosuwiagaHe
Ha kKadyecmeomo Ha xueom. [lpunoxeHuemo Ha nusinersen 800U 00
yserniuyasaHe Ha crieqdesieHume 200UHU Xueom U 200UHUme Xusom,
cbobpaseHuU ¢ kadecmeomo. Pa3xodume 3a 3annawawama uHcmumyuyusi
we ce ysesnu4am rnpu eknoveaHe Ha Jil1 e IJIC, Ho ce Hamansseam obuwume
30pasHU pasxodu, nopadu HamarnseaHe Ha UHeasluOHocmma U

UKOHOMU4YecKama mexxecm 8bpXy rnauueHmume u mexHume cemelicmea.” “@

OueHkaTta Ha HCLPJII 3aBbpLuBa CbC 3aknoveHne 3a BKIIOYBaHe Ha
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npoaykrta B MNJ1C npu cnegHnTe orpaHNYeHuns:
BkrtouBaHe:

- B [Mpunoxenwne 1 Ha JIC 3a gomawHO nevyeHne Ha 3abonAaBaHuA,
3annawanm ot H30K ¢ MKBE kogose G12.0, G12.1 wu orpaHmnyeHne npu nuua

Ao 18 rognwHa Bb3pactT,;

- B [NpunoxeHue 2 Ha NJ1IC 3a 3akynyBaHe OT ne4ebHU 3aBeeHnA C
AbPXaBHO W/MNn oBLWMHCKO y4YacTtme n no 4n. 5 ot 3akoHa 3a nevyebHuTe

3aBefeHUs.

OcobeHo BHMMaHWe TpsibBa Oa ce OObpHE nNpu BKIIOYBAHETO Ha
nekapcteeHu npoayktu B lNMpunoxenue 1 Ha MNMJ1IC 3a gomalLHO nevYeHne Ha
3abonsasaHus, 3annawadn ot H30K, nauckBawm uHepys3um B ne4vyebHO

3aBefeHue.

CneumanHaTa HopmaTtMBHa ypeaba He BbBeXaa WM3pUYHa neranHa
AedUHMLNA Ha MNOHATUETO ,JlekapcmeeHu rpoldykmu, nooxooswu 3a
domawHo nedyeHue®. 1asoguTte 3a ToBa KOW ca Te3W NPOAYKTU crensaT oT
HSIKOJSTIKO HOPMaTMBHW akTa, KOUTO onpeaenart peda Ha 3annawaHeTo UM oT
H3OK.

3a pa Obae onpegeryieHo egHO JeKapCTBO KaTo TakKoBa 3a

AOMallHO Jie4YeHue, TO CcrieBa [a oTroBapA Ha crieaHuUTe yCrioBUA.

. Aa obae Bknro4veHo B lMpunoxeHne 1 Ha MJIC no pega Ha yn. 262,
an. 6, T. 1 3akoH 3a NekapcTBEHMUTE NPOAYKTM B XyMaHHaTa MeaunuuHa
(BIMXM);

e pAa 6bae npeaHasHavyeHoO 3a revyeHuMe Ha 3abonsiBaHe, KOeTO e
BKNKOYEHO cnucbuute no un. 45, an.4 ot 3akoHa 3a 34paBHOTO
ocurypsisaHe (330);

. Aa 6bae 3asBeHo 3a 3annawaHe npen H30K ot nputexartena Ha
pa3pelieHueTo 3a ynotpeba no peaa, onpeageneH B Hapen6a 10 ot
24 mapt 2009 r. 3a ycnoBuATa, pefa, MexaHusma u KputepuuTte 3a
3annawaHe o1 HauuoHanHata 3gpaBHO-OCUrypuTernHa kKaca Ha
neKkapcTBEHUTE NPOLYKTU, MEOULNMHCKM N30enna N OUETUYHN XPaHW 3a
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cneumManHu  MeOMUMHCKA  Lenu, [OroBapsiHe Ha OTCTbNKA U
Bb3CTAHOBsIBAHE Ha MNPEBULLEHUTE CcpeacTBa Npu npunaraHe Ha
MexaHn3bM, rapaHTupaly npeaBuaMMocT U YCTOMYMBOCT Ha BroaxkeTa
Ha H3OK (Hapegn6a 10);

. Aa 6bpar cbw3gageHn ot H30K ykasaHus/kputepumu 3a HEroBoTo

n3nnceaHe B Clty4anTe, B KOUMTO TOBA € HeobxoaMmo;

e pAa 6bae oTpa3eHO B CMUCHK, CbrNacHO U3UCKBaHUsATa Ha 4n. 37,
an. 2 or HaumoHaneH pamkoB pgorosop Ne P[O-HC-01-4 ot 23
AekemBpu 2019 r. 3a megnuuHCKNTE AenHoOCTU Mexay HaumoHanHata
34paBHO-OCUrypuUTESiHa Kaca u bbnrapckus nekapcku cbro3 3a 2020-
2022 r. (HPL);

« [a oTroBaps Ha YCNOBUATa, onpeneneHn B HopmuTte Ha un. 37, an.

1 n un. 43 u cnegBawuTe ot HP/.

JM 3a gomalHo neveHne ca pasgesieHn Ha TpU rpynu Bb3 OCHOBaA

Ha peaa 3a TAXHOTO OTNnyCKaHe, a MMEHHO:

- JIM ot rpyna IA — npoToKoNUTE 3a TAX Ce pasrnexgaTt OT KOMUCUS B
LlenTpanHoTo ynpasneHne Ha H3OK, KoAaTo n3BbpLuBa ekcnepTtnsa no un.
78, 1. 2 330, n ce yTBbpXOaBaT C pelweHne Ha ynpasutens Ha H3O0K
cbrnacHo WMauckeBaHusata Ha H3OK npu msgaBaHe u yTBbp)KAaBaHe Ha

MPOTOKONW 3@ KOHKPETHU 3abonsBaHus;

- JIM ot rpyna IB — npoTokonuTte 3a TSX ce pasrnexgaTt OT KOMUCUS B
P3O0OK, koaTOo M3BbpLUBa eKkcnepTusa U ce YTBbpXAaBaT C pelleHne Ha
anpektopa Ha P30K, ¢ uskntoyeHne Ha J1I1, 3a KOUTO U3PUYHO € NOCOYEHO B
cboTBeTHUTE M3nckBaHuMsa Ha H3OK npu usgaBaHe v yTBbpXOaBaHe Ha
NPOTOKOSIM 32 KOHKPETHWU 3abonsBaHus, Ye ce pasrnexgaTt OT KOMUcudaTa B
ueHTpanHo ynpasneHne Ha H3OK u ce ytBbpXOaBaT C pelleHne Ha
ynpasutens Ha H3OK;

- JIN ot rpyna IC — npoTokonuTe 3a T4ax ce 3aBepsBaT B P30K;

- rpyna Il - JIN, konto He ce Ha3Ha4aBaT M NpeanuceaT C NPOTOKOJT.
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H3O0K 3annawa camo 3a J1M, kouto ca Bknoyenun B MNJ1C, nogageHo e
3aseneHne ot PY no pega Ha yn. 4 ot Hapenba 10, npegHasHayeH e 3a
neyeHune Ha 3abongaBaHuA, BKIKOYEHW B cnnucbka no un. 45, an. 4 ot 330
(onpepenen ¢ Pewenne Ne PO-HC-04-12 ot 10. despyapu 2016 r. 3a
yTBbpXXOaBaHe Ha chnucbka CbC 3abonsBaHuATa, 3a 4YMETO OOMaLUHO
nevyeHne Ha TeputopuaTa Ha cTpaHata H3OK 3annawa HanbnHO wnu
yactnyHo JIIM, mMeauuuHCKM mn3genua n ONeTUYHM XpaHu 3a cheuunarnHu
MeanumHckn uenu (Cnucbka), nocrnegHo M3MeHeH W gonbiiHeH oT 13.
despyapun 2018 r. ¢ 1B 6p. 14)), cnaseHn ca WU3NUCKBAHUA 3a HErOBOTO
npegnucBaHe M ca Hanuue ykasaHus OTHOCHO pefa 3a npeanucBaHe U

OTnycKaHe.

3a pga Obpge 3annawadH JII1 3a gomMawHO JleyeHne ¢ HOBO
MeXayHapoaHO HenaTeHTHo HaumeHoBaHue (INN), e HeoGxogumo pa e
NpoBeAEeHO U 3aAbIDKUTENHO LEHTPann3npaHo O0roBapsiHe Ha OTCTbIKU
Bb3 OcHOBa Ha un. 45, an. 10 ot 330. Tasn oTcTbnka ce poroBaps B
pasmep He no-manbk oT 10 % ot pas3xoaute Ha H3OK 3a cboTBETHUS
NPOAYKT N He ce npucnaga OT Beve AOoroBopeHaTta OTCTbMNKa 3a BKNHYBaHe

Ha JIIM no un. 21, an. 2 ot Hapen6a 10.

H3OK 3annawa J1N Ha TbproBunte Ha ApebHO unu Ha neyvebHuTe
3aBeaeHus (npoayktu no MpunoxeHue 2 Ha MJ1IC) Ha CTOMHOCT, KOATO ce
dopMMpa KaTo HMBOTO Ha 3annawaHe, onpegeneHa cbrracHo uyn. 55,
pecnektneHo yn. 53 ot HapepbaTa 3a ycnosusTa, npasunaTta v pega 3a
perynupaHe u perucTtpypaHe Ha LEHUTe Ha NnekapCTBEHUTE NpPOaYKTU

(,Hapenba®).

BbnpocbT C¢ peanHoTto ocurypsiBaHe Ha pgoctbn go  JIM,
npegHasHa4yeHn 3a JOMAaLUHO flevYeHne, MMHaBa He camMo npes Cb3aBaHeTo
Ha wuHcTpykummn oT H3OK 3a TaAXHOTO npegnucBaHe, HO U npes
Bb3MOXHOCTTa HyXXAaelumTe naymeHTn peanHo ga morat ga npunoxar JII1.
YacT ot npogyktute, BrtoveHn B Npunoxexne 1 Ha MJ1C, ycnoBHO moraT
Aa 6baat HapeveHu ,siekapcmeeHu rnpodykmu 3a OoMawHo rieqdeHue”, Tbi
KaTo MOHSIKOra TAXHOTO MPUSIOXeHWe B JOMAaLUHU YCNOBUS € HEBBb3MOXHO,

Cb3daBa TPyAHOCTU 3a MauMnMeHTU U MOXe Oa KOMMpoMeTupa ebekTa oT
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TepanusaTa. 3atoBa TepMUHBT ,3a [OOMAaLLUHO rnedyeHne“ cneaBa Ada ce
pa3bupa no CKOpO KaToO nokasaTen 3a HauuHa, no komto JIM we ce
penmbypcupa, T.e. Kak 3apaBHOOCUrypeHuTe nuua we nonydasat JII1, c
KakBW OOKYMEHTM TOW LLe ce npeannuceBa M OTnycKka, OT KakBu Cneunanuncty,
KOW ca nuuarta, 3a KOMTO NPOAYKTHbT We Cce 3annawja M Kakeu e 6baar
dmHaHcoBuTe notoun Ha H3OK.

O6ukHOBeHO npobnemute ¢ ocurypsiBaHe Ha e(peKTUBEH [OCTbN
no Tepanusa ce noaBasat npw JIM, Bkno4veHun B MNMpunoxeHune 1 Ha MJIC,
KOUTO U3UCKBAT MPUIIOXKEeHUe C NOMOLUTa Ha MeAULUHCKN cneunanucTt
WU 3aabIMDKUTENHO NPUIoXeHMe B YCNOBUATA Ha ne4yebHo 3aBeaeHue.
TakmBa ca Haum-4yecto JI[1 3a WMHXKEKUMOHHO MNPUNOXKEHMEe UMK
npunoXxeHue Ype3 H¢ysus.
3a Bcuukm Te3mn JII1 KkbM pgHewHa pata He e OCUTYpeH pea 3a
3annawaHe Ha MeAUUMHCKUTE AEUHOCTU MO NpuroxeHue B GONMTHUYHU
yCInoBwuA.

Kbm HacTtoswma momeHT H30K He e npeaBuauna pea v oromxer
3a 3annawaHe Ha npunoxeHueto Ha JIIM ot MpunoxeHune 1 Ha MJIC n
NMPY/mecTtHnTe npepacraButenn 3a Bcekn oT JIIT ca paspabotunm
CaMOCTOATENHW nMporpamMyM 3a nogkpena Ha naumeHTa. Ypes Takuea
nporpamn ce ocurypsiea obopyaBaHe Ha cneyuanHn MeanumMHCKN KabuHeTun
MW Cce TrapaHTupa 3annawaHeTo Ha MeaUUMHCKUTE OenHOCTU W

KOHCYMaTuMBUTE 3a BCEKUN OTAENEH NaUNEeHT.

CuuntaHo o1 1. aHyapu 2020 r. ynpasutenaTt Ha H30K (cbrnacysaHo ¢
BJIC) e opmobpun kputepum 3a nedeHwe Ha feua nNpu npoBexaaHe Ha
nevenue npn 5q CMA B ns3gbHOOMHMYHATaA nomoul. EqHOBpeMeEHHO ¢ ToBa
H3O0K e nybnukyBana v crneuuanHn ykasaHust 3a TpaHCMNopT, OTNycKaHe U
npunarade Ha J1l1, BKM. orpaHMyeHne 3a MeCTOHaxXoXOeHNEeTO Ha anTeknTe,

B KOUTO MOXe aa 6bae M3BBPLUEHO OTNYCKaHETO Ha MNMpoayKTa.

Hama kak ga He 6bae otbensasaHo, obaye, Ye BCMYKO TOBA CE CIy4u
6narogapeHue Ha orpoMeH O6LLEeCTBEH HATUCK U MeAuIAHaA MacHOCT, KOeTo
AoBede M OO0 CBETKABUYHOCT B npeanpueTuTe AEncTBUS OT CTpaHa Ha
6bnrapckarta aaMUHUCTPaLUS.
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HO-,D,OJ'Iy HaKpaTKo npegcrtaBAaMe HAKOU BaXXHW OAHHUN OT U3NCKBAHUATA
3a n3nmceBaHe Ha nNpoaykra.

JleyeHneTo Ha NnaumeHTUTE U NPUNOXKEHNETO Ha NPOAYKTa Ce N3BbpLUBA
camo B YeTupu neyedbHun 3asegeHnd (3 B Cocua n 1 B lNnosams).

KpuTepuu 3a 3anouBaHe Ha TepanusTa ca:

- HanMuyMe Ha CuUrypHa pguarHosa — KAMHWUYHA cuMMiTOMaTuKa,
noTBbpAeHa Ha 6asaTta Ha TecTa 3a geneuus Ha SMN1 reHa n noTBbpAeHa
avarHosa 5q CMA;

- nauyneHTbT e 6e3 cumntomm 3a CMA Ha Bb3pacT 1 cegmuua, wmma
noHe ase konua Ha reHa SMN2;

- NMNca Ha Texka CKonmosa, KoATo Ou 3aTpygHuiia NMHTpAaTEeEKariHOTO

npunoXxeHne Ha MeanKamMeHTa,

- JInnca Ha WM3KNK4YBalWKn KpUtTepum (eD,MHMHT OT WM3Kn4BaLiuTe

KpUTEepun € yyacTmeTo Ha naumneHTa B KMMHUYHO nanuteaHe 3a CMA.

1.3.1. ObHLHANHY AAHHN 3A NVBNHYHK PAXOAH 3A SPINRAZA B bbJITAPHA

F’PA®UKA 3. OOULUNANHU OAHHU 3A NYBJIMYHU PA3IXOOU 3A SPINRAZA B
Bbnrapua nPe3 2020r.

3€
3 2268 146 € 2352025 € 2351919€
o
=
= 1932126 €
S 2€
2€
1€
1€
- € = I
- St 'We can handle complexity hta.bg m
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KntouoBu XapaKTepPUCTUKN Ha nauneHTnTe

KaTo HaarpaxaaT AeceTUneTus HayyeH, KIMHUYEH
W  MPOM3BOACTBEH HanpedbK, rEHHUTE Tepanuu
nogobpsiBaT KMBOTA Ha MAUMEHTM C  Pa3mnyHu
OHKOMOTMYHM n HacneaCcTBEHM reHeTUYHU
3a6onsBaHUA. Bb3MOXHOCTTA Aa OCUTYpsiT TpaiHu
MON3M 3a YOBELIKOTO 3ApaBe, BOAEHW OT HAayYHUS
HanpedbK W KAWHWYHUTE YCMexu npe3 MnocregHuTe
rOOVHW, oOnpaBOaBa MOCTOSIHHWSI  ONTUMW3BbM W
HapacTBalLMTe YCUNUs 3a NMPEBPBLLUAHETO Ha FEHHUTE
TepanuM B 4acT OT CTaHAapTHWUS apmaTypuym 3a
neyvenve. ©

3anyp,HeHm| B AOCTbHbIMNa A0 reHHu Tepannum

PaspaboTBaHeTO Ha reHHW Tepanuu € CrOoXeH
npouec. HayyHn mnscnegsaHusi nokassaTt, Ye OCHOBHM
NPUYMHM 3a OTpULIATENEH pe3ynTaT Ha 3asiBNEHMETO 3a
paspelieHne 3a ynotpeba (MAA) B EBpona ca
HeOOCTaTbyYHUTE  JoKasaTencrTBa  3a  KIMHWYHA
edukacHocT M 6GesonacHocT. © Perynatopute ca
HasiCHO, 4e neKapCTBEHUTE MPOAYKTM 3a MoAepHa
Tepanusa (ATMP) ca HacoyeHu KkbMm 3abonsiBaHust C
BMCOKa He3agoBOJieHa MeAMLMHCKa HyXAaa, KaTo B
EBpona ca nMpunoXeHu HAKONKO cTpaTerMm 3a
yckopsiBaHe Ha npoleca no ogobpenuve. ©”) Bbnpeku
TOBa, U34aBaHETO Ha MOJIOXKUTESNIHO pa3pelueHue 3a
ynoTpeba He rapaHTMpa [OCTbNa Ha NauMeHTUTe [0
Tean Tepanunm - B EBpona, cnepn perynatopHo
onobpeHve, 34paBHUMTE TEXHOMOMMM Ce OLEHsiIBAT Mo
TAXHaTa CTOMHOCT C nocrnegaBawy (MnNu napanenHu)
nperoBopu 3a LeHooGpasyBaHe U peumbypcupane.®
JlecHnaT pocTtbn OO MNOTEHUMANHO edEKTMBHU, HO
3HAYUTENHO CKbMWM Tepanuu npeacTaBnsBa OrPOMHO
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npeausBukaTenctBo npen  Hyxaaewwmte ce naumentn.®  Haii-yecto
CNOMeHaBaHMUAT OT nauumeHTute npob6nem (84%) no OTHOWeEHME Ha
OOCTBMNHOCTTA € CBbp3aH C BUCOKUTE pas3xoAu 3a Tepanus U HENHOTO
3annawaHe/pemmbypcupare (51%). FeHepupaHeTo Ha AoKa3aTencTBa npu
orpaHnyeHn pesyntatn OT KIMHUYHWU n3nuteaHus (81%), cbwo e cepuosHa

npe4yKka 3a AO0CTbla Ha NnauneHTuTe Ao Te3n Tepannn.

KnnHuyHa nonynauusa oT NaumMeHTn

JIN 3a reHHa Tepanuss ce W3MNON3BaT MNPU LWUPOK CNEeKTbp OT
KNMMHUYHU MOKa3aHUA, HACOYEHW KbM XeTeporeHHa nonynauyms OT
nauyneHT Nno OTHOWEHME Ha daKkTopM KaTto OCHOBHO 3abonsiBaHe,
cbhbTCTBALLA 3a6onsieMocT v cbhbTcTBawwa Tepanus.® PbkoBoacTBOTO Ha
EMA ot 2009 r. 3a KNMMHMYHO HabngeHne n npocnegsBaHe Ha NauneHTU
cnen nedenune c JIN 3a reHHa Tepanusa (“Guideline on follow up patients
administered with gene therapy medicinal products”, 2009), oTtunta
PUCKOBUSI NPOodUil Ha TreHHUTe Tepanuu, OCHOBHATa W CbNbTCTBALWA

3ab0nAeMocCT Ha LenesaTa nonynauus 1 xapakTepucTuku Ha nauueHTure. ©

AnarHosu, Npu KOUTO ca NPUNOXUMU reHHU Tepanuu

NN 3a reHHa Tepanusi, NpeMUHanM ycnewHn KNMHUYHU U3NUTBaHWUS,
BEYEe ca MPUNOXUMW MPU LUMPOK CMEKTbP OT FEHETUYHM UNU NPUAOOMTU

3abongasaHus:

MeTaxpoMaTuyHa neBkogucTpocus
cnuHarnHa MycKyrnHa atpocus

TeXbK KOMOUHUpPAH UMYHOoLeULUT
HacneAacTBeHa peTUHanHa guctTpodus

Heonepa6v|neH MeJfiaHOM C permoHaniHu unu gasée4yHn MmetTactasu

U v u u U

peungmBupall unu pedpakTepeH MaHTUMHO-KNeTb4YeH NUMQOoM
(MCL)
3aBUcCUMa OT TpaHcdy3una beTta-Tanacemus

U

B-knetb4Ha octpa numcobnactHa neskemus (OJ1J1)
31
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Kntoyoswu XapaKTepPUCTUKN Ha nauneHTnTe

=  peuugmBupawy andyseH B-egpoknetsbuyeH numcom (DLBCL)
= MbpPBUYEH MeauacTuHaneH B-egpoknetbyeH numcpom (PMBCL)

XapakTepuCTUKM Ha naumeHTUTe, noaxoasalwm 3a nedeHue c Jil 3a

reHHa Tepanusa

MonynaumsTa oT nauMeHTU, NOAXOASLLM 3a NIeYEeHMEe C FeHHN Tepanun
e rpyna c nogvyepraHa XeTepPOreHHOCT - OT enMAEeMWUONOornyHa rnegHa
TOYKa M BbB Bb3PacTOBO OTHOLUEHME, TOBa ca MaUMEHTU C pas3HOOOpasHu

KITMHNYHN N €ETUOJIOTUYHN XapaKTEPUCTUKN Ha 3abongaBaHusTa.

o MeguaTpuMyHM nNauMeHTUM C MeTaxpomaTuyHa neBKogucTpodusa

(MJ1A4)

MI1 e psgko HacneacTBEHO HeBpoaereHepaTMBHOTO — 3abonsiBaHe,

CBbP3aHO C MyTaumMs B TreHa, HeobxoguMm 3a CMHTE3 Ha eH3uma
apuncyndgarasza A (AARSA). MII ce xapaktepumsupa C HaTpynBaHe Ha
cyndaTtuan, Koeto BoaM A0 TOKCUYHO YBpEXOaHe Ha KIeTKUTe Ha HepBHaTa
cuctema, YyepHus apob n 6opeumnte. CohluecTByBaT Tpu hopmun Ha bonecTtTta
crnopead Bb3pacTTa Ha MbpBOHAYanHa wu3sBa - KbCHa pgetcka dopwma,
IOBEHUITHA U Mpu Bb3pacTHU 3abonsemocTtTa Bapupa mexagy 0,5 n 1/50 000
(60% 3a kbcHaTa getcka dopma, 20-30% 3a toBeHunHata n 10-20%- npwu
Bb3pacTHM). CMsTa ce, Ye GonectHocTTa e 1/625 000. ')

KnuHnyHaTa KapTuHa ce xapakTepuaupa ¢ MOTOPHU UNKN NCUXUaTPUYHU
cMMnNTOMM, a nporpecusita e 0OaBHa. 3abonsiBaHeTO MOXe pfa ce

MaHuecTMpa kato enunentuuHu npuctbnu. (1%

leHHaTta Tepanua Libmeldy 3a neyeHne Ha MIJI[ e paspelueHa 3a
ynotpeba ot EMA npe3 2020 r., cneg npemuHano YCrewHo KIMHUYHO
nanuteaHe. JIl1, KOWTO ce M3nons3sa 3a fievyeHne Ha neanaTpuUYHU NauneHTn c
MJ1[] npeacrtaBnsBa aBToONoOXHa, oborateHa ¢ CD34+ kneTkn nonynauus,
KOATO CbAbpXa XeMOMOETUYHW CTBOSMIOBM W MPOreHUTOPHU  KIEeTKM,
TpaHCcOyUMpPaHN exX Vivo 4pe3 JIEHTUBUPYCEH BEKTOp, Koaupall reHa Ha
yoBellka ARSA.
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"eHHaTa Tepanus ce npunara:

= Npu neguaTtpuyHn naumeHTU C KbCHa AeTcKa WUNM paHHa HBEHWIHa
dopma Ha 3abonsBaHeTO, KOMTO BCE OLLEe He ca pasBuUnv NpuU3Haum
UM CUMNTOMMU;

= Npuv negnaTtpuyHM NauMeHTU C paHHa toBeHunHa dopma Ha MII,
KOUTO MMaT HayanHuM CUMNTOMW, HO XOOAT CaMOCTOSTENHO U npu
KOMTO BCE Olle He ce e pasBuio BriOWaBaHe Ha YMCTBEHOTO

cbeTosiHne, (1M

OCHOBHOTO  npoy4YBaHe OTYMTa  HaW-roneMm non3u  npu
negnaTtpuyHute naumeHtTm c¢ MJI[, kouTo BCe ouwe He ca pasBunu
cuMnToMn Ha 3abonsaBaHeTo, U € Mo-Marnko uM3paseHa U No-npoMeHNMBa
nossa npu naumeHTnTe ¢ paHHa BeHunHa gpopma Ha MJ1. Twn kato MJ14
e psagko 3abonsiBaHe, Npoy4vBaHMUATA Ca Masko, a HanuMyHUTe AdaHHKW 3a
HeXenaHu peakumn - OrpaHMYEHn, € HYXXHO OBbIrOCPOYHO npocneasBaHe.
MpenBua cepuosHoOCTTa Ha 3abonsBaHeTo M nuncata Ha CbllecTByBaLlym
nedyeHnda, EMA otunta nonsmte OT reHHaTa Tepanua KaTto Mo-3HayMmu oT

prckoBeTe U paspellasa yrnoTpe6aTta Ha npoaykta B EC. (1)
0 MauneHTn cbc CMA c HacnegeHu myTauum

CMA e reHeTuyHOo 3abonsiBaHe C  aBTO30MHO-PELIECUBHO
yHacnegsiBaHe, KOeTO Ce Xapaktepusaupa cbC 3aryba Ha andga MoTo
HEBPOHM M nporpecupaila myckynHa cnabdoct. Npu CMA ce 3acdra Han-
4YecTO NpoKCUManHaTa MyckynaTypa, C yBpeXaaHe Ha MOTOHEBPOHUTE Ha
rpbbHayHma mo3bk. CMA e ¢ roguwHa yYectota oT npubnusntenHo 9,4 :
100 000 >kmBopogeHn. CMA tun 1 cbctaBnsaBa npubnuantenHo 60% ot
cnyvyaute, octaHanute 40% ca Ha CMA tun 2 n Tun 3 ¢ pasnpocTpaHeHne
1,5 Ha 100 000. MNopagn BMcokaTta CMBLPTHOCT Ha HoBopoaeHn cbc CMA
T™™MN 1 1 mankus 6pon naumMeHTn Ha Hag 2-roguvullHa Bb3pacT, NpexmnBenu
6e3 noctosiHHa BeHTMNaumMa npu  Han-gobpa noaabpXkalia rpuxka,
pasnpocTtpaHeHuneTo Bapupa ot 0,04 go 0,28 Ha 100 000 HaceneHue.
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Zolgensma (onasemnogene abeparvovec) e JII1 3a reHHa Tepanus
npu nauyueHtn cbCc CMA. TlpegHasHayeH e 3a MauneHTU C HacrnegeHu
MyTaummn, 3acsarawm rein SAMN7, kouto ca gnarHoctuympadn cec CMA tmn 1
(Hal-TexbK) unu umat Ao 3 konns Ha SMN2 ren. '? 3gpaBHata TexHonorvs
Zolgensma (onasemnogene abeparvovec) oTroBaps Ha
HeyOoBMETBOPEHNTE HYXAM Npu HOBOpoAdeHn naumeHTn cbc CMA tmn 1 (c
aBe konusa Ha SMNZ2), kaTo AeMOHCTpUpa BUCOKa KITMHUYHA edmkacHOCT no
OTHOLLUEHME TMpEeBEHUMSATA HA CMBbPT WU MNPUNIOKEHMETO Ha MNOCTOsIHHA
BEHTUIALNSA, OCBEH TOBa BoAM A0 nogobpsaABaHe asurateniHata yHKUMA Ha
nauneHTute. EBponenckata areHums no nekapcteata (EMA) otuuta, ue
non3uvTe OT reHHata Tepanus ca Mo-roflieMn OT PUCKOBETE M TO3U MPOAYKT

Moxe fga 6bae paspelueH 3a ynotpeba B EC. ¥

0 MauneHTn Cc TeXbK KOM6VIHVIpaH VIMyHOAed)VILWIT, AblKal ce Ha

AecduunT Ha ageHo3uH aesamuHasa (ADA-SCID)

MbpBuyHUTE MMyHHN gedouumtn (MNL) ca HacnegcTBeHu 3abonsaBaHnA Ha
UMyHHaTa cuctema, Nnpu KOUTO NauMeHTUTEe ca npenpasnosioXeHn KbM
pasBUTUE Ha TEXKU WUHPeKunn, MMyHHa aucperynauma C aBTOUMYHHO
3abonsBaHe n abepaHTHa Bb3nanuTernHa akTMBHOCT, KaKTO U 310Ka4YeCTBEHM
3abonaeanus. ML ce cpewat cpeaHo npu 1: 2 000 xmBn paxganus. Han-
4YeCTOo ce KaTeropuaupart criopes KoMbuHauuaTa Ha HapyLleHUTe MexaHU3mMu
Ha WUMYHHUSA OTrOBOP U KIUHUYHUTE XapaKTEepPUCTUKK, KaKTO U B 3aBUCUMOCT

OT cneunduyHus reHetnyen gedgekt. 4

ADA-SCID e psigko HacneactBeHo 3abonsiBaHe C MyTauusi B reHa,
HeobXxoaMMm 3a CUMHTe3a Ha eH3MMma ageHo3uHaesamuHasa (ADA). Tvn kaTto
ADA e XM3HEHO BaXeH 3a noggbpXaHe Ha 3gpasu NUMoUUTU, UMYyHHaTa
cuctema Ha naumeHtute ¢ ADA-SCID He dyHKUMOHMpa npaBunHO n 6e3

eDeKTUBHO NeYeHne Te PAAKO XUBEAT noBeye oT 2 roguHu. (1%

KoHuenumaTta 3a reHHa Tepanua npu (AL e ocurypsisaHe Ha
aBTOJIOXKHA ONuUMS 3a TpaHCNNaHTaumMaTa Ha XeMONOEeTUYHM CTBOSIOBU KNETKU
(TXCK), nsnonsearikm cobcteeHnte XCK Ha naumeHTa, KOUTO ce Kopurmpart
ex vivo u4pe3 pobaBsHe Ha "HopmanHo" konMMe Ha OTroBOpeH 3a
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3abonaBaHeTo reH unn, B 6mmn3ko Obaelle, KopurmpaHe Ha eHAOoreHHus

nedekTeH rex in situ B XCK. 14

Strimvelis e JI[1 3a ne4yenne Ha naumeHTn ¢ ADA-SCID, konto He
mMoraT Ada ObhaT nekyBaHM C KOCTHOMO3bYHA TpaHChnaHTauus, nopagu
nincata  Ha noaxoAsdl, CbBMECTUM JOHOp. 34paBHaTa  TEXHOMOrus
npeacraensiBa aBToONOXHa, oborateHa ¢ CD34+ knetku dpakumsi, KOATO
cbabpxa CD34+ kneTku, TpaHcoyuupaHu C peTpoBUPYCEH BEKTOP, Koampaly,
yosewkata ADA k[JHK nocnepnoBaTenHocT. [eHHaTta Tepanus npeanara
Bb3MOXXHOCT 3a u3nekyBaHe 1 nogobpsiea QyHKUMNTE HA MMYHHaTa cuctema
npy naumeHtn ¢ ADA-SCID. Pesyntatmte OT OCHOBHOTO Mpoy4yBaHe Ha
Strimvelis noka3eaT, 4ye e ebekTnBEH 3a NogobpsBaHe Ha NPEXNBAEMOCTTa

Ha NaLMEeHTUTE C XMBOTO3acTpalLaBaLloTo 3abonseane.

O B'b3paCTHVI n neanaTpniHn nauueHTn CbC 3ary6a Ha 3peHuneTo

nopaau BpogeHa peTuHanHa guctpodums

HacnegcteeHnte  peTvHanHM  AucTpodum ca  XeTeporeHHa  rpyna
HacneacTBeHN 3ab0MsiBaHNSA CbC CPaBHUTENHO HMCKA YecToTa B YoBellKaTa
nonynauus, xapakTepusmpalliyM ce CbC 3acsiraHe Ha pasfnM4YHU CrioeBe Ha

petuHata. ©

Mpy NaumMeHTUTE C reHEeTUYHU peTUHanNHU ANUCTpodUn Han-
4YeCTO € 3acerHaTt KOMMMEKCbT pPeTMHEeH MUIMEeHTeH enuten —
doTopeLenTopu, NPUYMHSABALL, TEXKO 3PUTESNTHO yBpeXaaHe — 3aryba Ha
HOLLHO 3peHue, 3puUTEenHO none, UBEeTHO 3peHue W 3puTeriHa ocTpoTa B
Ha4YanHuUTe eTanu 1 BoAeL M 40 NporpecmBHa 1 Texka 3aryba Ha 3putenHarta

(YHKLMS Ype3 NPoMsiHA B aHaTOMUSITA U PyHKUMSITA Ha peTuHaTa. ('

lNebepoBaTa KOHreHuWTanHa amaBpO3a € HacreacTBeHo 3abonsaBaHe,
obeanHaABaLLO HAKOMKO rod-cone peTuHanHu auctpodum C paHHO Havarno,
4YeCTO OLle Mpu paxaaHeTo Jeuarta ca C HamareHO 3peHue U HUCTarbm.
Uectotata My e 1:33000 HaceneHue. lNoBeyeTo neguMaTpuyHM nauneHTU
MMaT HoOpMasiHO YMCTBEHO pa3BUTME, HO Ce CpeLlaTt U CUCTEMHU acouunaumn,
BKIMOYBALLUM YMCTBEHA W30CTaHarocCT, [rnyxota, enunencus, 6bOpeyHn

aHoOManuu, ckeneTHW MandopMaLmnmn 1 eHAoKpUHHA aucdyHkums. (¢
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Mpy MHOro OT MaumMeHTUTE B NeauvaTpuyHaTta nonynauus, owie npwu
paXKgaHeTo He ce perncTpupa akTUBHOCT Ha enekTpopeTtuHorpadusa (EPT).
ToBa oTnuyaBa 3abonsiBaHETO OT ApYyrUTe reHepanuanpaHn peTUHanHu
ANCTpouKn, Npu KOUTO eriekTpodpmuanonornyHaTta akTUBHOCT Hamanssa
6aBHO M MOCTENEHHO C HampeABaHe Ha Bb3pacTTa (Hanp. NPy NUrMEHTO3€eH

peTuHut). 1©

Ot 2018 r. nma eqeKTMBHO JieyeHMe 3a ToBa pPAAKO TFEHEeTUYHO
3abonsBaHe, C paspeweHa 3a ynotpeba reHHa Tepanusa. Luxturna
(voretigene neparvovec) e JIl1 3a nedyeHne Ha BpogeHa aucTpodusa Ha
peTuHaTa, NpMYMHEHO OT MyTauusa B ABaTa anena Ha RPE65 reHa. RPE65 e
OTroBOpPEH 3a MPOU3BOACTBOTO Ha €H3UM, HapeyeH all-TpaHc-peTuHun
nsomepasa, KOMTO € HeobxoauMm 3a HOPManHOTO (PYHKUMOHUpaHe Ha

kneTkute Ha peTuHata. (7

Pesyntatute OT reHHaTa Tepanusa nokaseaT
TpanHo nogobpeHve Ha 3puTenHaTta OocTpoTa A0 pasnuyaBaHe Ha obekTw,
nogobpeHn  nepumeTpuyHM  pesyntatn, nogobpeHa  MoOOGUMHOCT B
MPOCTPaHCTBOTO, MOsIBa Ha M3pa3eHa 3eHu4Ha peakuusi, 6e3 CcbliecTBeHU
ctpaHudHu edpektn.'® OvakBaHOTO NogoBpeHVe B KAYECTBOTO Ha KMBOT Ha
NauMeHTUTE ce cuyMTa 3a BaXKHa KIIMHMYHA Mon3a, Kato ce uma npeasua
nuncata Ha opoOpeHu neyeHus 3a ToBa MNPOrPeCUBHO AereHepaTUBHO

3abonssane. (17

0 MaumeHTn ¢ GetaTtanacemus Hag 12-roguwHa Bb3pacT, KOUTO ce

HY)XOasiT OT pefoOBHU XeMoTpaHcdy3nm

MauneHTTE C TOBa TrEeHeTUYHO 3abonsiBaHe wmat Adeduunt B
NPON3BOACTBOTO Ha 6eTa-rnobuH, HACKN HMBA Ha XEMOrNobuH 1 ce HyxaaaT
OT YeCcTu KpbBOMnpenuMBaHus. 3aBucuMa OT TpaHcdy3usi beTa-Tanacemusi e
TEXKO 3abonsiBaHe, Npy KOETO Bb3MOXXHOCTUTE 3a NeYeHne ca OrpaHuUYeHu.
Zynteglo e JIl1 3a nedyeHne Ha naumeHTn Hag 12 rog. Bb3pACT, NPU KOUTO
6eTa-rnobuH He NMNCBa HANMBbITHO U NPU KOUTO TPaHCMNIaHTauusi Ha CTBONOBU
KNeTkn e nogxogsiia, HO HAMa CbBMECTUM AOHOP. 3apaBHaTa TEXHOMOorns
npeactaensiea aBtonoxHn CD34+ «kneTku, koauvpawm reHa Ha PA-T87Q-

rno6ux. (1®
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O B'b3paCTHVI nauyueHTun cC Heonepa6m1eH MeJfilaHOM B HanpegHan

cTagum

MaumeHTuTe ¢ HeonepabuneH menaHom (ctagun IIB, IlIC wn IVM1a)
MMaT perMoHanHM wunuM ganedHn metactasm 6e3  KOCTHO, MO3BYHO,
6enogpobHo unu apyro BucuepanHo 3abonssaHe.® Imlygic (talimogene
laherparepvec) e reHHa Tepanusi, nokasaHa 3a fe4YeHne Ha Bb3pacTHU
MaumMeHTM C  TOBa  OHKONMOrMYHO  3abonsiBaHe. OHKONMUTUYHOTO
MMyHOTEepaneBTUYHO CcpeacTBo talimogene laherparepvec e
moamdumumpaHo, 3a ga ce pennuuupa B TymopuTe W ga npoussexga
nMmyHoCcTUMynupawumsa npotenH Yosewkn GM-CSF. 3pgpaBHata TexHonorus
NPUYMHABA CMBPT Ha TYMOPHUTE KNEeTKM U ocBoboXxgaBaHe Ha TyMOpPHU
aHTureHn. Cmara ce, 4e 3aegHo ¢ GM-CSF, Ttom npegusBukBa CUCTEMEH
AHTUTYMOPEH UMYHEH OTFOBOP W OTFOBOP OT CTpaHa Ha edyektopHute T-

knetku. (19

0 MegnaTpuyHM nauuMeHTM M MNagM Bb3pacTHU A0 25-roguliHa
Bb3pacTt ¢ B-knetb4yHa ocTtpa numcpobnactHa neskemusa (OJ),
KOATO He ce e noBnuaAna oOT npeaxoAHO JievyeHue wnu

TPpaHCcNNMaHTauuAa Ha CTBOJIOBU KITE€TKU;

0 Bb3pactHn naumeHTM ¢ AaudyseH B-egpoknetbyeH numcpom
(DLBCL) npu, KOMTO OHKOJNIOrM4YHOTO 3abonsiBaHe peunauBupa cnepn
ABe Unun noBeye NpeaxoaHU reYeHus.

Kymriah (tisagenlecleucel) e JI[1 3a neyeHne Ha Te3an OBa BuAa

OHKOMOMMYHM  XemaTtonormuHu  3abonssanus.??

Kymriah  cbabpxa
cobctBeHnTe T-KNeTKM Ha naumeHTa, reHeTU4YHo MoauduumpaHm B
nabopaTtopua ga npousBexnaT NpoTerMHa, HapeyeH XMMepeH aHTUreHeH
peuentop (CAR). CAR moxe fga ce npukpenun KbM ApYyr MPOTEUH Ha
NOBbPXHOCTTA Ha pakoBu knetku, HapedyeH CD19. Korato Kymriah ce
npunara Ha nauueHTta, moguduuympaHute T-KNeTkM ce npukpensaT KbM
pakoBuTE KNeTkn U rm ybusat, Kato No TO3M Ha4yMH nomaraT 3a U3fnekyBaHe

Ha OHKOMOrMYHOTO 3abonsasare. ?°

37



Kntoyoswu XapaKTepPUCTUKN Ha nauneHTnTe

0  Bb3pacTHM nauueHTU NbPBUYEH MeauacTuUHaneH B-egpokneTbueH
numcom (PMBCL)

Yescarta (axicabtagene ciloleucel) e reHHa Tepanus,
npegHasHavyeHa 3a NleYyeHne Ha Bb3pacTHM NaUMEHTU, YMETO OHKONOTMMYHO
3abonsBaHe e peunamBmMpano UnNu He ce NoBnMABa OT NPEeaXO4HO NeYeHune.
1) OcHoBHO MpoyuBaHe nokasa, ye Yescarta e edeKTVBEH NpW U3NeKyBaHe
Ha OHKOMNOrM4YHOTO 3abonsiBaHe npu mMHoro naumeHtn ¢ DLBCL n PMBCL,
KOUTO He ca ce MOBMMSNM OT NpeaxoaHo rievyeHne unu 3abonsBaHeTo UM e
peungmeupano. bpoaT Ha naumeHTUTe, C U3NEKyBaHO OHKOMOMMYHO
3abongBaHe unM C MOHe 4YacTUYHO MOBMMSIBAHE, € MO-BUCOK OT TO3U Mpwu
naumeHTuTe, nonyvaesawm ctaHgaptTHa rpmwka. EMA otunta, 4ye nonsute OT
ynoTpebarta Ha Yescarta ca no-ronemn ot puckosete n JII1 moxe ga 6bae

paspelueH 3a ynotpeba B EC. @7

0 Bb3pactTHM nauuMeHTM C peumauBupaw, wunu pedpakrtepeH

MaHTUMNHO-KNeTb4eH numdcom (IVICL)

MCL e arpecuBeH noaATUN Ha HEXOOXKMHOB JIMMAOM, KOWUTO ce
pasBuBa OT aHopmarnHu B-numdountu. ¥? HacTosiumsT ctaHaapT Ha rpuxa
3a MCL Bkno4yBa neyvyeHne CbC CTBOSIOBWU KNETKW, B3E€TM OT COOCTBEHOTO
TANO Ha nauMeHTa W peauua pasfMyHM pexuMm Ha Tepanus. [JokaTo
naumeHTute ¢ MCL moraT ga pearvpaT gobpe Ha NbpBOHAYanHOTO fie4YeHue,
4ecTo ce cnyyBa Oonectta MM ga ce 3aBbpHE WNM Oa He pearvpaT Ha

nevenwueto. ??

Mma Hskom TepaneBTUYHN Bb3MOXHOCTU 3a NaumeHTu ¢ pedpakrepHa/
peumamBupawa MCL, HO nopagu pas3sBUTMETO HaA PE3UCTEHTHOCT KbM
XuMmoTepanusi, Ie4eHNeTo Ha NauneHTn ¢ Te3m bopmm Ha 3abonaBaHeTo e
npeav3BMKaTencTBo, MNopagn KoOeTo 3a Te3uM NauueHTUM €  Hanuue

He3aJoBOMeHa MeauLmMHeka Hyxaa. %2

Ha 15. oktomBpn 2020 r. KOMUTETBT NO NekapCTBEHUTE NPOAYKTU 3a
XxyMaHHa ynotpeba (CHMP) n3gaBa ycnoBHO paspelueHne 3a ynotpeba Ha

JIN Tecartus (aBTONOXHU aHTU-CD19-TpaHcayumpaHu CD3+ kneTtkwn),
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npegHasHa4vyeH 3a fnedYeHne Ha peumgueupan unum pedpakTtepeH MaHTUNHO-
knetbdeH numdgom. Tecartus e CAR-T ycbBbpLleHCTBaHa Tepanud, KOATo
NPUHAOANEXN KbM HOBO [MOKOSIEHME NEepCOoHanNu3MpaHn MMyHoTepanuu 3a
OHKONOIMMYHM 3abonsiBaHUs,, KOUTO Ce OCHoBaBaT Ha CbbupaHe n
MoaMULMPAHE Ha COBCTBEHUTE WMYHHW KNeTkM Ha nauveHTute. %
ExcnepTtHata komucus Ha EMA 3a kneTtb4yHM 1 reHHo Ga3upaHn nekapcTBa,
yCTaHOBSBa, Ye nonsuTte oT Tecartus HagBuLWABaT Bb3MOXHUTE PUCKOBE NpU
neyeHmeTo Ha pedpakTteper/peunamsupaw; MCL npu naumeHTn, KoMTo ca

nosyqynsin nose4ye ot ABa npeaxogHun pexnmMma Ha tepanua. (22)

= [lpomsaHa B xoaa Ha TepanuaTa

Monynauuute naumeHTU, BKIIOYEHM B U3NUTBAHUSA 3a FEHHU Tepanuu ca
M3KIMIOYUTESTHO XeTeporeHHU. [eHHUTe Tepanun ce npunarat Npu naumeHTmn
C XPOHUYHU 3abonsiBaHUA, CBbLP3aHW C AbJIra NPOABLINKUTENTHOCT Ha
XXMBOTA, HO N NPX NauMeHTn cbC 3abondaBaHus, KOUTO NpeanoniaraT KpaTka
NPOABLIMKUTENHOCT Ha XUBOTA. JleYeHNeTo C reHHuM Tepanum MoXe Aa
nocTurHe edekT Ha usnekyBaHe npu peguua nauuMeHTn, a npu gpyrm
nauueHTM caMo [a Hamanu cTeneHTa/mporpecusita Ha 3abonsBaHeTo.??)
MoHacTosiweM, no-ronsMaTta 4acT OT M3NUTBaHMATa 3a FeHHW Tepanuu
(npubnuantenHo 70%) ce npoBexaaT NpPU NaLUEeHTU C OHKOJIOTMYHMU
3abonsBaHmMA. Te 4yecto ca Heumsnedymmo OonMHM U C  KpaTka
NPOABLIMKUTENHOCT Ha XMBOTA, a MNPEeaXOAHO feyeHne C MOLLUHW areHTu
(xummoTepanusa, nbyetepanua, JIIT 3a reHHM Tepanuu U Op.) MOXe
noTeHUManHo ga nonpedn Ha uHTepnpeTaumsita Ha AaHHuTe, cbbpaHu B
nepuoda Ha npocnegsiBaHe. YCNoXHEHOTO KMMHUYHO CbLCTOSIHME U CTEMEHTA
Ha W3TOLLEeHME NpU Te3n NauMeHTU YeCcTO orpaHmvyaBaT Bb3MOXHOCTTa 3a

NpoBeXxaaHe Ha OOLIMPHU NocneaBally KIMMHUYHNU n3cneasanHus. (23

JIN 3a reHHa Tepanusa ca M3KN4YMTENHO obellaBalim cTpaterym 3a
fleyeHne, C MOTEHUMan 3a NeYeHUe Ha LWMUPOK CMEeKTbp OT TeHEeTUYHM
3abonsisaHus. ?Y Mocrnegnn nyGnvkaumm coyat, Ye BPOST Ha KMMHUYHUTE
M3NWTBAHWUS, W3MOM3BalLM TeHHW Tepanuu kato JIM, ce yBenuyasa

HenpeKkbCHAaTO npes3 nocrieaHnTe roamHn.
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LleneBata nonynauus u xapakTEPUCTUKUTE Ha nauueHTute, o6LIoTO
30paBOCIIOBHO CbCTOSIHUE W OYaKBAHWUSAT MPOLIEHT Ha MPEXMUBAEMOCT Mpu
NPUNOXEHMEe Ha FeHHW Tepanuu MoraT Aa okKaaT 3HAYUTENHO BMUsSHMUE BbPXY
AbMArOCPOYMHOTO NpOCcreasiBaHe, He3aBMCMMO OT WU3MON3BaHWTE Moaxoau Ha

neyeHwue. ‘)

n3Boau

Cnea noyt 30 roavHM Hanpeabk U peauua Heycrnexu, reHHUTe Tepanuu
Obp30 ce npeBpbLLAT B KMHOYOB KOMMOHEHT HA TepaneBTMYHMSA MOAXOA 3a
pasnuMyHM HacneacTBeHUM W npuaodbuTn 4oBellkn 3abonsBaHus. [eHHU
Tepanun 3a HacnegcTBEHM WMYHHW pPa3CTPOMCTBA, XeMOMUNUS, OYHU WU
HEBpPOAEreHepaTUBHM Pa3CTPONCTBA, KaKTO U NUMGOMAHN OHKONOTUYHU

3abonsaBaHus, nonyyasaTt ogobpeHne 3a ynotpeba B CALL n EBpona.

JNlecHnaT gocTbN A0 NOTEHUManHo epekTUBHU, HO 3HAYUTENTHO CKbMU FEeHHU
Tepanuu, NnpeacTaesiBa OrpoMHO NPean3BUKaTENCTBO NPeA HyXaaewmTe ce
naumMeHTU. BucokuTe pasxoou 3a Te3n Tepanuu, TAXHOTO 3annailaHe/
pevMmbypcupaHe, KakTo U orpaHUyYeHUTe pesynTaT OT KIMHUYHU U3NUTBaHUS

Ca Cepuno3Ha rnpeyka 3a AoCTbla Ha NMNauneHTUuTe Ao TAX.

MonobpsiBaHeTO Ha AOCTbMNA Ha NaUMEHTUTE M rapaHTUpaHe nonsuTe oT
HapacTBawuss Opol reHHW Tepanuu Moxe Aa Obae NOCTUrHaTo 4Ypes
pa3bupaHe 1 pellaBaHe Ha BCUMYKM Npeau3BMKaTeNCTBa U YCTaHOBsIBaHE Ha

HaBpPEMEHHU CTpaTeErmn 3a MHTErpnpaHETO Ha TE3N TEPAnunn.

LleneBata nonynauuMss M XapakTEPUCTUKATE Ha MauueHTuTe, o0WoTo
30paBOCMNOBHO CbCTOSIHUE M OYaKBaHWUAT MPOLEHT Ha MPEeXUBAEMOCT Npu
npunoxeHne Ha JIM 3a reHHa Tepanus MoraT ga oKaXaT 3Ha4yMTeNHo

BITMAHNE BBbPXY NPUITOXKEHOTO J1IeHEHME Ha NaUuNEHTUTE.

OuakBaHOTO |'|O,E|,O6peHVIe B Ka4yecCctBOTO Ha XWMBOT HaA NauneHTurte,
TpeTnpaHn € reHHn Tepannun, ce cH4MTa 3a BaXHa KIMMHWYHa non3a, npeagsun

Jimncarta Ha Jie4eHnsa 3a peguia rnporpeCnBHn aereHepatnBHU 3abongaBaHus.
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3. BUATHOCTHYHH NPEAW3BHRATENCTBA

MoTeHumanHuAT nevebeH ereKT M €0HOKPAaTHOTO npunaraHe Ha reHHnTe

Tepanuu cb3gaBaT Habop OT npeausBuUKaTencTBa nped peMmobypcauusta Ha
TE3N TEXHOMNOMMW, Tbil KaTo 3APaBHUTE CUCTEMW, KAKTO U NMPOU3BOAUTENUTE
Ha nekapcTBa, ce OOpsAT C OCUrypsiBaHeTO Ha ajekBaTeH [JOCTbN Ha
naumMeHtTute. TexecTTa M BB3MOXHOCTTA OT O(QOPMSHETO HA HOBU
MEexaHM3Mu 3a JOCTbM U PMHAHCUPAHE, KAaKTO U HaMMPAHETO Ha HauyMHW 3a
apTUKynupaHe Ha NonsuTe OT NPOAYKTa KbM NnaTuuTe, naga Bbpxy MbpBuUte

KOMMNaH1, KOUTO BbBEXOAT B yn0Tpe6a TE€3N MHOBATUBHU MPOAYKTU.

ﬂpep,usBMKaTenCTBa, CBBbpP3aHU C ANarHoCTukKarTa

Heobxoguma e TouHO AedvHMpaHa AuarHosa, noctaBeHa Bb3
OCHOBa Ha reHomMHo-6asupaHa cTpaTterus 3a TecTBaHe, NpegocTaBsLua
nHpopmauma 3a cneumdumyHaTa reHeTU4Ha MyTauusl, KoATO Aa
npeaLwecTBa fnevYeHneTo C Len TodHa naeHTudukaumnsa Ha nonynaymsaTa
OT NauMEHTN, KOUTO LLie Ce Bb3MNON3BaT OT CbOTBETHATa in Vivo reHHa
Tepanus. Hanpumep, rpyna HacneacTBeHM O4YHM 3abonsiBaHuS,
KnacuguumpaHn  Kato  ,MATMEHTO3E€H  PETUHUT', npuynHaBaT
nporpecvBHa 3aryba Ha 3peHue, Bofella [0 ABycTpaHHa crenota. &
Hapg 3000 reHeTUYHN MyTauum ca uaeHTUdUUMpaHu KaTo OTrOBOPHM 3a
MUMEHTO3HWST peTuHUT. %) FeHeTUUHATa XeTEepOreHHOCT cama no cebe
CV € npeau3BuKaTeNiCTBO Npen Bb3MOXHOCTTa Aa ce uaeHtuduumpa
AedEKTHUAT reH, KOMTO Aa ce 3aMecTy Unn 3arnywun, cneg Koeto ga ce
n3non3Ba MnpaBufHaTa cTpaTerMsi 3a JfedeHne Ha BbMPOCHUS TeH.
Ctpatermmte 3a uaeHTUUUMPaAHE Ha MNPUYNHUTE 3@ [EHETUYHM
MyTaumm ce nogobpsasaT cnej pasBUMTMETO Ha TexHonormmte 3a
cekBeHupaHe OT Hoeo nokoneHne (NGS).?® Tean NGS TexHomnorum
CTUMYNUNPAT KIUHUYHOTO TMPUMOXEHNE Ha TEHOMHU [OMarHOCTUYHU
TecToBe.?”’Beue ca Ha pasnonoxeHMe TECTOBE 3a FEHHW MaHenu 3a
OTKpMBaHe Ha MyTauusaTa B reHUTe, KOUTO MNPUYUHABAT MUIMEHTO3EH
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(28)

peTnHUT “”, 3a Aa ce Aade Bb3MOXHOCT 3a MocriefBallo JleYeHUe C reHHU

Tepanuu kaTo Luxturna.®®

Mpe3 nocnegHute Hsikonko roanHu NGS TexHonorMmMte nocTurHaxa
ronsiM Hay4yeH HanpeabK, BKIHOYUTENHO M B KITMHUYMHUTE M3cneaBaHusi, Kato
npegocTaBmxa no-3agbnboyeHa npeactaBa 3a FEHETUYHUTE MNpennoCcTBaku
3a MHoro 3abonsiBaHus. BHegpsiBaHeTo Ha NGS B KIWMHUYHUTE YCIOBUS,
obaye, BCce owe e wusnpaBeHO npen Hsakon Gapuepun. MbpBO, 6BP30OTO
reHepuMpaHe Ha OFpoOMHM KoNu4yecTBa CeKBEHUMM npeacTaBnsBa
OrpoOMHO Npean3BUKaATENCTBO 3a MHTerpauusita Ha gaHHuTte. Hanpumep,
LSANOCTHOTO FEHOMHO CEeKBEHMpPAHE MOXE JIeCHO Oa OTKpue MHOrobpownHu
reHeTUYHM Bapuaumm mexay nauveHTu n sgpasu oOpoBonun, HO Wwe 6bae
TPYAHO Oa ce M3BreYye KNUMHUYHO Morie3Ha M m3nonsBaema MHdgpopmaums,

KakTo 1 Aa ce NoTBbPAAT 3HAaYNUMU acoLlmaLmm reHoTUN-heHoTuHN.

eHeTMKaTa Ha YOBEK HE € eAUHCTBEHUAT onpeaensiw, bakTtop 3a pucka
oT 3abonsiBaHe u nekapcTBeHusi oTroBop. PasHoobpasmne ot aemorpadckm un
KNMMHUYHM  hbakTopn (kaTo BbB3pACT, MOJ, €eTHMYEecka MNpPUHAANEXHOCT,
naTonorMyeH cragum v MeguuMHCKa MCTopus) Guxa MOrnu Aa YCrOoXHAT
B3E€MaHEeTO Ha KNUHUYHM pelleHuns. ETo 3awo e BaxHO Aa ce KoHTponupart
dakTopuTe Npu pasBUTMETO HA HAOEXOHW N Bb3NPOM3BOANUMMU MOSEKYISPHN
mapkepu. BTopo, nuncBa craHgapT 3a KOHTPOJ&T Ha KayeCTBOTO Ha
AaHHUTe 3a ceKBeHupaHe. [lpobnemMbT C rpelkuTe B CEKBEHMPaAHETO
OCTaBa 3Ha4MM, Tbi KAaTO TakMBa rPELLKN He Ce pasnuyaBaT OT reHEeTUYHUTE
Bapvaumm n morat ga 6baat norpewHo naeHTuduumMpaHm Kkato myTtauumu,
CBbp3aHN C deHoTuna. M3BecTHO e, Ye BCUYKM Hanu4yHW B TbprosckaTa
mpexxa NGS nnatdopmn nmat pasnnyHM Nno TUM 1M YyecToTa rpeLukun. Beekn
TMN rpewka Tpabea ga 6bae BHMMATENHO OLEHEH M KOopurmpaH, 3a ga ce
ceBede A0 MUHMMYM MOTEHLUManHoOTO Bb34EWCTBME BbPXY aHanu3a Ha
AaHHUTE HaTaTbK No Bepurata. Heobxoommo e ga ce pasbepat npuHUmMnuTe,
npeaumcTBaTta U orpaHmyeHusiTa Ha GUOMHPOPMALIMOHHNTE CTpaTernun, Taka
Yye [a ce cb3gagaT noaxogsAWM MeToaukW, cnocobHu aa reHepupaTt
HageXaHW aHanNUTUYHN pe3ynTaTu.

HaunHuTe 3a npunaraHe Ha perynaTtopHuTe cTaHAapTy 3a KOHTPOM Ha
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KayecTBOTO MNPV TPaHCMALUWOHHN W3CNeaBaHuUst W KITMHWYMHU  TEeCcToBe
n3nckeaTt noseve BHMMaHve B Obaeuwle. Heobxogmmo e ga ce cb3page
HagexaHa 6a3a gaHHu ¢ pedepeHTHN HK/PHK npobun. TpeTto, ronamMoTto
HaTpynBaHe Ha AaHHW NOBAWUra N HAKOU €TUYHM Bbnpocu. [lanu n Kak
Aa ce NnpeaocTaBAT pe3yntatute OT FeHOMHOTO CeKBeHMpaHe Ha
nauyueHTuUTe octaBa nopa Bbnpoc. PeanHoctta ¢ NGS paHHuTe €, 4e
KMMHUYHO M OMONOMMYHO BaXkHa MHGOpPMauUMsa 4YecTo ocTaBa CKpuTa OT
OrPOMHM KONMYecTBa , WWymM“ nnu danwmneo MNONOXUTENHM pes3ynTtaTtu, a
nocrneguunTe OoT doanwmnBo NOMoXuTenHata guarHosa morat ga 6vaar
orpoMHu. NGS TecTBaHeTO MOXe ga ObAe NonesHoO 3a MHOro xopa u
CEMENCTBA, HO MOCTaBsA €TUYHU, NpaBHM K coumnanHu Bbnpocn. NGS wuma
HeorpaHnyeH noTeHuuan ga OTKpMBaA ClyYanWHUM TFEHOMHM HaxXOAKM C
OorpaHMYeHa WNn HeusBeCTHa KNWHU4YHA nonsa. Bb3amoxHocTTa ga ce
NHTEepnpeTMpaT MHOXECTBOTO FEHETMYHM Bapuauuu € HuUcKa, a ronemMuar
obem uHdoOpmMauma Moxe ga cb3gage M3BecTHU npobnemu. To3m dakT
MMa BaXHW E€TUYHM M MNpaBHM Nocneauvunm M U3UCKBA HOBU ETUYHMU
ctaHgapT u nonutukn. CneunaneH akueHT TpsbBa ga ce nocTtaBu BbpXy
NOBEPUTENHOCTTA, NHOPMUMpPaAHOTO cbrnacwue, GesonacHocTTa,
AOCTOMHCTBOTO, NpaBaTa, 6naroCbCTOSHUETO M KOHUAEHUMANHOCTTA Ha

nauventute. 0

OCHOBHO OrpaHu4eHne No OTHOLUEHME Ha MHTepnpeTauusTa Ha cryyYanHu
Bapvaumm e, 4Ye MbIHUAT CMNeKTbp Ha Kopenauumte Mexay reHotun wu
deHOTUN Bce owe He e pas3bpaH. ToBa e ObAELWETO Ha KIWMHUYHATAa
reHomuka. Bv3gencreneto Ha NGS Bbpxy coumanHute npobnemm He e
NEecHO ga ce nporHo3upa, Tbi KaTto Tasn TEXHONOrnsa BCe olle ce npunara
Npyn CpaBHMUTENHO Marka rpyna nauneHTu C HacneacTBeHn 3abonsiBaHuS.
Opyr Bbnpoc e 3awmrtata Ha reHepupaHute oT NGS TecTBaHeTO AaHHM,
KOETO € OT pelaBawo 3HayeHne 3a uslbAreaHe Ha reHeTuYHa

ANCKPUMUHALNS Ha NaUUeHTUTe.

YacT oT eTuyHWTe BBLMNPOCU BKMHOYBAT pe3ynTtaTute OT TreHeTUYHUTE
TecToBe npu neauaTtpudHu nonynauuu, ocobeHo Mo OTHOLIeHWe Ha
3abonsaBaHnsA, Bb3HUKBALUWM B MO-KbCHa Bb3pacT. OG6LionpueTo e, ye
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TakoBa u3cneaBaHe TpsibBa ga 6bae OTNOXEHO, OCBEH ako paHHaTa Wu
edeKkTMBHA WHTEPBEHUMS, 3anoyHaTta B AeTCKka Bb3pacT, MOXe ga Hamanu
ObaewaTta 3abongemocTt. CbliecTByBaT OMaceHusi, 4e MPOrHOCTUYHOTO
reHeTUYHO TeCTBaHE N TECTBAHETO Ha eMOPMOHN 3a YECTO CpEeLLaHn N peaku
3abonsiBaHMs M MNOBEAEHYECKM YEPTU MOXe [Oa [[oBede A0 EBreHU4YHu
nporpamn. B TO3M KOHTEKCT TpsibBa ga ObaaT NPEeOoLEeHEeHu cTaHOgapTHUTE
€TUYHM cbobpaxeHnsa. OcBeH TOBa BaXXHUTE €TMYHM OMNaceHus, NoBAUrHaATH
OT reHEeTUYHUTE TECTOBE N CKPUHWUHIA, Ca CBbP3aHM C TOYHOCTTA U pa3xoauTte

3a TectBane. Y

3awuTata Ha NMYHWTE daHHM U KOHMAEeHUmanHoctTa Ha
MHOMBMOYyanHata WHGopMauMs Cbllo € oT 3HadyeHne. Camo KkoraTo
nauMeHTUTe ca CKMOHHW [a CNOoAensaT cBosiTa MeduUMHCKa MHdopmauus u
TEXHUTE [OaHHW 3a reHOMHaTa CekBeHuus, MoraT ga 6baar oTKpUTU U
N3MON3BaHN HOBU OWMOMEAMLIMHCKM Ba)KHW OTKPUTUS B Mons3a Ha ronemu

nonysiaunn.

BaxHo e pa ce oTOenexu, 4e [OeMOHCTpMpaHata TexHu4vecka
ecektnBHOCT Ha NGS wnu gpyrM reHOMHU TEXHOMOrMM He M MpeBpbLLa
aBTOMaTUYHO B ANArHOCTUYHWN TECTOBE, Tbi KAaTO BUOMapPKepPUTE OT NOBEYETO
NpoyyBaHWsl, He ca [JOoCTaTb4HO MPOrHOCTUYHM 3a npeanpuemMaHe Ha

KIMUHWUYHU OENCTBUS.

Bbnpeku Te3n npeausBukatencrtea, NGS npepocrtaBs

6e3npeue.quTHM Bb3MOXHOCTU 3a KIMMHUYHA AOUArHOCTUKa U

nepcoHanuaupaxa meauumna. !

Kakto noctaBAHETO Ha AmarHosa Bb3 OCHOBa Ha rEHOMHO M3criefBaHe,
Taka WU ne4vYyeHneTo C reHHa Ttepanund, Morat ga goeenart A0 3HaYUTETTHU

pa3xoaun 3a 3apaBHNTE CUCTEMMN.
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HecurypHocTtTa oKono pasxoguTe 3a 34paBeonasBaHe, PUCKOBETE WU
nona3uTe, NPoM3TMYaLLM OT AnarHocTuKaTa u fIeYeHneTo ¢ nocrnenealla reHHa
Tepanus, npegnonarat HeobxoguMmoCcT OT paspaboTBaHe Ha 6asa gaHHW,
nogkpeneHa OT anTepHaTMBHM METOAM 3a nnawaHe, 3a da ce Mnosy4du
MHopMaumMs Oann M Kak Te3n 3apaBHM TexHonormm Tpsbea ga O6vbaat

BbBeAEHM B 30paBHUTE CUCTEMU, PMHAHCUPAHM OT OrpaHMYeHn BroaKeTn.

leHHnTe TepanuMu wMorat ga 6Obpar e¢gekTMBHM camMoO ako
noaxogsuwiata TapretHa nonynauums € maeHtuduumpaHa npaBunHo. 3a
Tasn LEeN ce pa3ymTa Ha NOCTaBAHETO Ha TOYHA AnarHosa 4pes MU3nosi3BaHeTo
Ha reHoMHa cTpaTerusi 3a TecTBaHe. MeToguTe 3a OUEHKA Ha Non3uTe U
CTOMHOCTTa Ha TreHHMUTEe Tepanuu TpsibBa pga wmoraT ga onpenensat
KONIMYECTBEHO MKOHOMUYECKOTO Bb3AENCTBME HA KOMOMHUPaAHUTE €efleMEHTU
3a OmarHocTMka u nedeHume. To3um noaxod 3a TecTBaHe M MnocnenBallo
nevyeHne He CbOTBETCTBA Ha CrneunduyHN 3a TEXHOMNOIMATa paMKn 3a OLEHKa
Ha nonaute un cneunuyHM 3a TEXHONOrMsTa nparoBe Ha pasxogHa
edekTnBHoCT. OueHkaTa Ha KoMbuHauusTa OT AMarHOCTUYHU U3cneaBaHus u
reHHaTa Tepanus e rapaHTmpa, Ye Bb3MOXHUTE pas3xoan 3a Te3n 34paBHU
TEXHONMOrMN, Mn3paseHn KaTo MponycHaTW 34paBHM MNON3n, ce onpenenar
KONMYECTBEHO MNpPW B3MMaHE Ha peleHne 3a pasnpeneneHMeTo Ha

orpaHu4eHun 6roaXXeT B paMKuTe Ha 30paBHUTE CUCTEMM.

H3BOAH

= [ObnroTpanHute edekTn OT feYeHMeTo MoraT Aa Hamandar TekywuTte
pa3xoan 3a npocrnegsiBaHe U nogabp)kaHe Ha naumeHTa, KakTto U 3a
oBrnagsiBaHe Ha XPOHMYHM CbNbTCTBAWM 3abonsiBaHWA, Kato No TO3u
Ha4YMH KOMMNeHcupaT BUCOKUTE npeaBapuUTenHu pasxogu 3a TepanuuTe.
KakTo n npu nekapcrtesaTta cupauu, Nnpon3BoaNUTENUTE Ha reHHU Tepanuu
3a MHOroO pefku CbCTOSIHMSA, Ca M3NpaBeHW npen BUCOKM pasxogu 3a
nayneHT. B cnyyast Ha reHHUTe Tepanun MoXe Aa uMa U JOMbIIHUTENHN
pasxogu, obycnoBeHn OT nepcoHanuanpaHus xapakrep Ha JII. Toea
Hanara npunaraHe Ha [bBKaBM MeEXaHU3MM W CnopasymMeHusa 3a

3annatlaHeTo UMm.
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BaxHo e, korato ce pasrnexaga 0mKeTHOTO Bb34eNCTBME NPU OLEHKa
Ha Non3nTe OT FeHHUTE Tepanun U Npu B3MMaHe Ha pelueHusTa, aa ce
noaxoan BHMMaTenHo npu nsbopa Ha BpeMmeBu Xopun3oHT. OBUKHOBEHO
nnatumMte pasrnexgart 1-5 roguwHM XOpU3OHTW, HO TOBa HAMa Aa
OTpa3sn UCTUHCKOTO OHOIKETHO Bb3OENCTBME HA MHOMO OT Te3u Tepanuu,
NpWn KOUTO Ce oYakBa Aa 6baaT peanuanpaHu 3Ha4YUTENHN AbATOCPOYHN
CNecTsBaHMsA Npe3 Lenus XMBOT Ha nauueHTta. 3a ToYeH aHanui Ha
OKETHOTO Bb3gencTBmne, nnatuute we TpssibBa ga B3emaT npeasug
Te3n ObAroCpoOYHM MOMN3U, KaKTO M Aa ce pasrnegat BCUYKM HamnU4yHu

AoKa3aTerncTBa.

[MepcoHanuaMpaHWAT xapakTep Ha reHHUTe Tepanun, 3aedHo C
orpaHn4yeHnsa UM CPOK Ha ro4HOCT U CTabuITHOCT, 03Ha4vaBa, 4Ye He moraT
Aa ce npousBexagaT B rofieMun KonudectBa, 3a pasnuka ot apyrm JIIl.
[opu ako npon3BogMTENAT ycree ga ocurypu paspelueHuve 3a ynotpeba
M [oroBopu peumbypcauusi, BCe Oule CblUecTByBaT MpakTUYECKn
npeausBukatencrtea npuv gocrtaBkata. Jluncata Ha fAcCHOTa OKOMo
NPOM3BOACTBEHUTE U KayYeCTBEHUTE CTaHgapTU MoXe Ada fosefe Ao
HeeeKTMBHO pa3paboTBaHe Ha NPOAYKTU U Aa npeacTtasnssa bapuepa

3a pasBuTuHe.

Mpu nunca Ha anTepHaTUBHWM JleYEeHUs 3a >KMBOTO3acTpallaBallo
CbCTOSIHME, MOXE [a Ce CuYMTa 3a HEeeTMYHO [n[a ce OTKaxe
eKCNepuMEHTanHo NeYeHne Ha y4YacTHULUW B paMKUTE Ha W3NUTBaHeE,
nopagu nuncata Ha KIMHWUYHO paBHOBecue (nunca Ha ajekBaTHa
cpaBHUTENHa antepHaTuBa). BucokuaT pasxon 3a Tepanus nuwiasa
peavua naumMeHTU oT €AUHCTBEHUAT UM LUaHC 3a NevyeHue M [JOCTOEeH

XNBOT.

Heobxoguma e TouHO AedmHMpaHa guarHosa, nocTaBeHa Bb3 OCHOBaA
Ha TreHOMHo-0a3upaHa cTpaTerMss 3a TecTBaHe, MpedocTaBsLa
MHpopMaUMs 3a cneunduyHata reHeTUYHa MyTauusi, KosTo [aa
npeaLlecTBa fieYeHeTo C Len ToYHa uaeHTudmkaums Ha nonynaumsTa
OT MauMEHTU, KOWUTO Lie Ce Bb3Momn3BaT OT in Vivo TreHHa Tepanus.

CTpaTeFMMTe 3a wugeHTMduumpaHe Ha MNPUYUHUTE 34 [EHETUYHU
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MyTaumm ce nogobpsieat cnen passutneto Ha NGS. Tesnm TexHonorum
CTUMYNUPAT KIMHUYHOTO MNPUMOXEHME Ha T[EHOMHU OUarHOCTUYHU

TECTOBE.

BHeopsiBaHeTto Ha NGS B KNMHUYHWUTE YCNOBUS € U3NpaBeHO npen
HAKOW NPEnsaTCTBUSA. Bbp30TO reHepupaHe Ha OrpPOMHM KONM4ecTBa
CeKBeHUMM  npeactaBnsiBa  OrpoOMHO  Npeau3BUKaTENcTBO  3a
UHTEerpauuaTa Ha AaHHuTe. Hanpumep, USMNOCTHOTO  FEHOMHO
CEKBEHMpaHe MOXe JleCHO [a OTKpUe MHOroGpONMHN TFEHETUYHU
BapuaumMm Mexay naumMeHT n 3gpasun gobpoBonum, Ho e 6bae TpyaHo
[a ce u3Breye KNMHUYHO NnonesHa n nsnonssaemMa MHopmauus n aa ce

noTBbLPAOAT 3HAYNMUN acoLnaLnn FeHOTI/II'I-C*)eHOTVII'I.

Heobxogumo e pa ce pasbepatr npuHuMnuTe, npegumcTBata W
orpaHnyeHnaTa Ha 6uomHpopMaLNOHHUTE NHCTPYMEHTH, Taka 4e aa ce
cb3gagaTt noaxoaswy MeToAMKM, CNOoCOOHM Aa reHepupaTt HagexaHu
aHanNUTUYHKW pe3ynTaTh, KakTo N Aa ce Ccb3dage HagexaHa 6asa gaHHu
c pedepeHTHN OHK/PHK npobwu.

FonsIMOTO HaTpynBaHe Ha AaHHM MOBAMrA M HAKOM E€TUYHU BbMPOCH,
KOETO M3UCKBA HOBM €TUYHWU CTaHAapTU U NonuTukA. CneuvaneH akueHT
TpsibBa [fOa ce nocTaBM BbPXYy MNOBEPUTENHOCTTA, WHPOPMMPAHOTO
cbrnacue, 6esonacHocTTa, [OCTOWHCTBOTO, npaeaTa,

BnarocbCTOAHMETO U KOHCbI/I,D,eHLI,I/IaJ'IHOCTTa Ha NnauneHTuTe.

He Bcuukm n3bpoeHn npeamsBukaTencTBa We O6baoaT NpUNoXummmn 3a
BCUYKWN reHHU Tepanun. Hanpumep, He BCUYKM FEHHU Tepanuu e obaaT
3a Manku nonynauuu nauyneHTu. MNoTeHumanHute npobnemm He TpsbGBa
Aa ce Bb3npuemat kaTo Henpeogonumu Gapuvepn U Hama ga ce
npunarat egHakBO MpPWU BCUYKM TEHHW Tepanun. Bbnpekn BCUYKM
AanarHocTudHu npeanssukatenctea, NGS npenoctaBsa 6e3npeueneHTHU
Bb3MOXHOCTM 33 KIWMHMYHA [OMarHOCTMKA W MNepcoHanuanpana

MeauumHa.
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4.1. BWAOBE AO0CTbN A0 NEYEHHE

CneumnanHmaT 3akoH — 3akoHa 3a eKkapCTBEHWUTE MpoAYyKTU B

XymaHHaTta meguumna (3J1MNXM), ypexaa goctbn g0 Hakonko suga Jll

Ha TepuTopusita Ha Bbnrapus 2, a umenHo:

=

Pa3pewaBa nevyeHneTo, npodunakrnkata n guarHoctmkara camo ¢
nekapcTBeHW NPoaYKTU, KOUTO ca paspelueHn no pega Ha 3J1MXM
unm no pega Ha Pernament (EO) Ne 726/2004 Ha EBponewnckus
napnameHT 1 CoeeTa (Un. 7, an. 1 3J1MXM);

Ypexga Bb3MOXHOCTTa 3a cnyxebHa perucrpauusa Ha
Hepa3pelleH 3a ynotpeba nekapCTBEH MPOAYKT BbB Bpb3Ka CbC
3awmTa 3gpaBeTo  Ha  HaceneHumeto.  OcbliecTBsiBa  ce
nocpencTBOM 3anoBeq Ha MuHUCTbpa Ha 34paBeonas3BaHeTO KbM
N3nbnHuTenHMs AOvpekTop Ha M3nbnHuTenHa areHuus no
nekapctBata (MAJ1) 3a nsgaBaHe Ha paspelleHne 3a ynoTtpeba.
INlekapcTBeHMAT nNpoaykT ce paspewasa 3a ynotpeba Ha
Teputopusata Ha bbnrapus, B cnyyam 4e e paspelleH B apyra
abpxasa uneHka (un. 11 3JTMXM);

Un. 8 3JIMXM pernameHTtupa goctbn go JIIM 6e3 paspelwleHne 3a
ynotpeba B cnydamte Ha  MarucTpasiHa  peuenTypa,
dapmakonenHa peuenTypa, neKkacTBeHM NPOAYKTU 3a MoAepHa
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Tepanuna 3a KOHKpeTeH nauueHT no nHanBuayanHo npeanncaHune u1
npwn OOnNHWYeH I'IpGCTOVI, KaKTO M BHOCa U MN3MNOJi3BaHETO HA U3MNMUTBAHU

JIeKapCTBeHU NPOoAYKTU B paMKUTE Ha NpoBeXXaaHU U3NNTBaHUA,

= Un. 10 3JIMNMXM onpenens pega 3a 4OCTbMN A0 HeEpa3peLLeH NekapcTBEH
NPOAYKT B Cry4yan Ha ennaeMuUA, XMMUYecka unu sgpeHa pagnaums;

= Un. 9 3BJINMXM npegswknoa ne4YyeHne Ha KOHKpPETEH nNauMeHT C
Hepa3pelleH NneKapcTBeH NpoAaykT no pega Ha Hapepba 10 ot 17
HoemBpu 2011 r. 3a ycrnoBmaTa 1 peda 3a fevyeHne ¢ HepaspeLleHn 3a
ynotpeba B Penybnuka bBbnrapusa nekapctBeHW NpOAYKTU U
nekapcTBeHW MNpOAYKTU 3a cbCcTpagaTerniHa ynotpeba, Kakto v 3a
ycrnoBuaTa 1 pefa 3a BKIoYBaHe, NPOMEHU, N3KINIYBaHe 1 JOoCTaBKa Ha
neKapcTBEHU MPOAYKTM OT Crnucbka Mo un. 266a, an. 2 ot 3JIMXM

(,Hapenb6a 3a Hepaspeluern®). &2

EoHa mMHOro BakHa OCOBEHOCT e, Yye C M3MeHeHusitTa oT 15 HoemBpu
2019 r. B Hapen6a Ne 2 ot 27 mapt 2019 r. 3a MeAUUUHCKUTE U ApYrn YCryrn
no un. 82, an. 1a n 3 ot 3akoHa 3a 34paBeTo U 3a peda U ycrnoBudaTta 3a
TAXHOTO 0fob6psiBaHe, nonaBaHe W 3annawaHe (,Hapeg6a Ne 2¢)*% ce

npeaBuaM Bb3MOXHOCT 3a_3anfallaHeTo ¢ nybnuyHu cpeactBa Ha JIM 3a

nuua noa 18 roavuwiHa Bb3pacCT, KOrarto feYeHUeTo Ha CbOTBETHOTO

3abongBaHe ¢ cboTBeTHUTE JI[1 He ce 3annaula Ha OTAEeNHO OCHOBaHWE C

nyénuyHn _cpeacrtBa WM CbC cpeacTtBa o7  brwmketra Ha HaumoHanHa

3apasHoocuryputenda kaca (H30OK) m e 6e3 antepHatmBa B Penybnuka
bbnrapus.

Teaun JIIN ca Bkno4veHn B cnucbka Ha J11, kKouTo He ca paspelleHun 3a
ynotpeba B Bbnrapus, HO ca paspelleHn 3a ynotpeba B gpyra Abpxasa
JyneHka Ha EC unu vmat BanngHo paspelueHue 3a ynotpeba 3a Bwnrapus,
HO He ce pasnpocTpaHsiBaT Ha Obnrapckus nasap (HaMaT peructpupaHa
LeHa, BHOCbT W pasnpoCTpaHeHMeTo uM B bbnrapus e npeyctaHoOBEH

BPEMEHHO UITX MOCTOSIHHO);
= [lpes tonu 2020 r. 6s1xa HanpaBeHN 3aKOHO4ATENMHN MPOMEHMU, C KOUTO
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n3puyHO OBelie ypeaeHo msnonaeaHeto Ha JII 3a nokasaHusi, U3BBH
KpaTkaTa XapaKkTepuCTMka Ha CbOTBETHUTE NpoaykTu (T.Hap. off label).
Mo n3knoyeHne, Npu nNunca Ha anTepHaTMBa 3a fleYeHne Ha KOHKpPETEH
MauneHT M camMoO B MHTEPEC Ha HeroBoTO 34paBe, paspelleH 3a
ynoTtpeba B cTtpaHata JI[1 moxe ga ce npunara U3BbH yCnoBusiTa Ha
paspeweHneTo 3a ynotpeba Ha JI[1, npu Hanuune Ha Hay4vHU
AokasaTtencTtea 3a 6esonacHoOCTTa M epmkacHOCTTa Ha TO3M NpoayKkT. B
To3n cnydam JIIT ce wuanuceBaT OT KOMMUCUS OT Tpuma nekapu -—
cneunannct no CboTBETHOTO 3abonsiaHe u 3a Te3n JIIM He moraT aa

ObaaT nanonssaHn NyénmMyHM cpeacTea 3a 3annawaHe.

4.2. PETACTPALIUA HA LEHA

EoHa oT ocHOBHUTE NpeanocTtaBku 3a peanusmpaHe Ha JII Ha nasapa
cnep noriydaBaHETO Ha paspelleHue 3a yrnotpeba e pernctpaumsita Ha UeHa.
B cnyyanTte koraTto koHkpeTeH JI e nnaHnpaH ga 6bae pasnpocTpaHsaBaH Ha
Teputopuata Ha Penybnuka bbnrapua ypes HaumoHanHata cuctemarta 3a
penmbypcauma (3annawaHe ot H3OK), ueHaTta 3a To3M NPOOYKT ce

onpeaens B npoueca Ha oueHKka Ha cblms 3a BkntoyvBaHe B MJ1C.

MNNC ce nsrotesa n nogabpxa ot HCLUPJIM u Bkntoyusa J1IN, otnyckaHu no
fiekapcko npegnucaHue v 3annawaHum cbe cpeactBa ot 6romaketa Ha H3OK,
OT ObpXaBHuA 6l4KeT Ku3BbH obxBaTa Ha 3aabI/DKUTENHOTO 34paBHO

ocurypsiBaHe un oT BrogxeTa Ha nevyebHuTe 3aBeaeHus.

N B MJIC ce nogbupaT cbobpa3HO gokasaTencrBa 3a edukacHoCT,

TepaneBTnyHa €(EKTUBHOCT, BGe3onacHocT n aHanms Ha

dhapmakonkoHoOMUYECcKU nokasatenu kato 3a JI[1 ¢ HoOBO MexayHapoaHo

HenaTeHTHO HaummeHoBaHue ce um3BbpwBa KM O3T. OueHkata Ha Te3u

JoKkasaTenictBa W HSAKOM OT O0OcoDeHMTe MOMEHTM Mo 3asBsABaHe Ha
BkntousaHeTo Ha J1M B MNJIC ca onucaHn B cnegpallata ToYka OT HACTOALMUS

pasgern.
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4.3. OUEHKA HA TEHHW TEPANMMW 3A LENWTE HA HALMOHANHA
PEMMBYPCALMHA W/MNH NOKPUTHE OT ANTEPHATHBHM NVBNHUHK
®OHA0BE

Peobt 3a BkmwousaHe B [1IC Ha JIT B Penybnuka Bbnrapus ce
onpegens ot 3JINMXM un Hapepba 3a ycnosusaTa, npaBunata u pega 3a
perynupaHe u perucTtpupaHe Ha LEHUTEe Ha JeKapCTBEHUTE MpPOAYKTU

(Hapepbara).

3akoHogaTtenaT e npeaBuaun  pasnuyHU  YCrioBMS  3a  OLEHKa,
BkntouBaHe B NJ1C 1 obpasyBaHe Ha ueHa, KaTo e pasgenun ycnosHo J1IN no
nekapcko npegnucaHue Ha Takmea, kouto ca ¢ HoBo INN wu TakmBa, 3a KoUTo
ce 3asBsBa BK/IHOYBAHE B CMCbKa Npu Hanuime Ha Bede oTpaseHu JIIM cbe
cbwoto INN rnekapcTtBeHa bopma M KOHLEHTpaLMA Ha akTUBHOTO BeELLECTBO

OT CbOTBETHOTO NpunoxeHwe Ha MNC.

B 3aBMCMMOCT OT TOBa ca npeasuaeHn pasnuyHmn cpokose 3a HCLIPJIM
3a 3aBbplUBaHE Ha CbLOTBETHOTO aAMMUMHUCTPATMBHO MPOU3BOACTBO MO
OLeHKa Ha npoaykta M ca BbBedeHM MU3UCKBAHUSA 3a npencTaBsHe Ha
AokasaTtenctea (C pasnuyHa TexecT) 3a edMKacHOCT, TepaneBTU4YHa
edreKTMBHOCT, 6e3onacHoOCT, aHanM3 Ha apMakoMKOHOMUYECKM NnokKasaTenu

n cboTBeTHo O3T.

Buaumo edektnBHOTO pasgendHe Ha JI1 B oTaenHW npunoxeHus Ha
MJIC e ocHoBaHO Ha BMAa Ha pasxoguTe OT CblUecTByBawMTe 3a uernra
GromxeTHN cpeacTBa u obocobsaBa criegHUTE rpynu:

a) J1N, sannawaHu cbe cpencTtsa oT brogxeta Ha H3OK;

©) JIM, 3annawaHn oT AObpXaBHUA OHOXKET Uu3BLH obOxBaTa Ha

3adbJDKATESTHOTO 34PpaBHO OCUTYPABaAHE;

B) JII, 3annawaHun ot 6rogkeTa Ha nedebHMTE 3aBedeHUsa No yn. 5 ot
3akoHa 3a ne4yebHUTE 3aBedeHUss U OT OrwgkeTa Ha neyebHuTe
3aBefleHNs ¢ ObpXaBHO W/unn O6LWKMHCKO ydactme no 4n. 9 n 10 ot

3akoHa 3a neuyebHuTe 3asegeHus. 0
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Cnep npucbeanHsiBaHe KbM CbOTBETHUTE npunoxenust Ha MJ1C JIIN ce
KnacuduympaTt no gapmMakonorMyHn rpynu cCbrinacHo Koga Mo aHaToMo-
TepaneBTUYHO-XUMUYHATA Knacudukaumsi, CbC CbOTBETHUTE MEXAYyHapPOaHU
HenaTeHTHM HaMMEHOBaHMA, CbC CbOTBETHaTa AeduHMpaHa OHeBHa posa/
TepaneBTUYEH KypcC, LeHa no yn. 261a, an. 1 ot 3JIXIM, npegenHa ueHa Ha
JN npwn npogaxbaTta nm Ha apebHo, pedepeHTHa CTOMHOCT 3a AedmHMpaHa
AHeBHa [o3a/TepaneBTUYEH KypC, CTOMHOCT Ha OnakoBKaTa, M34ucrieHa Ha
0as3a pedepeHTHa CTOMHOCT/TepaneBTUYEH Kypc 3a gedumHupaHa OHEeBHa
[03a U HMBO Ha 3annailaHe, KakTo U OorpaHuyeHudaTa B M3NUCBAHETO 4vpes

AeduHMpaHe Ha 3abonsiBaHWs NO MeXAyHapPOAEeH kof Ha 3abonsBaHuATa.

JIN B MJIC ce nogbupaT cbobpa3HO AokasaTenctBa 3a edUKaCHOCT,
TepaneBTU4YHa €(EKTUBHOCT, ©e3onacHocT n aHanuna Ha
dapmakonkoHoMmudeckn nokasatenn mnu O3T m KoraTto 3a CbOTBETHOTO
MEeXAyHapo4HO HenaTeHTHO HaMMeHOBaHWE € U3MbIHEHO YCIOBMETO Aa ce
3annawa ot obuwecTBeH 3gpaBHoocUryputeneH oHa u/wvnu ¢ nyoenuyHu

cpeacTtea npu CcoblwnTe TepaneBTUHH MOKal3aHMA B _TMOHEe 5 oT_cnegHute

avpxaBu: benrnsa, Mpuns, Oanus, EctoHus, Wcnauma, Utanusa, Jlateus,
Jntea, Monwa, Moptyranua, PymbHus, Cnosakusi, CnoBeHusi, YHrapus,

OunHnangma, dpaHumnsa n Yexusa, a korato ce oTHacs 3a J1M, npegHasHayeH 3a

neyeHve Ha peaku 3abonsaBaHUs - B NOHEe 5 OT BCUYKU AbpPXaBU YNEeHKU
Ha EC.

YcnoBueTo 3a 3annallaHe B ApYyry Obp)XaBu € oTnaraTteniHo U crefsa
Aa ce npeumsnpa BHMMATESNHO MNpU Cb3gaBaHETO Ha CTpaTermmte Ha BCsika
KOMMaHUs 3a MNyCKaHETO Ha nNPOAYKTWM Ha eBPOrnenckna nasap W 3a
nocrnegoBaTenHOCTTa, B KOATO LWe 6baat BUAMMMU LEHUTE 3a CbOTBETHUTE
JIMN. ToBa OoT cBOA CTpaHa OKasBa BIIUSIHME BBLPXY LieHaTa, KOSATO MOXe aa
Obaoe 3asBeHa B bbnrapus kato ueHa 3a BknwouaHe B [MJ1C. Tasu ueHa
CbLLO NOANEXN Ha BLHLWHO pedepupaHe n moxe ga 6bae Han-mMHoOro paBHa
Ha HaW-HUCKaTa LeHa Ha npou3BoauTen B crnegHute pedepeHTHU 3a
bbnrapua gbpxasu: benrusa, Mbcpuma, Wcnanusa, Utanuq, Jlateuga, Jlntea,

PymbHua, Cnosakus, CnoseHuns n ®dpaHuusi.
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4.4. NPHNOKAM NPOLLEC U CPOROBE, IOTOBAPAHE

BkntouBaHeTo B [1J1C 3anoyBa ¢ nogaBaHe Ha 3asiBrieHme kbM HCLIPJIIM,
Kato 4acT oT ToBa 3asBrieHne e O3T, usrotBeHa CbrnacHo Kputepuute u

YyCnoBusTa, NOCOYEHN TYK NO-40NY B ToYka 4.5.

PasrnexxgaHeto Ha 3adBneHue 3a HoB JI[1 (Cc HOBO MexayHapoaHO
HenaTeHTHO HanmMeHoBaHue) ce uasbpliBa ot HCLPJIM B cpok oT 180 gHw,
KaTo B paMKuTe Ha TO3M CPOK € BKIYeH cpok oT 90 AHM 3a n3BbpLUBaHE Ha
OST, koaTo 3aBbpwBa C ouumaneH OoknNag M ce nNpuemMa C pelleHne Ha

HCUPIM (swx npunoxeHama ro-0osy cxeMma Ha ripouyeca o ouyeHka).

CblecTBEH MOMEHT B 3aBbplUBaHe Ha npouedypaTta Mo OueHKa
BkrtouBaHeTo Ha JIIM B MJIC e npeacrtaeaHeTo npeg HCLPJIM Ha konue oT
aorosop, cknrw4eH ¢ H3O0K, 3a npepgocrtaBsAHe Ha OTCTBLIKWU. YCNOBUETO
N pega 3a NpefoCTaBAHETO Ha Te3an OTCTbMKM € ypeaeHo B 3akoHa 3a
30paBHOTO ocurypsisaHe (un. 45, an. 10 1 21) ®”'n Hapen6a Ne 10 ot 2009 r.
3a ycrnoBusiTa, peda, MexaHuama un kputepumte 3a 3annawaHe ot H30K Ha
JMN, MeanunHCKN n3gennsa n Ha ANeTUYHN XpaHU 3a cneunanHm MeanLUHCKK
Lenn, goroBapsiHe Ha OTCTBIMKU M MpunaraHe Ha MexaHu3mu, rapaHTupaiim
NpeaBUaMMOCT U YCTONUMBOCT Ha Glomketa Ha H3OK (Hapen6a Ne 10) ),
lMoBeye MHOpPMaUMA NO OTHOLLEHWE Ha BWAA AOrOBOPU U NperoBopute C

H3OK e npegctaeseHa B Tovka 4.8. oT HacToALwmMA 0630p.

4.5. H3UCHBAHWA NPH HAHAWAATCTBAHETO 3A BRNIOYBAHE B
MIC HA NERAPCTBEH NPOAVKT, NPEAHASHAYEH 3A HOBO 3ABONABAHE,
HOETO HE NPUCHCTBA B CNHCHHA ChC 3ABONABAHUA

CwrnacHo 4n. 262, an. 6, 1. 1 ot 3JIMXM B NJIC ce BkntouBaTt JI1,
npegHasHavyeHn 3a neyeHne Ha 3abonsiBaHMa, KOMTO ce 3annawart no pega
Ha 330 n kouTO ca BKMYEHU B cnucbka no uyn. 45, an. 4 ot 330. Tosa
N3NCKBAHE OT CBOA CTpaHa € abConiTHO YCroBME 3a M3BBLPLUBAHETO Ha
oueHka ot HCUPIJIM Ha papeH JIIM 3a HeroBoTo BkNto4yBaHe B [1JIC un
ocuUrypsiBaHe Ha €BEeHTyanmHOTO My 3annawjaHe c nyobnuyHn cpeacTsa.
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HCUPJIM cnegsa ga wmskntoum ot [JIC JIIM, KouTto ca oueHeHu 3a
3abonsiBaHus, 3a kouto H30K He 3annaLa.

CnucbkbT cbc 3abonasBaHusATa (,Cnucbk’) ce yTBbpxAaaBa Mo
npeanoxeHne Ha ynpasutens Ha H30K ¢ pelweHne Ha Hag3opeH cbBeT Ha
H3OK, koeTo pelleHune noanexun Ha obHapoaBaHe B [JbpXaBeH BECTHUK.

3a oTpassiBaHeTO Ha KkogoBe Ha HOBO 3abonsaBaHe B Cnucbka e
Heob6Xo4MMO M3BBLPLUBAHETO Ha OLEHKA WU NOArOTBAHETO Ha CTAHOBULLE MO
Kputepuute, 3anoxeHun B pasnopenbute Ha Hapepba Ne 7 oT 6 HoemBpwM
2015 r. 3a kpuTepunTe 3a onpegensiHe Ha 3abonsiBaHMATa, 3a YMETO
pgomawuHo nevyenne H3OK 3annawa HanbnHO unu YactuyHo J1M, meanumHcKu

N3genus U OUeTUYHNU XpaHu 3a cneumanHu MeauumHcku uenu (Hapepba 7).
(39)

CobrnacHo un. 7, an. 2 ot Hapenba 7 BkntouBaHeTo Ha 3abonsaBaHus B
Cnucbka no 4n. 45, an. 4 or 330 e gonycTUMO Npu KyMyrnaTMBHOTO Hanu4me

Ha 3 (Tpwu) OT cnegHuTe 5 KpUTEPUS:

A) 3a 3abonsiBaHeTOo WMa YTBbPAEH peAa 3a AucnaHcepusauus/
OMCNaHcepHo HabnogeHne U 3a npocnegsBaHe Ha edekta oT

npusiaraHOTo AOMallHO JIe4YeHUE;

b) 3abonaBaHeTo cnaga KbM HAKOW OT KnacoseTe 6bonectn ot | knac oo
XVIlI  knac sknountenHo no MexgyHapogHata Knacudukaumsa Ha
oonectnte (MKB 10), Kouto 3aemart BoOAeLWO MACTO (MbpBUTE LLECT
MecCTa) B CTPyKTypaTa Ha CMbPTHOCTTA MO MNPUYNHU 382 YMUPAHUS UMK B
CTPYKTypaTa Ha XocnuTanuampaHaTta 3abonsiemMocT, unum B CTpyKTypaTa
Ha MbPBMYHO WHBanNuaguavpaHuTe nuua B Penybnuka bbnrapus 3a

nocrnegHuTe 3 roauHu;

B) s3abonsiBaHeTo 3aema BOAeLlO MSCTO (MbpBUTE LWECT MecTa) B
CTPYKTypaTa Ha CMBbPTHOCTTa MO MPUYMHM 3a YMUPAHUS B CbOTBETHMS

knac 6onectn no MKB 10;

') 3a 3abonsaBaHETO ce npunarat NPOTOKONM 3a NnevYeHne/TepaneBTUYHN

CXeMn Ha noseaeHune,
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[1) xoga Ha 3abonsBaHeTO BOAWN OO YCNOXHEHUS, YECTMN XOCNUTanmnsaumm
UNnM TpamHo HamaneHa paboTocrnoCoOBGHOCT uUNM CTENEH Ha yBpeXaaHe
50 n Hag 50 Ha cTO nNpu NayueHTuTe.

OueHkaTa Ha 3abonsiBaHeTo No Hapenba 7 ce 3asBsBa C NMMCMO —
npeanoXeHne 3a BKIKOYBaHe Ha KogoBe Ha 3abonsBaHe B Cnvcbka Ha
HapsopHua cbeeT (HC) Ha H3OK. Konuve ce manpawa oo Ynpasutens Ha
H3OK.

Tosn cnucbk € maTtepuanuampaH B Pewenne Ne PL-HC-04-12 ot 10
deBpyapu 2016 r. 3a yTBbpXXAaBaHe Ha CNUCHbK Ha 3abonsBaHusATa, 3a YMeTo
AOMaLLHO flevyeHne Ha TeputopusaTa Ha cTpaHata H3O0K 3annawa HanbrAHO
nnu vYactnyHo JM, MeguuUMHCKM U3genvsa U OUEeTUYHU XpaHu 3a cheuunanHm
meanumHekn uenu (O6H. [1B. 6p.15 ot 23 ®epyapun 2016 r., uam. n gon. [1B.
6p.14 or 13 ®espyapu 2018 r.) (Pewenuneto). “ MpomsHata u
OTpassiBaHETO Ha HOBM KoLoOBe Ha 3abonaBaHuATa B PewweHneTo moxe ga

cTaBa LenoroguLLHo.

B Tasu Bpb3ka e BaxHO Aa ce otbenexun, ye Ha 13.08.2020 r. 6sxa
nyoénukysaHm HoBu npasuna Ha H3OK — lNpasuna 3a pabota Ha Komucuata
No pasrnexagaHe Ha NpeanoXXeHua 3a Bko4vBaHe 3a 3annawaHe ot H30K Ha
HOBM MEAMNLNHCKN AENHOCTU U TPYN MeaUUMHCKN U3Oennsa U3BbH LeHaTa Ha
KNMUHUYHUTE MbTEKW, aMOynaTopHN U KNUHUYHK NPOLLEeaYpPU, KakTo 1 Ha rpynu

MEAULMHCKM U30enusi B M3BbHGOMHUYHaTa MeauumHcka nomouy. 4!

C Te3u npaBuna ce onpeaens peabT 3a pasrnexagaHe 1 npeacraBsiHe
npen Hap3opHusi cbBeT Ha H3OK Ha 3asBneHuMsa 3a BKMOYBaHe Ha HOBWU
MEANLMHCKN OEMHOCTM U rpynn MEeQUUMHCKN M30enns KbM OMarHOCTUYHO-
ne4yebHUTE anropuTMM OT naketa OONMHMYHA MeduLUMHCKa MNOMOLL,
3annawaHa ot H3O0K, kakTo 1 3a BKM4YBaHe Ha HOBW rpynn MeauLUHCKU
n3genua B cnucbka no yn. 13 ot Hapedba 10 om 2009 e. 3a ycrosusima,
peda, MexaHu3ma U Kpumepuume 3a 3annawaHe om H3OK Ha JIf,
MeOuUUHCKU u30eniusi U Ha Ouemu4yHu XpaHu 3a creyuasiHu MeOuUyUHCKU
uenu, OoeoegapsHe Ha OmMCMbMKU U fpusiazaHe Ha MexaHU3MU,
eapaHmupawu npedsudumocm u ycmoudueocm Ha 6rodxema Ha H30K

(Hapegba 10 ot 2009 r.).
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CbrnacHo HoBWTE npaBuna, BCAKO 3asBneHve TpdbeBa pa Obae
npuapyxeHo ot aHanua 3a O3T 3a KOHKpeTHaTa MeuLUNHCKa OEeNHOCT.

Tasu npakTnuka TenbpBa HaB/IM3a B Ebnrapml, HO Ha ©6asarta Ha
gocerawHna HM onnt U Be4ye U3rotBeHn HAKOJMKO aHalrmn3a 3a BKI1H04YBaHE Ha
HOBM amarHo3nm B Cnucbka cbc 3abonsiBaHWdA, CMe ONTUMWUCTU N CUMHO
BdApBamMe, 4e oueHKaTta Ha 34paBHUTE TEXHONOrnmm € npaBUmiHUAT HA4YUH U
YCTaHOBEHUAT pepn 3a BKro4YBaHe Ha MeanumnMHCKN OENHOCTH.

DduUrypa 2. CTPAHU, KOUTO MOTAT OA BHACAT O3T AHANU3 3A HOBMU
MEOUWLUUHCKU AOEMHOCTU Ao H3O0K

CbCnoBHM opraHusauumn,

cbrnacHo 3akoH 3a
CbCNOBHUTE OpraHu3auunm
Ha NeKapuTe WU Ha nekapure
rno geHTanHa meguuunHa

MpepcTaBUTENHN
nauueHTCKN
Mpepcepgatenu Ha opraHusauum,

Hay4HW ApYyXXecTBa no cbrnacHo 3akoHa 3a
CbOTBETHUTE IOpUOnUYECKUTE NKLa ¢
cneuunanHocTun HecTtonaHcka uen (3HOJTHLL)
n un. 866, an. 1 ot 3akoHa
3a 30paBeTo

Jleye6HWN 3aBeeHMNA 3a

EKCI'IEPTHM CbBEeTMU no GONHUYHA nomouy,
CbOTBETHUTE MEOWNLUWHCKHN
crneuwnanHocTn cbrnacHo 3akoHa 3a

neyebHUTe 3aBegeHMA
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OST B bvnrapua—onuncaHue, CTpykTypa Ha aHanusa

O3T B bvnrapusa ce wussbpwsa 3a JII1, npuHagnexawm KbM HOBO
MEXOYHApOAHO HEeNaTeHTHO HauMMEHOBaHME, KOETO He € BKIIYEHO B
cboTBeTHOTO npunoxenune Ha MNJIC. 3a J1M no an. 2 O3T ce m3BbpLUBA U NpU

nogabpkaHe Ha penmMmbypcHusa um ctatyc no yn. 259, an. 1, 1. 7 ot 3JIMXM.
Moa O3T B bbnrapus ce pasbupa:

1. doopmMa Ha NONUTUKA B 06NacTTa Ha Hay4YHUTe u3cnenBaHUA, KOATO
npoyyYyBa KpaTKOCPOYHUTE M AbMArOCPOMHUTE pe3ynTaTth, CBbp3aHn C
npunaraHeTo Ha 34paBHUTE TEXHONMOrMKM WU MMa 3a Uen ga npeaocTaBu

I/IHCbOpMaLI,I/IFI OTHOCHO aJiTepHaTUBHUTE 3paBHN CTpaTErnu,

2.  MynTugucumninHapHa AEenHOCT, KOATO CUCTEMATUYHO OLeHsiBa
TeXHUYEeCKUTe XapaKTepUCTUKMN, 6e3onacHocCTTa, KIUHNYHaTa
echmkacHocT U eheKTUBHOCT, pa3xoauTe, CTOMHOCTHaTa e(PeKTUBHOCT,
OpraH1M3auMoHHUTe, couManHuTe, NpaBHUTE U €TUYHUTE nocneauum oT
npunaraHeTo Ha J1l B 3gpaBeonasBaHeTo 1 ce (pokycnpa BbpXy CTOMHOCTTA -
KMUHMYHA W WKOHOMMYECKA, KaTO aHanu3bT € CpaBHUTENEH ChpsiMo

cblliecTByBaLlaTa UM Han-gobpaTta KbM MOMEHTa anTepHaTUBa.

CwvrnacHo Hapepgbata 3a ycnosusita, npasunaTa u pea 3a perynupaHe
n peructpupaHe Ha ueHute Ha J1lN, B cuna ot 30.04.2013 r., MNpueta ¢ NMC
Ne 97 ot 19.04.2013 r. u 06HOBeHa 3a nocnegHo Ha 6 mapT, 2020r.“?, O3T B
Bbnrapua ce u3BbpwBa CcbrnacHo nybnvkyBaHo PbkoBOACTBO U
npeAcTtaBeHUs aHanus3 TpsibBa Aa cneaBa U3PUYHO crieaHaTa CTPYKTypa u

Aa nMma cregHoTo CbAbpPXKaHue:
1. BbBeaeHue.

2. KnuHmyHa oueHka 3a eukacHOCT, TepaneBTUYHA edEKTUBHOCT U

©es3onacHocT.
3. ®apmakonKoHOMMYEeCcKa OLeHKa.
4. AHanns Ha 6togxeTHOTO Bb3gencTeme. (ABB)

5. Cneundpunynmn wusmcksaHms 3a O3T, . npedgHasHaydeHW 3a penku
3abonaBaHus unu cneyuPyHU . rpynn NauneHTU, KaTto-Hanpumep,noarpynu,
onpeneneHn Ha ocHoBaTa Ha reHoMHaTta nHdopmauus, 1 4p.
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OST B bvnrapua—onuncaHue, CTpykTypa Ha aHanusa

6. WHdopmauumss 3a MopanHu M eTUYHM acnekTn Ha ynotpebarta Ha
3gpaBHaTa TexXHomnorns (ako uma).

7. Pesiome u poknagn (B NPUIOXEHME) Ha peLleHUs U OUEHKUM OT
ObpPXaBHM MHCTUTYUMM 3a UenuTe Ha OpYyrn HauMoHanHM CUCTEMM Ha
3apaBeonasBaHe.

8. [lokasaTencrteeH maTepuan oT u3nosiaBaHaTa nurepaTtypa.

9. Onuc Ha usnonaeaHaTa nuTepaTtypa.

NHpopmauus, KoaTo crneasa ga cbabpKaT ropenocovYeHnTe pasgenu:
1. BbBegeHue:
1.1. 3apaBeH npobnem:

1.2. EnnpgemmonornyHu paHHW, MeauuuHCKa W coumarnHa TeXXecT Ha
3abongaBaHeTo:

1.3. KnuHu4Ha kapTuHa, ecTecTBeH X0 Ha 3ab6onsBaHETO, YCNOXHEHUS U
nporHosa

1.4. TepaneBTUYHU CTaHOAPTH

1.5. Llenesa nonynauus

1.6. OnncaHve Ha 3gpaBHaTa TEXHOMNOorns

1.6.1. OCHOBHU XapaKTePUCTUKM Ha HOBaTa TEXHONOMS
1.6.2. BT Ha NpunoXxeHne N gosnpaHe

1.7. N360p Ha cpaBHUTENHN anTepHaTUBU

2. KnuHu4Ha oueHKa 3a e(*)I/IKaCHOCT, TepaneBTU4YHa e(bEKTVIBHOCT n

0e30nacHoOCT:
2.1. O6wu gaHHwn.

Kato u3TOYHMUM Ha [JokasaTencrtBa 3a erVIKaCHOCT, TepaneBTn4Ha
e(peKTI/IBHOCT n 6e30nacHOCT Ha HOBUTE TEXHOMOMMW Ce cuYuTaT crnegHute

N3TOYHUNLN:
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- KJIMHUYHU M3MNUTBAHMA, KOUTO Ca 4YacT OT HayyHaTa nporpama Ha
NnpousBoauTEnNs U ca BKIIOYEHN B IOCMETO 3a paspeluaBaHe Ha ynoTpeba u/
unu opobpeHve Ha 3OpaBHaTa TexHomorns (TeaM OoT THX, KOMTO ca

nNyGrnunKyBaHM B Hay4YHU cnincaHn4, cnegea ga 6baat nocoyeHun);

- MOCTPErMCTpaumMoOHHN 7] NMOCTMapKETUHIOBU N3NMTBaHMA,

nybnvkyBaHu B Hay4yHaTa nuTeparypa;
- ApYT¥ U3NUTBaHUA U3BBHH ABETE MOCOYEHU rpynu;
- cUcTemMaTuyHM 0630pUN U MeTaaHansun.

2.2. OO0OocHOBaH cucTeMaTuM3MpaH aHanua 3a WaeHTUdUUMpaHe W

nonbop Ha peneBaHTHU KITMHUYHWU U3NUTBAHWUS U NUTEpPaTYPHN AaHHW.

2.2.1. Kputepuu, metoaun 3a umaeHTudukaums, nogbop n 6asm gaHHwu,
KOUTO rapaHTupaT BKMNHOYBAHETO Ha BCUYKU peENieBaAHTHM pPaHOOMMU3UPaHU
N3NUTBaAHUA B KNMHMYHaATa oueHka. CTpaterma Ha nogbopa Ha KAMHUYHMK

N3NUTBaHUA.
2.2.2. OnucaHne Ha u3nuTBaHuaTa

2.3. U,FIJ'IOCTHO onncaHnme Ha pesyntatute OT BCAKO KIMMHUYHO

N3NUTBaHe U MeToauTe 3a TAXHOTO N3MepBaHe
2.4. PesyntaTu, goknagBaHu OT NauueHTuTe.
2.5. AHanu3 Ha 6e3onacHocTTa.
3. DapMakOMKOHOMMUYECKa OLeHKa.

3.1. OnwucaHune Ha npoeegeHnTe (bapMaKOI/IKOHOMI/I‘—IeCKI/I aHanm3m c

oueHdAaBaHaTa 3apaBHa TEXHOJIOTUA B OPYIrn ObpXXaBW.

3.2. OnwucaHne Ha I'Iy6J'II/IKyBaHI/I OUEeHKNn Ha 3apaBHaTa TEXHOJI0INA,
M3BbLPLLUEHN OT AbpXXaBHU MHCTUTYUMU 3a UENNTE Ha Jpyra HauWOHallHa

cucTtemMa Ha 3gpaBeonasBaHe.
3.3. lNpunoxeH aHanms.
3.4. Llen Ha aHanuaa.

3.5. CpaBHUTeNHa anTepHaTuBea.
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3.6. NepcnekTuBa.

3.7. BpeMeBn XOPU3OHT.

3.8. lanon3eaHu meTtoau.

3.9. Pa3xoau 3a oueHsBaHaTa 34paBHa TEXHOMOMUS.

3.10. [OuckoHTupaHe - 3,5 Ha CTO rogMLLIHO KaKTO Ha pasxoguTte, Taka u
Ha pe3ynTtaTuTe Npu NpeactaBsiHe Ha pasxoauTe U pesynTtaTuTe 3a nepuog,

no-4bnbr OT egHa rognHa
3.11. ameputenu Ha pesyntatute
3.12. MogenupaHe Ha CbOTHOLLUEHNETO pasxoh-pesynrar.

3.13. [llpencraBsaHe Ha pesynTtatute OT MNPUMOXEHUS aHanuTU4eH

mMeTop.
3.14. AHanns3n Ha nogrpynu.
3.15. HTepnpeTauna Ha pe3yntaTtute OT aHanusa
3.16. CpaBHeHue c Apyrn NpoBeaeHn aHanmsu.
4. AbB
4.1. MNepcnektnea Ha ABB

4.2. BpemeBu xopun3oHT4.3. EnemeHTM Ha aHanusa Ha BHOXKEeTHOTO

Bb3aencTeme
4.4. N3TOYHULUM Ha OaHHU
4.5. Pasmep n xapaktepucTuka Ha Lenesarta nonynaums
4.6. CueHapum npn ABB
4.7. Pasxogu
4.8. AHanu3 Ha 4yBCTBUTENHOCTTA
4.9. MNpeanctaBaHe Ha pesynTaTuTte

5. O3T 3a JIM, npeaHa3sHayeHun 3a cneunudcpuyHU rpynum
3abonsiBaHuA.
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Mpun OBT Ha nekapcTBa-cupauu ce npegocTaBsa WHdopmauma Mo
OTHOLLEHME Ha epukacHoCTTa N TepaneBTUYHaTa ePEKTUBHOCT.

O3T Ha nekapcTBaTa-cupauy OTroBapsl Ha CneaHuTe OOMbIHUTENHU
KpUTEPUMN:
® npencTaBsiHe Npe3 onpeaeneH nepuoa, He No-Abbr OT eaHa roavHa,

Ha OONMbJIHUTEITHU OOKa3aTeriCTBa 3a Nnorn3nTe OT npunaraHeTo Ha JIr,

® npeacTaBsHe Ha mogenu (mogen Ha MapkoBs n gp.), npocrnegasawm

XoJa Ha 3abonaABaHeTo;

e oueHka Ha 6a3sa: CEPUO3HOCT, TeXeCT Ha pPAAKOTO CbCTOAHUE,
Haln4yme Ha aniTepHaTuBa; KakBu Ca pa3xoauTte 3a naumeHta, ako JIMN He ce

penmbypcupa;
® MOpParHn U eTU4HN CbOBpaKeHs;

® JKOHOMMYecKkaTa OLeHKa K obLwoTo OraKeTHO Bb3OencTBue ce
NpeacTaBAT 3a nekapcrBa-cupaum, KOMToO MMaT ronama couuarnHa nonsa, He
ca CTOMHOCTHO e(eKTMBHM U TAxHaTa ynotpeba e nokasaHa 3a Cepuo3HM

CbCTOAHUA, 3@ KOUTO HAMA e(.beKTI/IBHa antepHaTnBHa Tepanus.

6. UHdopmauua 3a MopanHM U eTUYHU acnekTu Ha ynoTpebaTta Ha
3apaBHaTa TexHonorma (ako wuma).7. Pe3some u pgoknaau (B
NPUSIOXXEeHNEe) Ha pelleHUs U OUEHKU OT AbPXKaBHU MHCTUTYLMM 3a

uenute Ha Apyrn HaumoHasiHu CUCTeMun Ha 3gpaBeona3BaHe.
8. [lokasaTencrtBeH MaTepuan ot n3nosisBaHarta nurTepartypa.

9. Onuc Ha usnonsBaHaTa nuTeparTypa.

-

- We can handle complexity hta.bg ‘l."t’
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CERTAINTV AGREFMENT
OcHoBHUTE npegu3BuKaTENCTBA MOF' Aa ce pasrnexgaTr KaTo TakuBa,

CBbp3aHN C reHepupaHe Ha KIHU [10Ka3aTesiCTBa, OUEeHKa Ha pa3xoaunte U

nonauTe, OOCTLMHOCT 3a NauUeHT n BOACTBO M OUCTPUOYLUS, €TUYHU

npean3BuKaTesicTBa, Kakto U rnpen arT d, CBbp3aHn C AnarHoctukarta.

6.1. HECHTVPHOCT MO OTHOWEHWE HA KNUHWYHKUTE AAHHH

[MpoBexaaHeTo Ha paHOOMU3UPAHN KOHTPOMMPaHW NPOoYyYBaHUS
(RCT) 3a reHHM Tepanum Moxe Aa Obae 3aTpyaHEHO nopagu
XapaKTEPUCTUKNTE Ha Te3n Tepanuum W NraHMpaHuTe nonynauum
nauvenTn.“® MnosaTtopuTe, paspaboTBaluy Tepanum, HaCoOUEHU KbM
nonynauuMmM C yntpapegku 3abongaBaHus, AeduHupaHn  4dpes
nscnegBaHe Ha cneumduyeH GUoOMapkep UNKU reHeTUYHa myTaums,
MoraT ga HamepsaT 3a HEeBb3MOXHO HabupaHeTo Ha A0CTaTbuYHO
NauMeHTn 3a agekBaTHO ronsMo npoydBaHe. B gonbrHeHwe, 3a
HAKOM TEHHW Tepanuu, KOUTO M3UCKBAT WMHBA3MBHM METOAM Ha
npunoxeHue (Hanpumep Glybera wu3uckBa o 60 MHTpaMyCKyrHM
MHXekumm B 6edpoTo, OoKaTo MauMeHTbT € noA cejauns unm
yronka), OOpU ako € Bb3MOXHO W3MNON3BaHETO Ha nnauedbo wmnm
APYro CpaBHUTENHO pamMo, AN3alH Ha HanNbHO 3acneneHo nnavebo-
KOHTPOSNMPaHO npoyyBaHe Le W3MCKBa MOTEHUMANHO HeeTU4HU
cuktmeHM npoueaypu.“?) ETo 3allo npoyysaHusiTa 3a reHHU Tepanum
4eCcTOo npeacTaBnaABaT M3NUTBAHWS C €4HO paMo, W3MOon3Baluu
NCTOPMYECKM KOXOPTU 3@ CPaBHEHME, UMM NPOYYBaHUSA CbC ,,CMUCHK
C Yakawu®, Nnpu KOUTO HeneKkyBaHUTe MNauMeHTU NpeMuHaBaT KbM
pamMOoTO 3a fleveHune creq OTHOCUTESTHO KpaTbK Nepuo oT BpeMe.

Cobwo Taka Moxe pa 6baoe TpyoHO Oa ce uaeHTuduuupa
noaxoasilia cpaBHMTENHa anTtepHaTMBa 3a OLeHsiIBaHaTa reHHa
Tepanusi, ocobeHo KoraTto TA BOAM OO0 3HAYUTENHW MPOMEHN B

KIMMHWYHaTa npakTtuka 1Uiin Korato Jimncea CblleCTByBaLlO Jie4eHne.
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B nonbnHeHue, 3a HAKOM TepanuuM HAMa fIeCHO U3MEPUM, OPUEHTMpPaH
KbM nNauuMeHTa pes3yntaTt, KOMTo ga Obae wu3nons3BaH B KpPaTKOCPOYHWU
M3NUTBaHWS 3a OLeHKa Ha edwmkacHocTTa. [lopagu ToBa ce u3nonseart
cyporaTHM pe3ynTatv, HAKOM OT KOMTO MOXe Ada ce Hanoxu ga obaat
npocneaeHn 1 BanMampaHu ¢ orpaHNYeHn JaHHM.

Apyrv OTNUYMTENHM YEpTM Ha TFEHHUTE Tepanuu Cblio YyBenuyasat
HecurypHocTTa. [eHHWTe Tepanuu W3Non3BaT HOBM MexaHu3Mu 3a
BbBEX[aHEe Ha reHeTUYHUs MaTepwuan, KOUTO MoBAUraT BbLMNPOCU OTHOCHO
AbnrocpoyHata 6e3onacHoCT U He moraT ga 6baaT pasrfneaaHu B pamkute
Ha KPaTKOCPOYHWU MpoyyYBaHUSA. Bbnpekn ye Moxe ga usrnexaga, Ye reHHuTe
Tepanuu ocurypsieat ,fiedyeHne”, nNpoabIMKUTENHOCTTa Ha nonsaTta oT TaAX

MOXe Oa OCTaHe no BblipocC.

MbTaT kbM 040OpeHME Ha reHHW Tepanuum, 0COBEHO ako Ce YCKOpAT
npoueaypute, MOXe fa goBede OO M3NOoN3BaHe Ha MO-KPaTKOCPOYHWU AaHHU
3a e(ukacHOCT OT Te3u, KOUTO ca Heobxoaumu, 3a ga ce [JokaxaT
AbNroCPpOYHUTE NONM3vM OT JajeHa Tepanuda. ToBa BoAM OO 3HauuTernHa
HECUrypHOCT MO OTHOLUEHME Ha NPOABLIMKMTENHOCTTa Ha TepaneBTUYHaTa
nonsa oT reHHaTa Tepanus Npu onpegeneHy NauneHTn u ganu eaHoOKpaTHO
npunoXxeHne e pgocrtaTbyHo. Ha cBouM pen, ToBa Ce oOTpassiBa Ha
MakcMMmanHaTa cyma, KoATO nnaTuuMte ca rotoBuM Aa nnaTtaT 3a Tepanug,
KOSITO MOTEHUManHO HOCK LOXMBOTHM MOM3WU, HO U 3a KOSTO Ca Hanu4yHu
AAHHW CaMO 3a HSAKOSMKO rOAMHW KbM MOMEHTA Ha BbBeXJdaHe B npakTukarta.
CobliectByBaT HOBM ajanTupaHym MexaHM3MW 3a 3anfaliaHe Ha TeHHM
Tepanuu, Kouto morat ga 6baat dakTop Npy oLeHKaTa Ha AbAroCPOYHUTE
pesyntatu. [1pn BCMYKM cnyyam, KONKOTO NO-AbMAro Bpeme e Heobxoaumo 3a
AEMOHCTpUpaAHe Ha 3HaduTenHaTa nonsa OT e4Ha reHHa Tepanus, TONKOoBa
no-ronisiMa € BEpOsATHOCTTa nnaTuuTe Aa He ca MOTMBMpPaHM Aa 4 3annaTt4r.

Bcuukn Te3n orpaHuMyeHns B AusaiiHa Ha Npoy4YBaHUsATa, U3MepBaHEeTo
Ha pe3ynTaTUTe N HEBB3MOXHOCTTA [a Ce onpeaensaT OAbArocpoYHUTE NOon3u
O3HayaBaT, Ye HanuMyHuTe [JaHHM 3a TeHHWUTe Tepanuu KbM MOMEHTa Ha
MyckaHeTO UM Ha nasapa Ouxa [OOBENM OO0 W3BECTHA HECUrypHOCT o
OTHOLLIEHME OLieHKaTa Ha ednKacHOCTTa UM.
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6.2. HECUTYPHOCT N0 OTHOLLIEHME HA AAHHHUTE 3A BE3ONACHOCT

Tbi KaTO reHHUTe Tepanun ca CpaBHUTENHO HOBM 3a MeauuuHaTa, €
Hanuue orpaHn4eH AbJSITOCPOYEH OMUT, C KOUTO [a Ce MNPeLeHu PUCKbT OT
CEepPUO3HN NOCNeacTBust No OTHOLUEHME Ha Ge3onacHocTTa, KoMTO MoraT da
Bb3HMKHAT rogvHW crej HadanHata asa Ha nedveHue. EQHO Bb3MOXHO
onaceHue e, Yye Korato ce LOCTaBAT Ype3 BUPYCHM MeXaHu3Mu, Te moraT ga
ObaaT TYMOPOreHHU 1 ga gosedat 4o nponvdepauunsi B TbKaHU, KOUTO He ca
OVNN yMULWINEHO TapreTupaHu. *“ Cblwo Taka, reHHuTe Tepanuu moraTt ga
CTUMYyNMpaT  UMYHHW  peakuMm Ha  opraHmsma, KOUTO  U3UCKBAT

MMYHOTEpPaneBTU4YHO Jie4HeHne, KoeTo Clada KbM CEPUO3HUTE pI/ICKOBe.(45)

besonacHocTTa Ha Tepanuute TpsabBa na Obae oueHsABaHa 4pes
TOKCMKOMOIMYHM MPOYYBaHUS, KOMTO NPOU3XOoXZaT OT M3NUTBAHWUSA BbPXY
XMBOTHW UIK NpeauLeH KIMHUYEH ONUT CbC CXOAHM MPOAYKTU UMM HAYMH Ha

npunoxenue.“®

OCHOBHM CcbObpaxeHWs Mpu OLeHKa Ha pucka oT
npunaraHeTo Ha reHHW Tepanuu BKNOYBAT TYMOPOreHHOCT U MMYHOreHHOCT
NMoc HexenaHa Moaudvkaumus Ha reHeTudHus matepuan.“”) MpogykTute oT
KCeHOreHeH  npou3xon  npeacrtaBnssaT  OOMb/HUTENEH  pPUCK  3a
roctonpuemMHuka n obLLecTBEHOTO 34paBe nopagu Bb3MOXHOTO npedaBaHe

(48)

Ha I/IH(beKLl,I/IO3HI/I areHTu, MMYHOJIOTMYHN OTroBOpPU OT IFOCTONMPUEMHUKa U

3acurneHa TYMOPOreHHOCT Ha KceHoreHHuTe npoayktn. 9

6.3. OUEHKA HA NONSHUTE

npeﬂ,I/I3BI/IKaTeJ'ICTBaTa, otbendasaHu no-rope, OKOJ10 reHepupaHeTo Ha
JoKa3aTernctBa N HECUTYPHOCTTA Ha ObJITOCPOYHUTE e(*)eKTI/I OT Tepanunte,
3aTpyaHAaBaTt MU3rotBdAHEToO Ha HadeXxXaHuM OueHKM Ha 340paBHOTO MU
MKOHOMMYECKOTO Bb3OENCTBME, KOUTO Ca B OCHOBATa Ha BCHAKA OLEHKa Ha

nonauTe OT JaJeHa Tepanus.

NpoesTta 3a nonsute OT reHHuTe Teparnnn M Kak Te€ Ce ornpenendat e
ONCKYCMOHHa W npegcrtaBridaBa Npeanm3BMKaTesicCtTBoO MO OTHOLWIEHWME Ha
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penmbypcaumara. 3amHTepecoBaHUTE CTpaHu Tpsbea ga umaTt npeasua, ye
nonsarta e cybeKkTMBHa M LWe ce pasrnexna pasnuyHo OT Bcsika OT Tax. B
pe3ynTtaTt Ha ToBa, nnaTtuute TpsibBa Aa HamepsT HauMH 3a M3MepBaHe Ha
nonsaTta OT 3ApaBHaTa MHTepBeHUMs cnpsiMo cToiHocTTa it ®” Moxe ga ce
HanoXu NnaTunTe na BKMAYaT M3MEpBaHWS Ha MNON3uTe 3a MNauMeHTUTE,
3gpaBHaTa cuctema M OOLLECTBOTO B TEXHUTE CTAHOAPTHM OLEHKW, U3BBLH
TOBa, KOETO Te OOMKHOBEHO OLEHSABAT: 34pPaBHUTE MOM3M 3a NaumeHTa wu
HETHUTE NPEeKM pasxoamn 3a 3gpaBHaTa cuctema. Hakom gonbnHUTENHW Nonsu
OT BbBEXOAHETO Ha reHHUTe Tepanuu, KoMTo TpssbBa oa ce B3emat npeasug
Npyn oueHsIBaHe Ha CTOMHOCTTA UM, BKMOYBAT OLEHKA HA CEPUMO3HOCTTa Ha
3abonsiBaHeTo, Bb3pacTTa Ha nauueHTUTe npu AMarHoCcTULMpaHe Ha
3abonsiBaHeTo (MMa gokasaTencrea, Hanpumep, 4Ye obLLecTBOTO o4yakBa Aa
ce OgaBa NpUOPUTET Ha geuata), TexecTTa Ha 3abonsiBaHeToO npe3 Lenus
XMBOT Ha NaUMEHTUTE N HEMPEKMN ENEMEHTU, KaTo BpbLUAHE KbM paboTHa uUnu
yyebHa cpega, yBenMyaBaHe Ha NPOU3BOAUTENHOCTTA, HamansiBaHe Ha
TeXecTTa Ha rpuxuTe 3a YneHoseTe Ha cemelictBoTo.®”) MHoro nnaTtum mMoxe
Aa He npuemar NecHo mgesata ueHoobpasyBaHeToO M peumbypcupaHeTo Aaa
6boat obBbp3aHM C Te3M WM3MEepBaHUS, KOMTO Ca HOBW B CpaBHEHME C

onpenesiaHeTo Ha npeknte MeanumHCK pa3xoau.

IleyebHute Tepanum wMorat pga ©ObaaT OLEHEHM MO-BUMCOKO OT
0oOLLECTBOTO B CpaBHEHME C KOHBEHUMOHAINHUTE NeYeHusl, TbA KaTto umart
noTeHumMana ga crnoxat Kpan Ha HeobxoauMocTTa OT AbITOCPOYHO XPOHUYHO
rfieyeHne n ocurypsisaT ObAroTpanHO NoBuULIABaHE HA KAa4YeCTBOTO Ha XXMBOT.
PaHHOTO nanekyBaHe Unn 3Ha4YMTENHUTE NON3N B Miaga Bb3pacT bmxa mornm
Aa noMorHaT 3a 3HauYuTesnHO YBEeNnu4yaBaHe Ha MNPOM3BOAUTENHOCTTA Ha
nauneHTUTe B CpaBHEHWE C TepanuuTe, KOUTO HOCAT HEe3Ha4YUTeNHU Nnomnsu B
NpoAbIMKEHME HA MHOro roguMHu. HanuyHu ca manko gokasaTenicTBa, KOUTo
Aa noTBbpAAT Aanuv ToBa NpeanoYyMTaHMe HaucTMHa CbLeCTBYBaA UMW HE U B
MOMEHTaA HUTO edHa CUCTEMa 3a OueHKa Ha 34paBHUTE TEXHOMNOIMMU He

BKNOYBa NogobHO npeterndaHe Ha gaHHUTe.

ﬂ,bﬂFOTpaVIHMTe e(beKTVI OT neyeHuneTo, obaye, moraT Aa Hamanat
TEKYLLUMNTE pa3xoan 3a rnpocnegdaBaHe U nogaobpxXaHe Ha nauneHTa, Kakto 1 3a
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oBlagsdBaHe Ha XpPOHUYHU CbMNbTCTBALLU 3abonsaBaHus, KaTo Mo TO3N HAYUH

KOMMeHcMpaT BUCOKUTE npeaBapuTenHu pasxoau.®?

Kakto npu Tepanuute C ,NnekapctBa cupauu®, Npov3BOAUTENUTE Ha
FEHHW Tepanuu 3a fledeHne Ha MHOro peakuM CbCTOSIHUS, ca U3NpaBeHu npea
BMCOKM pa3xoau 3a nauueHT. B crnyyas Ha reHHuTe Tepanuu, Moxe a nva
AOMbIHUTENHN pa3xoan, obyCroBEeHM OT MepCoHanM3npaHus xapaktep, Tbi
KaTO NPoAyKTUTe He MoraT ga ObaaTr TecTBaHW M NPOU3BEXAAHU B roriemMu

KoInn4yecTBa.

Bbnpocbt pann  TpsibBa pga Ovbgar  pasrnexgaHu  R&D n
NPON3BOLACTBEHUTE pPa3xoau B aHanu3uTe npu B3aMMaHETO Ha peLleHnaTa 3a
penmbypcauma Ha 3opaBHUTE TEXHOSOrmm octaBa HesceH. NogobeH gebat
Bb3HMKBA B KOHTEKCTA Ha fekapcTBata cupauu B no-obuw, nnaH. Hsakowu
n3cnegoBartenu TBLPAAT, Ye TpsabBa Aa ce U3nonseBaTt egHu U CbLM KpUTepun
3a OLIEHKa Ha CTOMHOCTTa U Non3nTe, KakTo 1 3a nnauwaHe, 6e3 ga ce B3umar
npeaBung cneunanHute cbobpaxeHus 3a Manbk O6pon naumeHTu wunu
cneuundukaTta Ha TexHonorusTa. pyrn otéenaseat, ye 6€3 BUCOKUTE LEeHU Ha
NauyneHT wunM no-gbfArocpoyHa MnasapHa EKCKMy3MBHOCT, Te3n Tepanum e
Bb3MOXHO BbObLe Aa He 6baaTt paspaboteHn. CTumynuTe 3a HacbpyaBaHe
Ha WHOBaLMWUTE, TbPCEHN OT nNauMeHTuTe MU obuiecTBoTo, TpsAbBa ga 6baaTt

NPU3HaATKN KaTo 4acT OT ﬂpOGJ‘IGM, M3NCKBALL OBbJITOCPOYHU pELUEHUA.

6.4. A0CTHNHOCT

brogpketTnte 3a 3gpaBeonasBaHe Bevye Ca OrpaHWUYeHM U ce o4vakBa
HaAaTUCKbT 3a KOHTPON Ha pas3xoauTe Ada Ce YBENUYM npes3 creaBailumTe
roouHn. Bb3 OcHOBa Ha NbpBOHaYanHMs ONMUT C LeHoobGpasyBaHETO Ha
reHHuTe Tepanuu B EBpona, ako Bce No-rofisiM 6pon reHHn Tepanun Bnga3aT B
ynotpeba c pasxogn oT 1-2 MuUnmMoHa €eBpO, KyMYyNaTUBHOTO OHOKETHO
Bb3gencrtene 6m 6mno MHOro CbLLUECTBEHO U MOXe 6u HeycTonumso. [dopwu
aKko reHHUTe Tepanuu ca pa3paboTeHu 3a NevYeHne Ha caMmoO eauH Ha BCEKMU
AeceT nNauuMeHTU C reHeTU4Ho 3abonsiBaHe, KyMynaTMBHOTO Bb3AenCTBUE
BbpXy OromKeTa npu Te3n LeHn MOXe Aa HapacHe MHorokpaTHo. Pasbupa ce,
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reHHa Tepanusi HAMa ga 6bae HamepeHa 3a BCSAKO psiako 3abonsiaHe (B
OOMbIIHEHNE, HAKOWM TEHHW Tepanun MOXe [a He ca 3a PeakM CbCTOSHUS),
LeHUTe moraT ga BapupaTt U TeMNbT, C KOWTO YCMNELUHWUTE TFeHHU Tepanuu
BEPOATHO Le OOCTUrHaT nasapa e TakbB, Y€ Te3n HMBaA Ha Bb3OencTBue
BbpXy OlogxeTa HAMa Aa ce yceTaT B NPOAbIMKEHME HA MHOMO roAuHU, ako

BboOLLle ObaaT 3abenasanHu.

B AOMbMHEHWE, HSKOW FeHHU Tepanun MoraT Aa AoBeAaT A0 3HAYUTENHU
KOMMEeHCaLUMM Ha pasxoAWTe, KaTo 3aMeHSIT CbLUeCTBYBalM CKbMM
ABAFOCPOYHM NeYEHUs (KaTo eH3UM-3amMecTBalLyM Tepanum), KaTo HamansiBaT
XoCnUTanu3aLmmTe v NpefoTBPaTsBaT AOMbAHUTENHM (MOTEHUMANHO CKbMN)
HeXenaHW KIMUHUYHM CbbuTus. 3a Ja Cce OUeHM MbIAHOTO (PUHAHCOBO
Bb3AeiCTBMe, Te3M AbMTOCPOYHM CNECTSBaHUS TpsioBa Aa GbAaT BKIIOYEH! B
CbOBpaXKEHUsITa 3a JOCTBMHOCT. Bce nak o6LMTE OYakBaHWsl, Ye 34paBHUTE
cucTemMm Wwe ce cbmbckaT C  NPeAW3BMKATENCTBOTO Ja  moemart
npeABapUTENHN LiEHW Ha NeYeHVe Hah MWIMOH €BpO Ha MauMeHT Aopu 3a
OTHOCWTENHO Maibk GO MALMEHTW, NMOPaXaaT CEepuo3HU OMaceHusi cpeq
nnaTuMTe M NOMUTULMTE, [OPU aKo NPU HAKOM Cryyan C TeYeHWe Ha BpeMeTo
e Bb3MOXHO Aa Ce CTUrHe A0 ChecTsiBaHe Ha pasxoau. [pousBoauTenure
CbLLO MPKU3HaBaT, Ye CbLUECTBYBALLMTE MeXaHU3MW 3a 3annaljaHe U Apyru
cTpaTerum 3a ynpaBneHWe Ha JOCTLMHOCTTA MOXe Aa He Ca afeKBaTHU B
nogkpena Ha BbBEXOAHETO Ha HapacTBaly, Opoil TFeHHW Tepanuw,
nogyepTaBaiku Heo6XoOMMOCTTa OT CbTPYAHMYECTBO 3a MO-HATATBLLUHO
pa3paboTBaHe Ha MONUTUKM 3a Cb3faBaHe Ha CTabunHa LieHoBa, (pMHaHCcoBa
W 3OpaBHOOCWIypUTeNnHa  cTpykTypa  3a  Tesu  TexHomorum.®?
MpeansBukaTencTeaTta, CBbp3aHW C (DUHAHCUMpaHe U peumbBypcupaHe Ha

reHHW Tepanuu, ca pasrnegaHun no-nogpobHo B pasgenu 10 n 11.

6.5. NPOU3BOACTBO U AUCTPHBYLIHA

[NepcoHannanpaHuAaT XxapakTep Ha TreHHUTe Tepanuu, 3aegHo C

(54)

orpaHmn4eHnda MM CpokK Ha rogHoCT U ctabunHocT O3Ha4aBa, Y€ NpoaykKTuTe
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He moraTt ga ce npovsBexaaTt B rorieMu Konm4yecTBa, 3a pasnuka oT Apyru
MeauKaMeHTU. MegukameHTu. [lJopyn ako nNpoumsBoauTENAT ycnee aa ocurypwm
paspelwleHme 3a ynotpeba n goroBopu peummbypcaumsa, Bce owe Moxe Aa
MMa npakTUYecKn npeamnsBukaTencTtea nNpu JocTaBkata Ha 34paBHUTE
TexHornormn. CobliecTByBaT OMaceHus, 4Ye nuncata Ha $cHOTa OKOJSo
NPOU3BOACTBEHUTE M KadyecTBEHUTE CTaHAapTM MoOXe pa agosede Ao
HeeekTMBHO pa3paboTBaHe Ha NPOAYKTM M Aa AencTBa kato Bapuepa 3a
pa3Butne. Bailey et al. (2015) komeHTupaTr, 4ye B AEWUCTBUTENTHOCT
CbLLECTBYBAT Mariko OTpacnoBu CTaH4apTU 3a NPOM3BOACTBO Ha NPOAYKTU 3a
KneTbdHa W TreHHa Tepanus. ToBa BepoATHO wWwe 6bae 0cobeHo
npobrnemMatnyHO Npu peakn 3abonsiBaHUs, MpU KOUTO HEe CbluecTByBaT
npeueneHTn. Bb3MOXHO € ga ce Hamepu KOMMPOMUC Mexgy MNo3BorieHa
MBKaBOCT B NMPOU3BOACTBEHMUSI MPOLEC, 3a Aa Ce OTYeTe CneunduyHUAT 3a
nauneHTa xapakTep Ha NpPOAYKTUTE, KaTO CblUEeBPEMEHHO ce YCTaHOBU

nobpa npoussoacTBeHa npaktuka 2

N HamMansaBaHETO Ha pa3xXxoauTe Ha
0asza onuta u CTaHOapTU3auundrTa. YHUKanHuaT XapakTtep Ha rnpomn3soactBoTO
Ha TreHHWM Tepannmnm MOXe CbLlOo Ada YCIOXHU PpPa3BUTUETO HaA TEeHHU

"Guocnmmnapn" B 6baeule.

6.6. ETHYHH BbIPOCH

ETnyHnTEe acnektn, CBbp3aHn C reHHaTa Tepanusd, ca nogobHu Ha Tesun

NPUN OHKOJTIOTMYHUTE Tepanunn nNpn Marku nonynaumn n BKIOYBaT:

(1) npeaunsBmnkaTencTeBoTO Aa ce OTKaxe pemmbypcauuns Bb3 OCHOBA Ha

BUCOKNTE pa3xodn 3a o4eBUOHO ed)eKTI/IBHa Tepanus,;

(2) TpygHocTTa npu NpoBeXAaHEeTO Ha pPaHOOMU3UPaAHO KIMHUYHO
M3NUTBaHe vs. Henobpa Tekylla cTaHaapTHa rpuka, korato HoBaTa Tepanust
AeMoHcTpupa Aobpu pesyntatu. B TakmBa cnydau, korato He CblLecTByBaT
anTepHaTUBHU JIeYEHUS] U WHTEpBEHLMATA € 3a XMBOTOo3acTpallaBallo
CbCTOSIHME, MOXE [a Ce CYMTa 32 HEETUYHO a Ce OTKaXe eKCnepuMeHTanHo
fneyeHMe Ha y4yacTHWUM B paMKMTe Ha M3nNuTBaHe, Mopagu nuncata Ha

74



MNpeaunsBukaTencTea npes reHHuTe Tepanun | ETMuHmn Bbnpocu

KMUHWYHO paBHoBecue.® TpabBa Oa ce vWMma npeaBua, Ye He BCUYKY
N3BpoeHN npeausBMKaTencTBa Lie 6bAaT NPUIOKUMU 33 BCUYKUM TE€HHM
Tepanuu. Hanpumep, He BCMYKM [EeHHW Tepanuu TapreTvpaT Manku
nonynauum nauveHTu. [loTeHUManHuTe npobrnemMu He TpsiGBa Aa ce
Bb3MpVemMaT KaTo HENpeoJonMMmn Gapuepu 1 HaMa Aa ce npunaraT eAHaKBO
MPW BCUYKM FeHHW Tepanuu. B JOMbIIHEHME, HAKOM OT Npeav3BMKaTencTeaTa

BEPOSATHO LLie 6bAaT MHOIO MO-4YeCTO CPELLaHN OT APYrn.

6.7. UI3BOAH U NPENOPDKH

— [MoTeHumanHuAT nevebeH edekT M eOHOKPaTHOTO npwunaraHe Ha
rEeHHUTEe Tepanuu cb3gaBaT YHMKaNeH Habop OT npeausBMKaTencTea
npeg peuvMmbypcaumsita Ha Te3uM TEXHONOrMu, Tbil KaTo 34paBHUTE
CUCTEMM, KaKTO U MPOM3BOAMTENUTE Ha nekapcTBa, ce OopsaT c
OCUrypsiBaHETO Ha ajekBaTeH [AoCTbn Ha naumeHTute. OCHOBHUTE
npeausBMKaTencTea npen BbBeEXAAaHEeTO Ha reHHUTe Tepanuu mMoraT da
ce pasrnexpaT kaTo TakMBa CBbp3aHM C reHepupaHe Ha KIMHUYHM
[AoKasaTenctBa, OLeHKa Ha pasxoaute W Mon3ute, [AOCTbLMHOCT,
NPON3BOACTBO U OUCTPUOYLUS, €TUYHM Npeau3BuKaTencTea, Kakto wu

npean3BmuKaTesicCtea, CBbp3aHuM C ANarHoCTUKaTta.

=3 OrpaHI/I‘-IeHI/IFITa B [OuM3aMHa Ha npoy4dsaHnATa, HWU3IMEPBAHETO Ha
pe3yntatmte M HEBBL3IMOXHOCTTA Aa Ce ornpenendatr AObJIroOCpPoOYHUTE
nofi3m O3Ha4daBaT, Y€ HaliMdyHnTe AOaHHW 3a TreHHUTE Teparimn KbM
MOMEHTa Ha NyCKaHEeTO MM Ha Mna3apa Ouxa poBenu OO M3BECTHA
HECUTYPHOCT NO OTHOLLUEHWNE OLIEHKaTa Ha e(bI/IKaCHOCTTa M.

—  Tbl KaTo reHHUTe Tepanuu ca CpaBHUTENHO HOBW 3a MeauuuMHaTa, uma
Marnko AbMroCPpOYeH OMUT, C KOMTO Aa ce MpeLeHn pucka OT CePUO3HU
nocneacTBusa Mo OTHOLUeHMe Ha 6esonacHocTTa, KouTO MoraT fa
Bb3HWKHAT rOAMHM cred HavanHaTa dasa Ha neveHue. EQHO Bb3MOXHO
ornaceHue e, Ye KoraTo ce JOCTaBAT Ype3 BUPYCHM MeXaHU3Mu, Te MmoraT
Aa O0boaT TYMOPOreHHW M MmoraT Aa gosedaTt no nponudepauust B
TbKaHW, KOUTO He ca Gunu ymuwineHo TtapretvpaHu. Cblilo Taka morat

75



MpeavsBukaTencTea npen reHHuTe Tepanuu | M3soam 1 npenopbku

Aa CTUMynupaT MMYHHUTE peakuMy Ha opraHuama, U3MCcKBaLLM NPUoXeHNeTo
Ha WMyHOTepanus, WNWU Qa p[osedaT [0 HexenaHa Moaudukauns Ha

reHeTU4Hn4A martepuarl.

NpeATa 3a nonsaTta OT reHHUTe Tepanun 1 Kak Ts ce onpeaens € AUCKYCUOHHa
N npencTaBnsaBa Npeav3BMKATENCTBO MO OTHOLLUEHME Ha peumbypcauuaTa.
JonbnHUTENHN MOM3N OT MPUIIOXEHNETO Ha reHHUTe Tepanuu, KoUTo Tpsbsa
Oa ce B3eMaT npeaBua MNpU OLEHABaHe Ha CTOMHOCTTAa WM, OCBEH
CTaHOAPTHOTO OLEHABaHE Ha 3OpaBHUTE MOM3K 3a NauueHTa U HETHUTE MPEKU
pasxoou 3a 34paBHaTa CUCTeMa, BKMYBaT OLiEHKa Ha CEepuo3HOCTTa Ha
3abonABaHeTo, Bb3pacTTa Ha  MauMeHTUTe KbM  MOMEHTa  Ha
AVarHocTuUuMpaHe, TeXecTTa Ha 3abondABaHeTo npe3 Lenusa XMBOT  Ha
NauneHTUTe U HEMNpeKku enemMeHTU, KaTo BpbliaHe KbM paboTHa unu yyebHa
cpefa, yBenuyaBaHe Ha NPOM3BOAUTENHOCTTa U HamarnsBaHe Ha TexecTTa Ha

rpyxmnTe 3a 4jieHoBEeTE Ha CEMENCTBOTO.

NMPENOPBHH

Bb3MOXHWN CTBMNKM KbM npeogonsaBaHe Ha rnpegn3BmnKaTesrictesarta, CBbp3aHu C

HECUTYPHOCTTA OKOJ10 HAaJlTMMHUTE KITMHUYHW OOKa3aTesiICTBa, BKIKO4YBaT:

rapaHTMpaHe, 4Ye NPOV3BOAUTENMUTE LLE M3MOoN3BaT Bb3MOXHO Hal-g400bLp
OV3aliH Ha npoyyBaHUSATa (BKMOYUTENHO adanTUBHM W bBKaBW OU3aiiHM,

KaKTO N KPOCOBBPHU I'Ipoy‘-IBaHI/IFI);

BbBEXOaHe Ha MeEeToAM 3a CTaTUCTUYECKU aHalin3, KOUTO BEPOATHO Lie

yBEeJn4arT rnosieaHarta CTOMHOCT Ha JoKasaTesicTeaTa;

npoBeXaaHe Ha AUCKYCUW Oann CyporaTHUTE KpamHW TOYKM ca LOCTaTbYHWU
Npu B3eMaHe Ha pPeLleHus U Kak CyporaTHUTE KpawHM TOYkM mMoraTt ga 6baar

Han-gobpe BanuaupaHu N OLEHEHN;

noaxopnsil n3bop Ha cpaBHUTENHa anTepHaTuBa U pasbupaHe Ha HacTosALWnUTe
CTaHOapTU Ha rpuXa;

pasrnexnaHe Ha nepvoau 3a npocrneasBaHe Ha NauueHTUTe U cbbupaHe u
aHanu3 Ha fiokasaTencTearta 3a eeKTUBHOCT 1 6e30MacHOCT crnep NyckaHeTo

Ha nasapa (cbbupaHe Ha JaHHM OT pearnHaTta KNuHuYHa npaktuka, RWD wu

RWE).
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[eHHMTE Tepanuu nmaTt OOMbNHUTENHU cheuudukaummn, nopaan Koeto
TpagnunoHHute O3T meTogonormm mmaTt Hyxga oT aganTtauusi, Han-Beye B
cMucbna Ha hapMakoMKOHOMMUYECKaTa oueka. ToBa, KOeTo npaBu reHHUTEe
Tepanum pasfnuyHM, ca HeCUrypHuTe p[aHHM 3a e(geKTUBHOCT B
KOMOMHaUMA C BUCOKUTE nMNpeaBapuTeriHUM pa3xoau, KOeTo Ccb3gaBa
npeaM3BUKaTencTBa BbpPXYy pelleHusTa Ha nnatuyurte. 3Ha4YeHWETO Ha
dapMakoMKOHOMUYECKaTa OLEHKa nNpuM B3EMaHETO Ha pelleHns B
3gpaBeonasBaHETO € LWMUPOKO npu3Hato. Bwbnpekn 4e oTtgenHute
lopucavKkLmMm MoraT Aa npeTernaT pes3yntatute OT OUEHKUTEe Mo pasnnyeH
HaYWH, N3NCKBAHETO Ha BnacTurte 3a BKMNIOYBAHETO Ha
dhapMaKoONKOHOMMYECKMTE OLIEHKM CTaBa BCe MO-3acTbNeHo. Bbnpekn ToBa,
C BbBBEXOAHETO Ha reHHUTE Tepanuu, ce noBAura BbNPOCHT Aanwu
npueTuTe 4OOPU NPaAKTUKK 3a MoaesiupaHe ca noaxoasily 3a oueHKa Ha

Teé3n HOBU Tepanun.

B o4vakBaHe Ha nbpBMA MPOLYKT €X-Vivo XUMEPHU aHTUreHHU
peuentopHn T-kneTtkn (CAR-T), nonyyaBalwim paspelueHue 3a ynotpebda no
ueHTpanHa npoueaypa, NICE wn3gage npegBapuTenHo OLEHKa Ha NpMMepHa
Tepanna ¢ CAR-T. Tasum oueHka 3akniuyu, 4ye cbllecTByBallaTa pamka,
metoan u peweHus Ha NICE 3a MKOHOMMYECKa OLeHKa e Npunoxuma 3a
reHHUTe Tepanuu, HO 3a NO-LUANOCTHA OLEeHKa Ha HecurypHoctta B
ABbIFOCPOYHUTE pa3xoaMm WM Non3n e Heobxoamma apgantauua Ha
cneuncpuyHn enemMeHTU. Te3n enemMeHTn BKIYBaAT CnogensHe Ha pucka
ype3 BbBeXAaHe Ha MHOBATUMBHM CXEeMU 3a nnawaHe, KONM4yecTBeHa
OLEeHKa 3a crnpaBsiHe C HECUrypHocCcTTa, u3bop Ha HOB AUCKOHTOB
npoueHT. B pesyntat Ha nybnukyBaHata oueHka Ha NICE, B
MexayHapogHata nutepaTtypa Bce noBede ce obCbxaa BbBEXAAHETO Ha
noBeye METOAOSIONMYHN EfIEMEHTU 3a MKOHOMWYECKA OLEeHKa Ha FeHHuUTe

Tepanuu.
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1.2.Bb3MOKHH NPOMEHY B METOA0NOTHYHMTE KPUTEPUM 3R 03T

C ovakBaHuMda yBenuyaeal, Ce MNPUTOK Ha FEeHHWM Tepanuu, pPaHHOTO
noeHTuunumpaHe Ha nogxoasiia MeToaonornsa € OT CbLLECTBEHO 3HAYEHME.
3a cnpaBsiHe C HECUrypHoCTTa M TPyOHMS OOCTbN OO0 reHHUTEe Tepanun e
Heobxoaumo npepasrnexgaHe n agantauusa Ha O3T meTogonorumTe.

Mo-gony ca npeacTtaBeHU Bb3MOXHM MPOMEHM B METOAONOMMYHUTE
KPUTEPUMN 38 MKOHOHOMMYECKa OLIEHKa Ha Mor3uTe 1 pesynTatute oT reHHUTe
Tepanuu, KoMTo ca 06CbAeHN B MeXAYHapOAHW NUTepaTypHN NyGrimkauum.

Moaenu Ha 3annauwjaHe

®duUryprA 4. MOOENU HA 3AMNALLAHE

CnopaayMmeHun 3a
cnojenfAHe Ha
pucKa

LleHooGpa3y-
O6wu pasxoan
3a rpuxm BaHe, OCHOBaHO

Ha CTOMHOCT

Mopaenu Ha
3annaujaHe

Hopma Ha AHIOUTETHN
Bb3BpbllaeMocCT nnawaHua

Mpe-
3acpaxoBaTesieH
nasap
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AnTepHaTUBHUTE MOAENV Ha 3annallaHe LenaT crnoaensHe Ha pucka
MeXxay npov3BoAUTEN U NnaTel, KakTo M pasnpeneneHne Ha 3annallaHeTo

BbB BPEMETO.

3annawaHeTo B CUCTEMUTE Ha 34paBeonasBaHe OOWKHOBEHO €
OpraHM3MpaHoO Taka, Ye Ce W3BbpLUBA €OHOBPEMEHHO C OCUrypsiBaHe Ha
nevyeHneTo. 3a feYeHMe Ha XPOHUYHWU 3abonsiBaHUS, ToBa ocurypsiea
npeackasyem MoAen Ha pasxogouTe, KOWTO MO3BONsiBa Ha nnatuuTe aa
nnaHupaTt GlogxeTHOTO pasnpegeneHve. OcBeH TOBa, ako JleYEHUETO ce
cyMTa 3a HeepeKkTMBHO, TO MOXe Aa O6bae NpeycTaHoBeHO, a 3annalwaHeTo
npekpaTteHo. B cny4yasi Ha reHHMTe Tepanuu, 3annalaHeTO CblUO ce
U3BbLPLIBA MO BpeMe Ha re4YeHneTo, HO ePeKTUBHOCTTa OT TepanuaTta
ce oueHsiBa 3a 6baew nepuop. YCTaHOBEHO €, Ye Te3Un Taka HapeyeHu
aBaHCOBMW MrialllaHns ca 3Ha4YMTerNHM 3a NPOAYKTUTE, KOUTO ce npeanaraTt Ha
nasapa B MOMEHTA, [O0KaTO ePEKTUBHOCTTA OT TepanusiTa € HecurypHa u
4ecTo He e MOTBbpAeHa KMMHWYHO. CbLo Taka, ako reHHaTa Tepanus ce
OKa)ke Mo-Marnko eekTMBHa OT 3asiBEHOTO, leYeHMeTo He Moxe aa bbae
NPeycTaHOBEHO, HUTO pasxoauTe Bb3CTAHOBEHW. 3a CrpaBsiHETO C Te3u
PUCKOBE, YECTO Ce CroMeHaBa BHeOPsIBAHETO Ha anTepHaTMBHM MOAENV Ha
3annallaHe B KOHTEKCTA Ha reHHUTe Tepanuu W [OCTbNHOCTTA. TakuBa
anTepHaTMBHM Mogenu MoraT ga ObgaT 3annawadHe, 6GasupaHo Ha
[IOTOBOPEHUN pe3ynTaTi, aHUTETHU BHOCKW, Mpe-3acTpaxoBaHe, KpeauTeH
mMoaer, ueHoobpasyBaHe C HOpMa Ha Bb3BPbHAEMOCT, Cb3aaBaHe Ha

cnopasymeHund 3a cnogeridHe Ha pa3xoguTte, 4ap.

OCHOBHM apryMeHTU B Mon3a Ha Te3u anTepHaTUBHW MoJenu ca
cnogensiHe Ha pucka Mexay nnaTeua WM NpousBOAUTENS, KaKTo MU
pasnpefeneHne Ha pasxoauTe, KOeTo OCUrypsiBa Ha NnaTuuTe pascpoyeHm

nnawaHus 3a NpoAbIMKUTENEH Nnepuoa.

CnopasymeHuaTa 3a cnogensHe Ha pucka ca pasrnegaHu no-nogpobHo
B pasgen 10. Bb3HukBawmTe uHaHCOBM Mogenu 3a AOCTbN O FEeHHU

Tepanuu ca pasrneaaHu no-noapo6Ho B pasgen 11.
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PUryrpA 5. ANTEPAHTUBHU MOJENU 3A CMPABAHE C HECUTYPHOCTTA U
AOOCTBLMNHOCTTA HA TEHHUTE TEPAMNUU

¢ CnopasymeHun 3a
cnogensAHe Ha
pasxoauTte

e CnopasymeHuna 3a
cnogensHe Ha pucka

AnTepHaTMBHU MOgenu Ha
peumbGypcupaHe

3a cnpaeAHeE C

HEeCUrypHOCTT
ecuryproctra ¢ [1nawiaHe, OCHOBaAHO
Ha CTOMHOCTTA
¢ ABaHCOBO nJallaHe
AntepHaTuBHu ¢puHaHcoBMN (3a nnaTtuw)
R e O6nurauuu (3a
3a cnpassAHe ¢ NHCTUTYLIUK)
AOCTBMNHOCTTA * [loTpebutenckn 3aemu
3a nevyeHue (3a
nauueHTun)

(Mpe) pecpuHUpaHe Ha NnepcnekTUBUTE

TemaTta 3a npegeuHMpaHeTO Ha NepcnekTuBUTE NpeacTaBs NonauTe,
KOUMTO Ce nocTturaT B INYEH, CoUManeH 1 MKOHOMMUYECKM NMaH B pe3ynTaT Ha
FEHHUTE Tepanuu C MNO-TONAMO Bb3OEUCTBME BbPXY 0OLLECTBOTO.
CbobpaxeHusi, Kkouto morat ga O6baaT oTpaseHn BKMAYBAT MNO-LLUMPOKM
pa3xo4Hu €NeMeEHTUN KaTo COLMantu rpuxn; edektn BbpXy CEMEWUCTBOTO U
bonHornegauuTe; pasxoaute 3a obpasoBaHuve (3gpaBeH  pPaboTHUK);
MKOHOMMYECKA MPON3BOAMTENHOCT; BKMNHOYBaAHE Ha MHpaAcTpykTypa WU
KanuTanoBu pas3xoan 3a agMUHUCTPUPaHE Ha reHHW Tepanuu, 3a ga ce
0OTpasun, Ye He BCUMYKN NauueHT umaT OOCTbM A0 cneumanuavpann neyvedHm

LUEeHTpOBeE.
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PUryprAa 6. (NMPE)BE®UHUPAHE HA NMEPCNEKTUBUTE

Mo-wwnpoku nuyHKn,

couunanti n Bb3peiicTBue FOIEELL i BxnioyBaHe Ha
WKOHOMWYECKM > WHGpacTpyKTYpa n WkoHomMuYecka
BbpXy ceMerHuTe

asxogu 3a
nonsun ocBeH KanutanoBu P A NPOU3BOAUTENTHOCT
6onHornepgaun obpasoBaHue
pasxoguTe 3a pasxoau
nevyeHune

MNMosiBaTa Ha HEcUrypHocT B MKOHOMMWYEcKaTa OLeHka e npueTa B
onpederneHa pasymMHa cTerneH. [lopagu HOBOCTTa Ha MoKasaHuWATa U
TEXHOMOIMMTE, 8 CblLO M Ha KOMOMHaLUMATA Ha (BUCOKO) aBaHCOBO MrallaHe
3a HECUrypHa B ABLINTOCPOYEH MIaH KNMHUYHO NOTBbpAeHa eddEKTUBHOCT, B
KOHTEKCTa Ha FeHHUTEe Tepanun HEeCUTypHOCTTa € B MOo-3HadyuTernHa CTerneH.
3a KonMYecTBEHO ornpedenisiHe U OxapakTepusanpaHe Ha HeCUrypHocTTa,
BKMIOYBAHETO Ha aHaNM3u Ha YyBCTBUTESIHOCTTA € OT >XMU3HEHOBaXHO
3Ha4YeHue 1 e NpeaBuaeHo OT Hal-0obpuTe npakTuku. C Len reHepupaHe Ha
noseye MHOPMALMS 3a MbpBOHAYanHaTa MHBECTMLUMSA 3a NauuMeHT U Ha
MonynawuMoHHO HMBO, MoraT Aa 6baaT BKMYEHU CTENEH HA Bb3BPbLLAEMOCT
Ha WHBECTUUMATA, HeTeH 3apaBeH edqeKT, KakTo W cleHapuu 3a
MHOPMUPaHEe Ha B3emalluTe pelleHust 3a Bb3MOXHUTE TMPOMEHU B

KOHKPETHU NMapamMeTpun Ha Mmoaesia, HaripnMep UeHUTe Ha NeKapcrBaTta.

durypA 7. CNPABAHE C HECUTYPHOCTTA B O3T YPE3 BbBEXIOAHE HA:

Mo- Honbneawm HeTHn edektnn
YCbBbPLUIEHCTBaHN HepaHAOMU3NPaHU BbpXY 3fpaBeTo
meToaun AaHHU KaTo pesynrar
N O/ L 4 N .
PyTuHHO (BepoATHOCTHN)
usnonsBaHe Ha aHanusu Ha

o4yaKBaHaTa YYBCTBUTEJIHOCTTa

CTOWHOCT Ha

nHdopmaLuAa
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EkcTpanonauusa Ha AaHHU

YecTo n3bpaHmnaT BpeMeBn XOPU3OHT HaaBULIAaBa BpemMeBaTa paMka Ha
HanMyHuTe pJaHHW, ocobeHo koraTto ce npunara AOOXMBOTEH BpPEMEBU
XOPU30HT. [JaHHM C no-KpaTKO npocreasiBaHe OT OUEHEHUSsI BpeMeBU
XOPM30HT MK3MUCKBaT ekcTpanonaums. [lopagn HOBUTE MOKasaHUs WU
HECUrypHOCTTa OT eeKTuTe OT fe4YEeHNETO B KOHTEeKCTa Ha reHHUTe
Tepanuu, He e SICHO Aanun ekcTpanonayunite, npuniaraHn 3a KOHBEHLMOHANHN
Tepanuu, ca noaxoasuim 3a Te3nm NpoayKTn 1 gann npuroXXeHnTe CyporaTtHu
KpanHM TOYKM ca NpeanKTopu 3a (ObJSIrOCPOYHO) ouensBaHe. MexayHapogHu
nuTepaTypHU U3TOYHUUM npeanaraT CTPYKTYPHO UMMMIIEMEHTUPAHE Ha
pasnuyHn BPEMEBM XOPU3OHTU U BKIKOYBAHE Ha MpekpaTtdBaHe Ha
nevyeHneTo, nopaan Heycnex B NPOM3BOACTBOTO UMM BfiOLlaBaHe 34paBeTo
Ha nauueHTa. lNNogxogdawo € U M3Non3BaHEeTO Ha CMECEHM MOoAenn Ha
feyeHne, TbW KaTo MO3BONSABa oOuensiBaHeTo Aa Obae M3MepeHo 3a

N3NeKyBaH N HEN3NeKyBaH nayneHTn.

PUrypPA 8. EKCTPANONALUA HA OAHHU YPE3 BKIIIOYBAHE HA:

MoTeHunan Ha
u AHanusn,

nawueHTUTe Aa anOn2E AN CmeceH mogen Ha
NpeKpaTAT Jie4YeHNeTo m neveHue,
pasnu4HN BpemeBU
Nno HAKaKBa NpPUYMHa, Nno3BoJIABaLLO

XOPWU30OHTU, CEbpP3aHn
C pa3nn4HN HUBa Ha
CUTYPHOCT OTHOCHO

queKTa OT Nle4YyeHneToO

BKMIOYNTENHO
Heycnex Ha
NPOoN3BOACTBEHNA
npouec

BKnoo4BaHe Ha
N3neKyBaHn n
HeNleKyBaHU nNauveHTn

OVCcKoHTUpaHe

BB CbapMaKOVIKOHOMI/I‘-IeCKaTa OLEeHKa BpemMeTo Ha Bb3HUKBAHE Ha
pasxogute n eekTuTe OT JNIEYEHMETO € OT 3Ha4YeHue, 3au0To ObaewmTe
pa3xoon wu e(*)eKTI/I Ce oueHsiBaT C Hamansieawa CTOMHOCT C BPEMETO.
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Nopagn TOBa CTOMHOCTTA Ha pasxoauTe u edeKTuTe ce kKopurmpart c
rogullHa CTaBka 3a BPEMETO, B KOETO Te Bb3HUKBAT. Tasm Kopekuusl e
N3BECTHA KaTo OUCKOHTUpaHe. B cnyyaa Ha reHHuTe Tepanun, 3ansnallaHeTo
4YeCTO Ce U3BbPLUBA NpeaBapuUTESIHO, AO0KaTO NOM3uTe OT NeYyeHneTo TpasT
HSAKOJSIKO roanHn. HecboTBeTCTBMETO MeXAY BpeMeTO Ha Bb3HUKBaHe Ha
pa3xoaute U ecdeKkrta € MHOro no-rosIiMo, OTKOJIKOTO Mpu noBe4vYeTo

KOHBE€HUMNOHAaJTIHN U XPOHUYHU NeYeHUA.

DduUrypA 9. AUCKOHTUPAHE

AHann3bLT Ha
YYBCTBUTENIHOCTTA PYTUHHO
Aa BKNI0YBa U3NoN3BaHe Ha
AVUCKOHTUpaHe oT 0% fo 5%

W3snon3BaHe Ha

WN3nons3BaHe Ha
NPOMEeHNNBO
AVNCKOHTUpaHe, Npun
KoeTo % ce NpPOMeHA ¢
TevyeHUe Ha BpeMeTo

AundepeHunanHo
AVCKOHTUpaHe, Npu
KOeTo 3paBHUTE
non3u ce AUCKOHTUpaT
¢ No-HucHK % ort

pa3xoanTte

HoBute BBH3MOXHOCTW, KOUTO MHOBATUBHWUTE Tepanuu nNpeaocTtaBAT B
3apaBeonasBaHeTo, NO3BOSISIBAT U BbBEXAaHe Ha HOBW €fIEMEHTU, OCHOBAHMU
Ha ,nonsata“. [lpumepu 3a TakmMBa enNneMeHTM BKJIlOYBAT coumariHa nonsa
N3BbH 34paBHUTE MON3K, B3eMaHe NpeaBug NpeanoynTaHmdaTa Ha naumeHTa
3a nevyeHne, CTOMHOCT Ha OTAENHUTE onuun 3a neyvyeHue, ap. Hakom ot tesu

enemMeHTM ca TPYOHWU 3a KONMMYECTBEHO OXapaKTepusupaHe, HO ApYru, kaTo
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CTPYKTYPHO W3MNON3BaHE Ha MOAENWpPaHe Ha peLleHUsi MO MHOXECTBO
KpUTEPUM W BKIIOYBAHE Ha TEeXecTTa Ha 3abonsBaHeTo MoraT pJa ce
oxapakTepuampaT KONMYECTBEHO MOCPEACTBOM CbLUECTBYBaLLM METOAMW.
Kato nmame npenBua, 4Ye MOBEYETO FEHHW Tepanuu agpecupaT 3Ha4YMMmu
HernocpeliHaTn MeAMUMHCKA HYXOW, Te3n AOMbIHUTENHW enemMeHTu Guxa

MOINM 4a nmMaTt 3Ha4YMTESTHO Bb34ENCTBHE.

PuUryprA 10. PA3SLWUNPABAHE HA OE®UHULIMATA MNON3A

TexecT Ha
3abonAaBaHeTo

[MpunaraHe Ha

HamanAaBaHe
aHanus3 c

Ha
MHOXECTBO
HEecUrypHocTTa s

PaswmupaBaHe Ha
AeduvHnymATa
~nonsa”

CouunanHu

CTouHOCT Ha Nnon3u U3BbH

HagexjaTta | 3paBHUTE
\ nonawu

Peanna
CTOMHOCT Ha
ApYyro
Bb3MOXHO
nevyeHue
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FeHepupaHeTO Ha gokasaTernicTBaTa 3a HOBU WHAMKALUW U 33 peaku
3abonsBaHMsA NpeacTaBnsBa Npean3BMKaTeNCTBO NOpaau Mankute pasmepu
Ha npeAcTaBuMTenHaTa M3Bagka, HeOOCTaTbYyHUTE  UCTOPUYECKU AaHHMU,
HENbfHWTE AaHHM 3a 3a0oNnsBaHUSATa, KakTO U OrpaHMYEeHM BPb3KM Mexay
cyporaTHuTe M TBbpAUTE KparHW Toudku. HacTosiwata aokasaTencreeHarta
6a3a, nogkpensia pelleHnsiTa OKONo reHHUTe Tepanuu, ce CbCTou
NPeAMMHO OT KpPaTKOCPOYHM MPOYYBaHUSI CbC CYpPOraTHU KpawmHU TOYKW.
N3non3egaHeTo Ha Te3n AaHHM MoXe Aa Obae onpaBAaHO npu cnegHuTe
YyCNoBWs: Npu eAHOpPOAHAa nonynauus, 3aMbrnsBawmTe daktopu ca gobpe
M3BECTHW, YMNpaBreHMeTo Ha nauuMeHTa e CcTaHOapTU3MpaHO, OCHOBHAaTa
KpaHa Touyka e obekTMBHa M cTabunHa, pasMepbT Ha edekTa OT HoBaTa

Tepanusi e CbLLEeCTBEH CNpsiMO UCTopUYecKkaTa KoxopTa.

BbB Bpb3ka C Hygata OT agantauusi Ha MEeTOAONOMMYHUTE KPUTEPUU
3a OueHKa Ha 3OpaBHMTE TEXHOMOMMM Ha BCE  MO-MHOBATMBHUTE
CKbMOCTPYBALLWN TEXHOMNOMMU, KAKBUTO Ca FEHHUTE Tepanun, ¢ Len crnpaBsHe
C HEeCUrypHocTTa M OCUrypsiBaHe Ha YCKOpeH AO0CTbM A0 MauneHTuTe,
asToputetHata areHuuss  NICE obasn  nybnuyHo, 4Ye  3ano4sa
npepasrnexagaHe Ha cBosTa MeTo4O0JSIorus. C noeeye ot 20 roguwHa
aenHocT, Bcsaka ctbnka Ha NICE ce cneam otbnmso ot areHuun 3a HTA n
nnaTum no uenusa ceat. Yecto obave metoamte Ha NICE ca kputukyBaHu,
nopagu TOBa, Y€ Ca CYMTaHM 3a OCTapenn B HAKOW OTHOLWEHUs. ETo 3auo
npe3 tonn 2019 r. CeBeTbT Ha NICE o06sBABa cBouTe nnaHoBe 3a
npoBexaaHe Ha WMPOKOOOXBaTeH npernea Ha MeToAuUTe Ha UMHCTUTYTA.
Coup AHgpto [OunbH, rmaBeH M3NbIHUTENEH AUPEKTOP MO ToBa BpeMe,
3asgBsBa, ve , N/CE npasu moau npeaned no epeme Ha besnpeuedeHmHa
rnpomsiHa 8 30pasHama cucmema - pa3eumuemo Ha repcoHanu3aupaHama
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MeduyuHa, uyugposulayuss Ha 30pasemo U U3rofi3eaHe Ha KrnembyHa U
2eHHa meparnusi, Koemo o3Ha4aea, Ye oueHkama Ha rnpodykmume cmasa

8ce o-20/15IMo rpedussukamersicmso.”

B KoHTekcTa Ha BCu4ko 06CHOEHO OO MOMEHTA, HAMa Kak ga He 6bae
cnomeHato, 4e B Hadanoto Ha HoewmBpu 2020 r. NICE nybnukyBa
KOHCTaTauuuTe OT TO3M nperneq n ctapTupa nbpBOHaYasnHa wectcegmMmmyHa
obwecTBeHa KOHCyNnTaumsa OTHOCHO pe3yntatute OoT Hero. [JoknagbT
BKNOYBa nNpeafioxXeHusa 3a HAKou 3Hadyumum pecdopmu. OcobeHo
BHMMaHWe 3acnyxaBaT NpenopbkuTe Aa ce BbBeae HOB MoaudukaTop Ha
TeXecTTa Ha 3abonsaBaHeTo, Aa ce npuemMe Nno-BMCOKO HMBO Ha HECUTYPHOCT
N PUCK 3a HSKOW fnekapcTBa, Aa Ceé HamanuM CTaHOJapTHUAT MPOUEHT Ha
ANCKOHTUpPaHe, [Oa ce BKN4YaT nauueHTuTe B uM3bopa Ha KpanHu
nokasaTtenu, ga ce Aage Bb3MOXHOCT Ha KoMucumnTe 3a noseyve cesobona Ha
AENCTBME NpU NMpenopbKMUTe MM Mo noarpynu M ga ce npuemart Mno-Lmpok

CMEeKTbp OT AOKa3aTesicTBa 3a HOBOBb3HUKBALWLUTE TEXHOJTOTUN.

MmnnemeHTMpaHeTo Ha obcbaeHnte Bb3MoxHUM npomeHn Ha NICE
obaye BCce owe e pganedy. TenbpBa MPeAcTOAT [ABe LIEeCTCEaMUYHM
oOLLecTBeHM KOHCynTauuu - nbpeBaTa (Npe3 HoemBpu U aekemepu 2020 r.)
OTHOCHO MPOMEHUTE B MeToauTe, a BTopaTa (npe3 despyapu n mapt 2021
r.) OTHOCHO npomeHuTe B npouecute. Crnen kato ObaaT npernegaHu
KOMEHTapuTe 1 npeanoxeHusaTa oT obLeCTBEHUTE KOHCYNTaLuMu, Npes oHK
ntonm 2021 r. We ce nposeae KOHCYNTaumsa CbC 3auHTEPECOBAHUTE CTPaHU
MO NpoeKTa Ha PbKOBOACTBOTO Ha nporpamara, ¢ uen nybnukyBaHe npes
centemepn 2021 r. OyakBa ce HOBUTE npouecu M meToanm aa Obaat

npunoxeHun easa npes okromspu 2021 r.
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HapacTtBawmaTr 6pon reHHn Tepanuu, BUCOKUTE LEHU W
HECUTYPHMUTE NON3M Ha Te3n nNPOAYyKTM npeau3BuKeaT
0e3noKoMCTBO M 3aTpyaHeHa OOCTbMNHOCT. MKoHoMU4YeckaTa
OLUEHKa Ha reHHUTE Tepanunm He € KOPEHHO pasfnuyHa oT
oueHkata Ha kKoHBeHumoHanHute JII1, HO ce Hyxgae oT
apantauma. [lpenopbunTenHo €  U3BbPLUBAHETO  Ha
AOMbIHUTENHU N3CneaBaHns, 3a Aa Cce yCTaHOBM KOW Noaxon v
KOW MKOHOMWYECKN MOLENM Ca HaM-NoAXOAdLN 3a OLEHKa Ha
reHHuTe Tepanun. KoraTo ce KOMOMHMpAT HSAKOM  OT
enemeHTUTEe, CNOMeHaTn no-rope, Toea 61 morno ga goseae Ao
paspaboTBaHe crneunduyeH mMoaen 3a OueHKa Ha FeHHUTe
Tepanun. PaspaboTBaHeTo M npunaraHeTo Ha MeTOAOSIOrNYHU
NPENopbKN 3a MKOHOMUYECKA OLeHKa TpsibBa ga ce M3BbpLUBA B
CbTPYAHUYECTBO C NnaTuM U OpraHn, YNUTO peLleHns 3aBUCAT

OT TE3N OLUEHKN.

EoHo obaye e 4dcHO - npepasrnexagaHeto Ha
MeTOoLONornATa 3a OoueHKa Ha 34paBHUTE TEXHOSIOMMKU Ha edHa
OT Han-aBTOPUTETHUTE MHCTUTYUMM B obnactta — NICE n
NPU3HAHWETO 1 3a HyX4a oT pedopMn B METOAUTE 3a OLEHKa U
ajantauusata MM KbM TMpPOMEHUTE B 3[4paBHaTa CUCTEMA,
aobnwxkaesa NauyneHTUTe Bce MnoBedve OO MNo-fieceH AO0CTbM A0

nHosaTmBHU J1, KaKBUTO ca N reHHUTE Tepanuu.
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durypa 11. MPErNEQ HA NoasPAHU cKkopolwHu |ICER

CnecTaABaHe Ha
pasxoau:

Emicizumab 3a
xemodbunua A

A 4

$20 xun./
QALY

$50 xun./ QALY:

CAR-T Tepanuna
3a B-kn.
KapuvHOM

4

A 4

$150 xun./QALY:

onasemnogene 3a

CMA

$500 xun./QALY:

MOJyNlaTOpHU
Tepanuu 3a
KUCTUYHA
bunbposa

@

>$500 xun./QALY:
voretigene
neparvovec 3a
HacneacTBeHO
3abonnABaHe Ha
peTuHaTa

OT npeactaBeHaTa durypa C noadbpaHM CKOPOLUHW WMHKPEMEHTanHu

CbOTHOLUEHNS Ha OOMbIIHUTENHUTE pa3xoan u 3gpasHu nonsu (ICER) scHo

ce BuXaa, 4e counariHntTe n eTu4Hn acCnekTn ca BoAdeLlun rnpun oueHkaTta Ha

reHHn Tepanun. ToBa OTHOBO NnoTBbpXXAaBa CuiHaTa HeobxoaMmMoCT OT

aganTaums Ha MeToAonorMyHUTEe Kputepum 3a nposexaaHe Ha O3T, c uen

oTpassiBaHe Ha LeUCTBUTENTHUTE NON3n OT ynoTpebaTa Ha reHHW Tepanuu.
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C nameHeHus B 3akoHa 3a 3gpaBseto n 330 1 npuemaHe Ha Hapenba
Ne 2, cuyutanHo ot 01 anpun 2019 r. pgenHocTuTe no ogobpsiBaHe Ha
3annaiwjaHe Ha MeauUMHCKM W Opyrn ycrnyrm Ha Obnrapckm rpaxgaHu
n3BbH obxBaTa Ha 3a4b/PKMTENHOTO 34paBHO OCUrypsiBaHe MpemMuHa oT

MwuHucTepcTBO Ha 3gpaBeonasBaHeTo kbM H3OK.

O6xBaTbT Ha  MeguUMHCKATE  ycnyrm 3a  (buHaHCOBO M
OopraHuM3auMoHHO noanomMaraHe Ha 6bnrapcku rpaxgaHm go 18-roguwiHa

Bb3pacCT, BKIHOYBa:

1. AWarHoCTUYHU N nevebHU npoueaypu, KOUTo He moraT ga 6baat
M3BBLPLUEHN CBOEBPEMEHHO WM 3a KOMTO HsMa YCnoBus 3a

n3BbpLUBaHeTO UM B Penybnuka Bwnrapus;

2. neyvyeHue Ha peaku 3abonsiBaHUsA, B TOBa YMCHO C AMETUYHU XPaHU
3a cneumanHu MeauUMHCKU Lenu, KoeTo He ce 3annallia Ha OTAesHO
OCHOBaHMEe OT [AbpXaBHUSA OHIKET U e WU3BbH obxBaTa Ha

3aAbJDKUTENTHOTO 34paBHO OCUTYPABAHE;

3. HepaspeweHun 3a ynotpeba B Penyonuka Bwunrapua J1M v JIM ot

cnucbka no 4n. 266a, an. 2 ot 3JMXM (Bkn. JIM, kKonTo maT BanMaHo

paspelwieHne 3a _ynotpeba 3a bbnrapusi, HO HaAMAaT perncrpuvpaHa

LeHa W He ce pas3npocTpaHsaBaT Ha Obarapckua nasap unv ca B

NPOLIEC HA OLIeHKA), KOraTo JIie4YeHMEeTO Ha CbOTBETHOTO 3abonsaBaHe

HEe ce 3annaula Ha OTAEeNHO OCHOBaHwe c nybnuyHu ¢ nybnuyHm

cpeacTesa UM cbC cpedctBa oT Owoketa Ha H3OK un e 0Ges

antepHatuBa B Penybnuka bbnrapus;
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4. MeOVUMHCKM u3genusa, KoUTo He moraT ga 6baat ocurypeHu B
Peny6nuka Bvnrapma nnu konto He ce omHaHcmpat ot H3OK B pamkute
Ha nevyeHve B CTpaHata MO KAVHWYHM NbTEKU, C WU3KINIOYEHWEe Ha
MEeOUUMHCKN  n3genus, MNOMOLWHW  CPeAcTBa, CbOPbXEHUs w
npucnocobneHns, ocurypsiBaHn no pega Ha 3akoHa 3a xopaTa C
yBpexaaHus;

5. Bucokocneunanninpadn mMegunumnHCKM anapatm W ypeanm 3a
nHaonBuayasriHa yn0Tpe6a OT naumeHta B CllydauTe, KOorato TAxXHaTa
JiMnca € npuinHa 3a HEBB3IMOXHOCTTa [Ada Ceé WM3BbpLUBa aAdeKkBaTHO

rnevyeHune Ha naumneHTa B Penybnuka bbnrapus;

6. TpaHcnnaHTauusi Ha OpraHM M XeMOMOETUYHN CTBOSOBU KNETKU Mpu
ManurHeHn XemaToriorMyHu 3abonsiBaHWsi, KaKTO W MPU HSKOM TEXKO
npoTnyawm  GeHurHeHn  3abonsiBaHMS U NpU YTBbPOEHWU

HexemaTonorM4yHn 3abonsBaHus.

MmeHHO, nocoveHaTa no-rope T. 3 gage Bb3aMOXHOCT npe3 2019 r. ga ce
peanusnpa NbpBOTO 3annallaHe Ha reHHa Tepanusa B bbnrapus ¢ nyonunyHm
cpeactea npean aa 6bae m3BbplueHa oduumanHo HerHaTa oueHka. Taka

Gelle ocurypeH goctbn Ao neveHne Ha geua c J1IM Spinraza (nusinersen).

MexayBpemeHHo, npe3 2019 r. 6bewe 3aBbplieHa oueHkata Ha [,
cbwmaT 6ewwe BkntoyeH B MJIC 1 KbM HacToAWMAT MOMEHT (OT aHyapu 2020
r.) ce u3sbpliBa penmbypcaums Ha NpoaykTa Npwu KpUTEPUU, NMOCOYEHU B

cneaBallarta Todka.

8.2. NPOLEC HA NPETOBOPH C NMNATUMTE.

8.2.1. ObLLI NONOKEHUA NPH NOTOBAPAHETO C H30K

YcnosusaTa n pega 3a 3annawaHe Ha J1IN ot H30K ce perynupa oCHOBHO
ot 330 n Hapenba Ne 10.

C nameHeHusTa Ha 330 npes 2015 rogmMHa ce BbBede M3NUCKBAHETO 3a
3a0bIDKUTENHO UEeHTpanuanpaHo AoroBapsHe Ha oTtcTtbnkm 3a JIM 3a
AOMaLLUHO neyeHve (eAnHCTBEHO MeXayHapOoaHO HenaTeHTHO
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HanmeHoBaHwue), J1I 3a 3gpaBHK genHocTn no yn. 82, an. 2, 1. 3 ot 330 1 3a
I, 3annawaHn B GoNMHMYHaATa MeauLMHCKa MOMOLL M3BbH CTOMHOCTTA Ha
OKa3BaHUTE MEAMLMHCKM YCIyri, 3a KOUTO CTOWMHOCTTa, 3annailiaHa oT
orogpxketa Ha H3O0K, ce nsuncnaea ypes rpynupaHe, B koeto He yyactsar JII1
Ha Opyrn npuTexatenu Ha paspelleHune 3a ynoTtpeba, kakto u 3a JIl ¢ HoBO
MEXOYHaApo4HO HenaTeHTHO HauMeHOBaHWe, 3a KOMTO € nodadeHo

3agaBneHue 3a sknodsaHe B [J1C.

C nocnegBawmnte npomeHn Ha 330 npe3 2018 r. ce BbBeae WU
M3NCKBAHETO 3a TMPUMNOXEHWE Ha MexaHM3bM 3a npeaBuanMocT W
yctonumBocT Ha 6Gromxeta Ha H3OK, uninto obxeaTt Bnocneacteve 6Ge

paswupeH (4pe3 Hapenba 10) n nokpuea:

= Bceumdkm JIM, Bkmoyenn B TUJIC no un. 262, an. 6, 1. 1 3JIMNXM,

3annalaHu HanbnHO unu YactmndHo ot H3O0K;

— Bcudku JIM, Bknoyenn B MJIC no un. 262, an. 6, 1. 2 3J/MMXM un
3annawaHn ot H3OK B 6onHuM4yHaTa MeguumHcKa MNOMOLL, W3BbH

CTOMHOCTTa Ha OKa3BaHUTe MeOULMHCKN yCnyru.

Pe3yntatbT OT cnomeHaTuTe no-rope NpoMeHu AoBeae A0 Cb3aaBaHeTo
Ha cneumanHn Hopmnm B Hapegba 10 3a npoBexgaHe Ha eXerogHo
LeHTpanuMamMpaHo OOoroBapsiHe Mexay npuTexaTenute Ha paspelleHue 3a
ynoTtpeba (MPY) Ha JT n H3O0K, ocurypsiBaHe Ha MEXaHM3bM 3a CKITl0YBaHe
Ha poroBopu ¢ H3OK 3a Hosu JIIT (JIN ¢ mexgyHapogHO HenaTeHTHO
HaUMEHOBAHME, KOUTO OO TO3M MOMEHT He ca 6unu BkntoyeHu B MNMJ1C) kaTo
ycrnoBue 3a TAXHOTO BkntouBaHe B [1J1C, npoBexgaHe Ha goroBapsiHe 3a
A0BPOBOMNHN OTCTBLMNKN U/UNN Bb3CTAaHOBSIBAHE Ha Pas3Xxoau U NPUIOXKEHNETO

Ha MexaHu3bM 3a NPeaBUANMOCT U YCTOMYMBOCT Ha BromxkeTta Ha H3OK.

M3BbH obxBaTta Ha 3a4biPKUTENHOTO LEHTpanuamMpaHo [OOoroBapsiHe
octaat reHepuyHute JIIN n npogyktute no yn. 29 3JIMXM. Teau JIIM obave
He ca M3KNYeHn oT obxBaTa Ha MeXaHM3bM 3a rapaHTMpaHe YyCTOMYMBOCT U

npeaBuanMocT Ha BogpxkeTta Ha H3OK.

Mpean nsgaBaHeTo Ha pelleHne 3a BkntouBaHe B INJ1C, MNPY cnensa ga
Aorosopu 3agbikutenHa otctbnka ¢ H3O0K, kosATO ycnoBHO MoOXeM Aa
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HapedeM ,,BxogHa Takca Ha H3OK 3a Hoswu JIM/vHgukaumm kbm MJICH (un. 21,
an. 2 ot Hapegba Ne 10). Otctbnkata ce goroBaps CbobpasHO NPOrHO3HUS
oogker Ha H3OK 3a cvoTtBeTHMA [oroBopeH nepuod. PasmepbT Ha
OTCTbMNKaTa ce goroBapsi B cboTBeTCTBME C gokrnaga 3a O3T, u3rotBeH u
yTBbpAeH no pega Ha HapepbarTa.

[oroBapsiHeTo Ha oTcTbnkata (,,BxogHa Takca Ha H3OK 3a Hosu JII/
nagukaummn  kbm  J1C*) He ce cuuta 3a npoBedeHO 3aLbIiHKUTENHO
AOoroBapsiHe Ha OTCTbLMKM KaTO YCroBMe 3a 3anmallaHeTo Ha CbOTBETHMSA
npoaykt/mugmkaumnsa ot H30OK. O6UKHOBEHO AOrOBOPEHUAT NPOLEHT OTCTBbNKA
3a BknouBaHe B [1JIC ce kymynupa cbC 3agbibKMTENHaTa OTCTbMNKa OT
exerogHoTo goroBapsiHe no un. 21, an. 1 ot Hapeg6a Ne 10. CpokbT 3a
3aBbpLUBAHE Ha OOroBapsAHETO Ha Ta3u OTCTbIMKa M NOANUCBaAHE Ha AOroBOp
mexgy H30K u IMPY n3tnya npean nagasaHeTto Ha pewweHne ot HCLUPIIM 3a

BKItouBaHe Ha npogykra B [1J1C.

BaxeH MOMEHT e, 4Ye npoOUeHTbT Ha J[AoroBopeHaTa
OTCTbMNKaTa ce 3ana3Ba criefl yTBbpXxaaBaHe Ha ueHa Ha JIM,
KakKTo M npu HeWHa nNpomMsHa, B pe3yntaT Ha BbHLIUHO

pedepupaHe, Hanpumep.

8.2.2.NPHPOAA HA PEHMBYPCHUTE Z10TrOBOPH

C orneg nbnHoTata Ha npeacTaBeHUTE MNO-40fy KOMEHTapu U
pasbupaHe 3Ha4YeHMETO Ha BbBELEHOTO €eXEerogHo LUeHTpanuMsnpaHo
3a0bIKUTENHO [OroBapsiHe crnefBa ga ce uMa npeasui, Ye OoroBopute
mexgy H3OK wu TPY ca wu3pmyHo onpegeneHn ot 330 kaTo

agMUHUCTPaATUBHU JOrOBOPMN.

ALI,MI/IHI/ICTpaTI/IBHI/ITe AOoroBopun ce CKro4BaT B MpPoOn3BOACTBOTO MNpen
AOMUHUCTPATUBHUTE OpPraHM no BBIPOCKU OT 3HAYUM obuiecTBeH MHTEpeEC,
KaKbBTO € BblPOCHT C OCUTypsABaHE Ha AOCTbIM OO0 JieKapCTBEHO Jie4YeHne un

M3NbJlIHEHME HA NOJINTUKNTE NO AOOoCTbn OO0 MeaUMUMHCKa TMOMOLW, W’
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nekapcTBocHabgsisaHe.

EnHa oT ocobeHnTe XxapaKTepUCTUKM Ha afMUHUCTPATUBHUTE OOrOBOPU
€ yyacTUeTo Ha CcTpaHa, KOSTO WMa BracTHMYECKM MNPaBOMOLLUS, T.e.
npeacTaBnsiBa aaqMUHUCTPATUBEH OpraH U MOXe eAHOCTPaHHO M B No-ronsma
cTeneH ga Hanara knaysu no pgoroopa. OBGWKHOBEHO cTpaHaTa, KOSiTO
npuTexaesa BNacTHUYECKUTE MPaBOMOLUUS CbCTaBs U npeanara obpasel Ha

OJOroBopuUTE, a T€é OT CBOA CTpaHa HE noanexat Ha CbLLeCTBEHN UBMEHEHUA.

8.2.3.NOCNEACTBHA 3A NPY NPH HENOANWCBAHKE HA OTOBOP C H30K

HenognuceaHeTto Ha poroBop ¢ H3OK ot ctpaHa Ha [PY, koeTo e
3a4bJKEHO nuue No cMucbna Ha yn. 45, an. 10, an. 13 n an. 21 ot 330, ce
cunTa 3a HenpaBOMepPHO noBeaeHue Ha [PY 1 moxe ga nopoam OTrOBOPHOCT

3a HEN3NbJIHEHNE Ha HOPpMaTUBHU npeanmncaHunA.

Hopmute Ha un. 96, un. 10g4 v y4n.10n ot Hapepba 10 npegswxaoaTt

n3puyHo, 4Ye H30OK He 3annawa J1I, 3a KOUTO He ca AOrOBOPEHU OTCTBLIKN.

B cnyyan 4e TIPY Xenae pga npeyctaHoBM 3agbiikeHuATa cu 3a
otctbnkn kbM H3OK, moxe aa 3asaBu usknoysaHe ot [1J1C Ha cboTBETHUTE
JIMN, a wmoxe pa nogoage W nucmeHo 3ageneHne pgo H3OK 3a
npeycraHoBsiBaHe 3annawaHeto Ha JIMl. H3OK npaBn MOTMBMpPAHO
npegnoxexnve ao HCLUPJIM 3a nskntousaHe Ha J11 ot MNC (4n. 9a, an. 3 ot
Hapenba Ne 10).

Ako I, konto TPY xenae ga wuskntoum ot MNJIC, He npeactasnsisa
€ANHCTBEHO MeXAyHapo4HO HeMaTEeHTHO HauMMeHOBaHue, TO U3KMNKYBAHETO
cTaBa Mo ONUCaHus No- rope pefd, 3a KOeTo He ce ObiKaT LOMbIHUTENHN

npegn3Bectna KbM agMUHUCTPATUBHUTE OPraHn.

8.2.4.NPEVCTAHOBABAHE HA NPOAAXKBH HA NN

Mpn npeycTaHoBsiBaHe Ha npogaxbute Ha J1I1, konTo e Bknto4veH B MNJ1C,
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MPY vma cnegHuTe 3a4biMKEHUS 3a yBeJOMsIBaHe Ha 34paBHUTE BNacTu:

1. Korato JI[1 e eOWHCTBEH B paMKUTE Ha CbOTBETHOTO
MeXOyHapo4HO HernaTeHTHO HauMmeHoBaHue, [1PY e panbXeH pa
yBegomn MuHuctepcTBo Ha 3gpaseonassaHeTo (M3) n HCLPJIM He no-
KbCHO OT 18 mMeceua npeau partata Ha npeycTaHOBABaHE Ha
npogaxébute (4n. 264, an. 4 ot 3JITMXM).

B pamkute Ha Te3an 18 wmMeceua OT parata Ha nogaBaHe Ha
yBegomneHneTo, NMPY e anbXeH ga ocurypsisa HeObXxoanMmUTE KONMYecTea
oT JIN 3a KOHKpeTHUTEe NOTPEOHOCTN 3a CTpaHaTa, CbrflacHO AeknapauyusTa,
KoaTo e nogageHa kbm HCUPJIIT cbc 3asiBNeHMETO NbpBOHAYanHOTO
BkntouBaHe B [JIC (un. 35, an. 1, 7. 6 or HapembaTta 3a ycnosudaTa,

NnpaBunaTta u peda 3a perynvpaHe u permctpmpaHe Ha ueHute Ha J1n).

KoraTto mpoaykTbT € npedgHasHayeH 3a nedeHne Ha 3abonsdBaHus Mo
pena Ha 330, yBegomneHneTo no yn. 264, an. 4 ot 3JINXM cnegsa ga 6bae

otnpaseHo n o H30K.

WN3kniodeHmaTa, KOMTO MO3BONSIBAT HecnasBaHe Ha Cpoka ca U3PUYHO
N36poeHN B XMnoteante Ha yn. 276 n un. 277 ot 3JIMNXM n kacaat mepku no
npeycTaHoBsIBaHe Ha npoaxbuTte, GnoknmpaHe Ha nNapTuan uMnu U3TernsHe
Ha JIIl, kouTO ca HanoxeHM Mo cnyxebeH nbT 4pe3 3anoBen Ha

N3nbnHutenHus aupektop Ha UNAJT.

2. Korato JII1 cnyxn 3a onpepensHe Ha pedepeHTHa CTOMHOCT B
paMKnTe Ha CbOTBETHOTO MeXOYyHapOoOHO HeNaTEHTHO HauMeHOoBaHME U
nekapcteeHa dopma, ysegomnenHve kbm M3, HCLPJIMT n H3OK ce
ObIKM U He TMO-KbCHO OT 3 Meceua OT npeycTaHoBsIBaHE Ha
npogaxbute. To3n cpok crnegBa ga ce cyuMta kato 4yact oT 18-
MeCeYyHOTO npeamnssBecTre rno T. 1 OT HAacToALWOTO CTaHOBULLE W criedBa
Aa 6bae cnaseH ypes nogaBaHe Ha OTAENHO HAPOYHO YBEAOMIEHUE HE
No-KbCHO OT 3 Meceua npean nstndaHe Ha 18-na mecey, no 4n. 264, an.
4 o1 3MMXM.
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8.3. KAPTA HA SAMHTEPECOBAHUTE CTPAHK

PdPuUrypA 12. KAPTA HA 3AUHTEPECOBAHUTE CTPAHMU

HapzopeH cbeer Ha H30K

apyXecTea

H30K

H3O0K BbTpellHM ekcnepTu U NpaBHU CbBETHULM Nupyctpua
BonHuum AucTtpubyTtopu
T S
Bbnrapusa

XapaKTepHM ocobeHocTH Ha HAKOU oT MHCTUTYUUUTE n
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MeauumHckn Hay4yHu

Bvnrapcku Jlekapcku
Bbnrapcku
3b6onekapcku Cbios

Bogewwm B cneuyunanHoctTa
cu nekapu

NnapTHbLOPUTE B CUCTeMaTa Ha 3paBeona3BaHeToO:

1. Komucusa no sgpaBeonasBaHe KkbM HapoaHoTo cbbpaHue ce
CbCTOM OT 22-ma pgenytatu OT pPasfnUYHUTE MONUTMYECKM NapTuwn,
npeacraBeHn B napriameHTa. Komucmara no sgpaBeonasBaHe € BaXKeH opraH
3a (hopmupaHe NoNUTUKNTE B cUCTEMATa Ha 34paBeona3BaHeTo. Ypes Hed ce
OCbLUECTBSIBA NOAroTOBKAaTA M pasrfexaaHeTo Ha BCUYKU Cneunantu 3akoHn
B CEKTOpa npeau rnacyBaHeTO UM B MapfiaMeHTapHa 3ana. 3acefjaHudara u
ce npoBexgaTr execeoMuUyHO, a B paMKuUTe Ha OHEBHUSA pef € Bb3MOXHO
BKIMOYBAHETO Ha JIEKUMOHHM cecuu 3a oTaenHuM 3abonsBaHus, TaxHaTa

TEXECT U BaXHOCT 3a OOLLEecCTBOTO, KaKTo M BbMpPOCKN 3a pa3BUTNETO Ha
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MeauuMHCKaTa Hayka, KOUTO Buxa Mornu ga mmaT Npsiko OTHOLUEHWE KbM
nogobpsABaHe 34paBHUS cTaTtyc Ha obuwecTtBoTo. [lo TO3M HaumH ce
AedvHUpaT W cbrnacyBaT eBeHTyanHW MPeanoXeHns 3a HOpMaTUBHM

MPOMEHMN.

2. EkcneptHute OopagoBe nNo cneyuanHoctTM KbM bBbnrapcku
nekapcku cbio3 n bbnrapcku nekapcku cbr3 (BJIC) ca BaxeH pakTop 3a
dopmMupaHe NoNUTUKN MO OTHOLLEHME Ha KOHKPETHM 3abonsBaHus N TAXHOTO

nevenuve B bbnrapusa, T KaTo:

a) MoraT da npaBat npenroxXeHmA 3a BKI1lo4BaHeE Ha HOBU 3abonsaBaHu4a

B CNUCbKa Ha 3abonsiBaHuATa, kouto ce 3annawat ot H30K;

6) MoraT Aa Ccb3gaBaT KIMHUYHW MbTEKM 3a NevyeHne Ha 3abonsiBaHus,

Aa goroBapAT TexHute o6emun n uenun ¢ H3O0K;

B) AaBaT CTaHOBWLLA, ONpeaensT 1 OoroBapsaT Buaa neyveHune, KOeTo Lie
ce npwvnara 3a gageHo 3abonsisaHe U cbrnacyBaT yCNOBUSITA 3a NpoBeXaaHe

Ha CbOTBETHUTE NeYvYeHus;
) AOroBapsT 3annawaHeTo Ha MeauumHckuTe genHoctn u J1.

BJIC 3apgbmkutenHo cbrnacyBa ¢ H30K kpuTepuuTe 3a oTnyckaHe Ha
Nnr, kouto ce 3annawart c nybnuyeH pecypc, cCbrnacyBa ne4vyebHuTe
3aBefleHVs], B KOMTO CbOTBETHOTO fleYeHne Moxe a 6bae M3BbPLUEHO, KAKTO
M OT KOM CMeuuanucT 1 npu KakBu yCroBus mMoxe ga 6bae M3BbpLIBaHO.
YyactBaT ¥ npu AeduHMpaHe Ha agMUHUCTPATMBHUTE W3NCKBaHUS 3a

ogobpeHne KOHKPETEH BUA HA NeYeHme.

BJIC e onpegeneH ot 3akoHa (330) kaTto 3agb/pKUTENHa CTpaHa B
npoLeca no nNperoBopu u nognuceaHe Ha HaumoHaneH pamKoB OroBop 3a
CbOTBETHaTa rogmHa, KOMTo AOroBOp OT CBOA CTpaHa AedmHMpa obemute oT
MEOUUMHCKN OEeNHOCTU — KIUHUYHW MbTeku/npouenypw, TEXHUTE BUAOBE,
Kputepumte W cheumanucTute, KOUTO uMaT npaBoO [fa npeanucsat
onpeaenenn 1.

3. MeauuuHCKUTEe Hay4yHM ApyxecTBa ca BaxeH dakTtop npwu
pasnpedeneHMeTo M Haco4yBaHeTO Ha nybrnuyeH pecypc 3a pasnuyHu

MeauUnHCKN aenHoctu, JIM n MeauunHCKn nagenud, nopagu Koeto Te cu
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NapTHUPAT C BCMYKN MOCOYEHM NO-rope ydacTHUUM Ha nasapa. CtaHoBuwaTa
Ha ekcnepTHUTe 6opgoBe MO CnNeunanHoOCTM Ca KOHCYNTaTMBHM 3a
MwuHucTepcTtBo Ha 3gpaBeonasBaHeTo, H30K, HagsopeH cbBeT Ha H30K un
BJ1C, HO B MHOro mMarnko crnyyYan BCbLUHOCT MHCTUTYLMUTE He ce cbobpa3ssBaT
N3USAN0 C Te3N CTaHOBMLLA.

MeanumMHCKUTE HayYHW OpYXeCTBa cb3gaBaTt U Ny6nuKkyBaT HaLMOHaIHN
KOHCEHCycu/cTaHaapTW 3a NieYeHne Ha KOHKpPeTHU 3abonsaBaHus 1 ydacTeaT B

Ccb3daBaHeTO Ha hapmMaKko-TepaneBTUYHN PbKOBOACTBA.

4. TlayMeHTCKUTE oOpraHMsauum ca MnocnaHuuM MNpu aHraxupade
BHUMaHneto Ha M3, H3OK wn nonutudeckute npencrasutenn B
pa3no3HaBaHETO Ha onpeaeneHn MeauuMHCKM HYyXXauM 1 HeobxogmmocTtTa oT
3annawaHe Ha onpegenenun JIN. HaunoHanHo npegcraBeHn ca HaunoHanHa
nauyneHTcka opraHmsaumss M bbnrapcka acouvauus 3a  3akpuna Ha
naumeHTuTe. Te yyacTBaT CbC CBOW NpeacTtaBuTen Ha pPOTauMOHEH MPUHUMN
B cbCTaBa Ha HapgsopeH cbBeT Ha H3OK, koeTo AonbfHUTENHO noAacunea
TAXHaTa ponisi B npoueca no ocurypsisaHe Ha AOCTbMN 40 MeAULMHCKA rpuxa,
JTMT »n mMeanumMHCKNM n3genusi, a B Tasm CU POSist ca BaXXeH KOHTPOSbop M
NPOBOAHMK Ha MpO3padyHoCTTa 3a AenHocTTa U peweHunata Ha H3O0K u

HapsopeH cbBeT Ha H3OK.

5. EQHM OT Hal-BaxXHWTE NapTHbLOPM B AOCTbMNA A0 penmbypcauus

ca H30K un Hap3opeH cbBeT Ha H3OK, kouto:
a) yTBbpKaaBaT Cnucbka CbC 3abonsiBaHus, 3a KOUTO ce 3annawa;

0) onpepenar pega, MO KOWTO NauueHTUTE LWe wumaT AoCTbh Jo

cboTBeTHUTe JIT;

B) NpoBexaaT LOroBapsiHETO 3a CKIOYBAHE Ha AOroBOpw 3a 3ansallaHe
Ha JIT;

F) nposexagat aorosapdaHe C U3NbJIHUTENUTE Ha MeaMUMHCKa NMoMOLl —
JIEKAPCKKN MPaKTUKN U ne4yebHn 3aBeaeHUs u onpeneniat Kom ot 14X rno
KaKbB pefl, B KaKBU CPOKOBE, B KaKBU obemn n NP KakBu yCrioBusA Le

moraT ga uanucsar J1M, v aa rv otumTaTt 3a 3annallaHe;
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A) npoBexnaTt AoroBapsiHe C TbproBumTe Ha ApebHo (anTekuTe) 3a
pasnpocTpaHeHne Ha peumbypcupanun J1N 3a gomaluHa ynotpeba.

6. CoblUuecTBEHO BNUSHME 3a HaBNU3aHETO Ha efHa JlekapcTBeHa
TexHonornsa Ha 6vnrapckma nasap uma HCLUPJINM. To3n opraH nma cnegHute
N3PUYHO OenermpaHn oT 3aKoHa (OYHKUMK:

- yTBbpXKOaBa, OTka3ea Aa yTBbpau, M3MeHs1 Unu 3anu4yasa ueHa Ha J1IT;

- npvema, OTMEHsI UM U3MeHs hapmMako-TepaneBTUYHM PbKOBOACTBA,
KOMTO BKMOYBAT KPUTEPUM 3a OLIEHKA Ha pesynTtaTta OT npunaraHata
Tepanuss un anroputMu 3a nedveHne c JIM, cnep cTaHoBuULiE Ha
CbOTBETHMSI €EKCMepTEH CbBET MO MeOUUMHCKa CchneuuanHocT  unu

MeauLMNHCKa OEeNHOCT;

- BKNw4Ba, npomeHsa, uskmnousa JIIM ot MJIC n nopgabpxa TexHus

penmbypceH cTaTyc;
- nssbpwsa O3T Ha JIIT;
- OKasBa CbAeWcTBUe nNpu gorosapsiHeTo Ha oTcTbnkM 3a J1M ¢ H3OK,;

- onpepena JM, 3a kouto ce npocneasBa edeKkTbT OT Tepanuara,
CPOKbT, KakTo W ne4yebHUTE 3aBedeHusl, B KOUTO Ce W3BbLPLLUBA
NPOCneasiBaHeTO U Mpu KakBu YCMNOBWUS, Ped M KpUTEpUU Lie ce

M3BbPLLBA TO,

- M3BbPLLBA MH(pOPMALMOHHA, n3gaTterncka n uscnegoBaTenicko-HayyHa
OENHOCT, CcBbp3aHa C LeHoobpasyBaHETO, peuMmMbypcupaHeTo MU

JIeKapCcTBeHaTa MnoJinTuKa.

BknioyBaHeTO Ha HOBO MeXOyHapOAHO HenaTeHTHO HaMMeHOBaHWe B
MJC Ha bbnrapus ce cnyysa 4ypes U3roTBSAHE N NpeAoCTaBsHE Ha aHanNu3 3a
O3T. O3T ce 13roTesa 1 NpuU paswMpssBaHe Ha TepaneBTUYHM MOKa3aHUA

Ha Beye BKkNtoyeHn B MNJ1C mexayHapoaAHU HenaTeHTHM HAMMEHOBaHMUA.

3a BKIOYBaHE Ha HOBWU NeKapCTBEHW (popMu Ha Bede npuchbcTBalLn B
MJIC nekapcTBeHU Tepanuu, ce U3rotTes hapMakOMKOHOMMUYECKU aHanus
3a BkntouyBaHe B [JIC, konTO npeacraBnsBa QOCTa No-KpaTka Bepcus Ha
aHanusa 3a O3T u ce cokycupa rnaBHO BbpXy papmakonmkoHOMMYeckaTa
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oLeHKa M aHanusa Ha OlIKEeTHOTO Bb3AENcTBME Ha Beye ofobpeHaTa U

BkrtodeHa B NJ1C 3gpaBHa TeXHONOrus.

Bcekn ogobpeH u BkntoveH B MNJ1C megMkameHT nognexmn Ha rnpeoLleHka
Ha BCEKN 3 TOAWHM OT BKIHOYBAHETO CUM — 3a Tas3u Uen ce WU3roTBAT T.H.
¢hapMakOMKOHOMMYECKU aHanu3uM 3a noaabpXKaHe Ha peumMOypceH
crtatyc. OcHOoBHaTa uaesi Ha Te3nM aHanuM3an e [a NpeacTaBAT akTyanHa
dapMakoMKOHOMMYECKaA  OLEHKa, BKMKOYBAWla BCUYKM  MPUCHCTBALLU
anTepHaTMBM 3a NeYeHne Ha KOHKPETHUS NPOAYKT B HACTOSALWMSA MOMEHT, Aa
Obae npeactaBeHa akTyanHa nporHo3a 3a ObaewmTe pasxogu Ha [nateua

Ha 6a3a HacTodAwuTe Teparnunn 3a nevyeHne Ha KOHKpPETHOTO 3abonsaBaHe.

n TpuUTE BUOA aHalIM3nm Ce BHACAT U Ce€ oueHABaT OT Komucum Kvm
HCLPM.

Ha 6asaTta Ha AbnroroguLlLHUS HX ONKUT, CMENo MOXEM Aa 3asBUM, 4e e
OT UBKJTHOYUTESTHA BAXXHOCT NPU U3roTBAHETO Ha Te3u aHanu3u ga obaar
BKJTIOUE€HU JaHHU OT pearniHaTa TepaneBTUYHA npakTtuka (real world da-
ta), korato MMa Bb3MOXHOCT 3a TOBa, KOMTO MakCMManHo ga oTpassaBar
fiokanHata OeWCTBUTENHOCT U NPUNOXEHME Ha MeOMKaMeHTa U HeroBuTe
KOHKYpeHTWU. B ronam npoueHT OT crnyyauTe BKIIOYBAHETO Ha Te3u LaHHU
NPOMEHAT 3HAYUTENHO pe3ynTatuTe OT aHanuaute. TpaHcdepupaHeTo W
agantupaHeto Ha RWD oT gpyru cTpaHu Cbwo e JOonyCTUMO Npu funca Ha

JIOKaInHwm gaHHN.

BkntouBaHeTO Ha AaHHW OT peanHaTta knvHuyHa npaktnka (RWD) e ot
roniiMa BaXKHOCT NpPU U3rOTBAHETO Ha BCEKW eduH OT TpuTe Tuna aHanmsa
(O3T, ®NA 3a BkntouBaHe U OUA 3a nogabpkaHe Ha peuMmbypceH cTaTyc) u
CTbMBaAHETO Ha TakMBa [daHHM MPU MU3rOTBSHETO Ha KIWMHMYHATaA 4acT,
hapMakoMKoHOMMYEeCcKaTa oLeHKa 1 aHanuaa Ha OlKeTHO Bb3AencTane ce
Bb3npuema Bce no-godpe ot ekcneptute B HCUPJIIM n H3O0K, kato cTpaHu,
yyacTBallM B NpoLieca Ha OueHKa 1 B3eMallm pelleHns 3a pemmbypcauns Ha
JIN B Bbnrapus.

7. Opyrm
Bb3MOXHM NapTHLOPU ca CbLLO:
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a) MeguuTe, nopagu TAXHOTO OOLWO BRMsSHWE BbLPXY OOLECTBEHUTE
npouecn U Bb3MOXHOCTTa UM 3a Hameca Npu HanU4YMeTo Ha HEeNosASHU

NPaKTUKN 1N npeBeHunAa B AOCTbIMa Ha NauneHTuTe A0 34paBHa rpnxa,

6) Mpe3npgeHTbT Ha Penybnuka Bbnrapua KkaTo Bb3MOXHOCT 3a
anTepHaTMBHO ocurypsiBaHe Ha 3annawaHe 3a JI[1 ypes3 BkMOYBAHETO
UM B rogmwiHaTta GnarotBoputenHa nporpama ,bwvnrapckata Konega“,
4ypes KOATO Ce ocurypsisat cpeactBa 3a JleYeHMEeTO Ha Jeua, Ha KOUTo
He e ocurypeH goctbn Ao neveHune ypes H30K nnn M3

B) oOWMHUTE, KOUTO Ype3 CBOUTE OBLLUMHCKM 34paBHU BrogKeTn moraT
Aa popmupaT nporpamm 3a nognomaraHe Ha nauMeHTU OT CbOoTBETHaTa
obwunHa mnu noHe pga nognomaraTt OOCTbMNa MM OO onpedeneH Tun
nevyeHne (Hanpumep 4Ype3 MNOEeMaHeTO Ha TPAHCMOPTHW pasxoaun OO0
KNMUHWYEH LUEeHTbp, KbAeTo pna ©Obae HanpaBeHa KOHKpeTHa
AnarHocTudHa npouegypa). He e HeBb3MOXHO Cb3gaBaHETO W Ha
permoHanHn 3gpaBHM MOSIMTUKK, B KOUTO MeCTHaTa BnacT B bbnrapusa

BCe oWe € C TBbpAae MalibK OlUuT.
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9. AOKASATENCTBA OT PEANHMA
CBAT (RWE]




Hokasatenctea ot peanHus ceat (RWE) | JedunHuuun

[aHHuTe OT peanHaTa TepaneBTudHa npaktuka (RWD) npegocTtaBar
Bb3MOXHOCT 3a OOHOBSIBaHE M aHanu3npaHe Ha MHOopMauus, CBbp3aHa C
ynotpebarta n edeKkTMBHOCTTA Ha NekapcTBaTa NpPU exeaHeBHa KIWUHMYHA
ynotpeba. RWD wumat 3a 3agaya ga gonbnsaT, @ He Ja Ce KOHKypupaTt C
[oKa3aTencTBa OT pPaHAOMU3MPaHWUTE KOHTponMpaHu npoyysanus (PKM).®°)
HokasaTtencteaTta ot peanHus ceat (RWE) ce onpegenart kato nHpopmauus,
nosydyeHa npu aHanunanm Ha RWD. T[lpnemaHeTo Ha Te3n gokasaTerictea 3a
AOCTOBEPHW NPU B3EMAHETO Ha perynaTtopHu pelleHns oTHocHo gageH J1lM e

06eKT Ha UHTeH3nBeH gebar.®® 0

OcHoBHM n3TOoyHMUM Ha RWD ca enekTpoHHUTE 34paBHM OOCKETa,
AaHHM 3a UCKOBE, AaHHM 3a peuenTn N perucTpu Ha nauneHTn. Bce no-yecto
B AedvHMUMATA Cce BKYBAT [LaHHM OT MNPEHOCUMM  YCTPOMCTBA,
NPUMNOXEHNST Ha 34paBeona3BaHETO M [daHHM 3@ OKonHaTa cpeaa,
BKIMIOYNTENHO [daHHM 3a coumanHua craTyc, obpasoBaHMETO W  Opyru
dakTopu 3a HadMHa Ha XMBOT. Te3nm nocrnegHu OaHHM ca Kpadka KbM
NpeaocTaBAHETO Ha efHa Mo-UdAnocTHa KapTMHa Ha 34paBOCHOBHOTO
CbCTOSIHME Ha WMHOMBMAA, HO OT peryrnaTtopHa rnegHa Toyka cbliecTByBaT
N3BECTHU npegusBuMKaTencTsa npu  M3BEXOAHETO Ha  MPUNOXUMU
pokasatenctea. Bbnpekn ToBa, RWD ocTaBa Kf4YOB KOMMOHEHT 3a
peannu3mpaHeTo Ha HOBM Tepanuu, Npu KOUTO UHdopMauMaTa OT KIUHUYHMU
npoy4BaHUs € HegocTaTbyHa. HacTtoswara Touka aHanuanp ponsata Ha RWD
B [OOCTbMa A0 TFEHHM Tepanuu W CUCTEMATUYHO OMNMcBa OCHOBHUTE

npean3BuKaTesicTBa OKOSo BbBeXxaaHeTo Ha RWD.

9.1. REPUHHULIUK ©"

CobluecTByBa LWMPOK crnekTbp oT gedmHmnuynm Ha RWD n RWE.
= OedwmHnuma cnopen FDA

FDA cBbp3ea RWD ¢ daHHume 3a 30pasHuUsi cmamyc Ha rnauueHma u/
unu npedocmassgHemo Ha 30pasHU 2pUXU, PYMUHHO CbbpaHu om pasnuyHu
usmoyHuuyu. RWE npeacrasnsaBaTt K/IUHUYHOMO OoKal3amesicmeo OMmMHOCHO
ynompebama u romeHyuasHUme rosi3u unu puckose om MeOUYUHCKU
rnpodykm, rosly4eHu om aHanu3 Ha RWD.
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= OedwmHnumna cnopeg EMA

OT rnegHa Touyka Ha EBponenckata areHuust no nekapcrteata (EMA),
RWD ce onpegensat kaTo ,pyTMHHO cbbpaHu [aHHW, CBbp3aHu CbC
34paBHUA CTaTyC Ha NauMeHTa UNu NPeaoCTaBsAHETO Ha 34pPaBHU TPUKK OT

pa3sindyHn N3TOHHULUN, pa3innmyHn oT TpaanUUNOHHNTE KITMHUYHN N3NUTBaHUNA".

9.2. PONIATA HA RWE 3A BbBEHAAHETO HA FTEHHH TEPANUH

OyHKUMATA Ha pasnnuyHM OpraHM 3a OLEeHKa Ha HOBM 34paBHU
TexHonormn kato NICE u FDA B CALY e ga pasbepe cpaBHuUTeEnHaTta
edEeKTMBHOCT N CpaBHUTENHATA pasxogHa eeKTUBHOCT Ha HOBUTE NleYeHus
B CpaBHEHME CbC CTaHAapTHaTa npakTuka. HOBOBBL3HMKBALLMUTE KIETHbYHU U
FeHHW Tepanuu npesellaBaT OrpoOMHa KIMHMYHA Monsa 3a nauyueHTuTe,
0o0LLEeCTBOTO M 34paBHUTE CUCTEMWU. Te HOCAT noTeHuman ga npegnoxart
XUBOTONPOMEHSALWO pelleHne 3a Xopa C JUMUTUPAHO WIAN  HUKaKBO
anTepHaTMBHO neyeHue. NpeaBua OrpaHNYEHOTO KONMYECTBO ObIITOCPOYHU
AokasaTerncTtea 3a Te3u Tepanun, obaye, BbBEXAAHETO UM Ha Nasapa cTtaBa
BCE MNO-TPyAHO. Te3n MHOBATUBHU Tepanum He ce npocneasasaTt OT rofiemMu
PKI1, kouTto TpaanunoHHO ce M3MNoN3BaT B OLEHKUTe. Tepanuute nosnyvasart
paspeLlleHune 3a ynotpeba Bb3 OCHOBa Ha rpoy4YyeaHusi ¢ €0HO pamo, 0cobeHo
Npw nekapcTeaTa cupaum unm Npu cnyyvyam Ha MHOMKaLUn CbC CbLLECTBYBALLN
HeyZoBNeTBOPeHN MeauunHCKM Hyxau. Mo gymu Ha a-p MNan OXKOHCBH OT
NICE, nuncaTta Ha AaHHM OT NMpPOYy4YBaHUSA 3a Te3uM NPOAYKTU I'M NpaBu
TPYAHU 3a oueHKa. Hakou nekapcTtea nonyyasaT yCKOpeHo ofobpeHune ypes
HOBW perynaTtopHu mMexaHu3Mu. ToBa yCKopeHue O3HadaBa, 4e npoayKTuTe
gocturaT Ao nauyneHTuTe no-6bp30, HO CbLLO Taka 03HayaBa, Ye AaHHuTe ca
no-manko ,3penn‘ u Oo ronamMa CcTeneH 3akr4veHuaTa ce OCMaHAT Ha
HabnogeHna, a He Ha [pgokasartencrtBa. Bcmukm Te3m haktopu, kassa
IDKOHCBH, O3HayaBaT, Ye Mma ,NoBULIEHA HECUTYPHOCT OKOJSIO peLueHundaTa,

kouTO TpsibBa ga B3emeM".

RWE Moxe 3a 3anbfiHM 3HauuTenHuTe nponyckM B AaHHUTE W Aa
KomneHcupa uHpopmMaunoHHute acumetpun. Cnopen g-p xkoHcbH, RWE
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TpA6Ba QpOa wurpae ponsa nNpu NpeaocTaBAHETO Ha JAaHHM 3a
CpaBHUTENHU oueHKU. [okato pamkata 3a oueHka Ha NICE
TpaguumoHHo pa3umta Ha RCT, RWD wmoxe pga npepocrtaBu no-
nosfie3Hn faHHU B KOHKpeTHU cueHapuu. Hanpumep, RCT wumat TecHun
KpuTepum 3a BKIIOYBaHE, KOETO BOAWM OO HedocTaTbyHa MHpopmMauusa 3a
TOBa KaKk AdadeH MpOAyKT AeucTBa NpW MNauMeHTU CbC CbMbTCTBALLM

3abonaBaHMa UM ¢ No-TEXKM 3abonsiBaHus.

Cvwo Taka, RCTs ca ¢ numumupaH epemesu dOuarna3oH, KOETO
HamansBa Bb3MOXHOCTTa 3a cCbbupaHe Ha [okasaTenicTtBa 3a
AbNrocpoyHa egEeKTUBHOCT, O0COBEHO 3a MNauMeHTU C  XPOHUYHMU
3abonaBaHusa. RCTs He BuMHarm oTpassiBaT Ka4yeCTBEHO JlokanHaTa unu
KNUHMYHaTa npakTuKka, KOeTo 3aTpydHsiBa OueHKkaTa Ha peanHarta
CpaBHUTENHA e(PEeKTUBHOCT Ha NPOAYKTa.

B vHTepBto Huknac Xepbepr, npegcenaten Ha YnpaBuTenHUsa cbBeT
Ha EUnetHTA, wu3tbkBa 3HauynmocTtta Ha RWD 3a cb3pgaBaHeTo Ha no-
YCTOMYMBM W HaOeXOHWU JokKasaTesnictBa npu reHHu Tepanuu. Bbnpeku
ToBa, TBbpan Ton, 4e RWD He MoOXe ga ce n3nonssaT 3a reHepupaHeTo
Ha HayanHwu gokasartencrBa. TpabBa ga nma TpaguUMOHHU AaHHWU, KOUTO
Aa MOAKpenaT apryMeHTa, Ye AafeHo nekapcTBo e 6bae no-eheKkTMBHO
UM No-peHTabunHo, ako ce U3nonsBa KaTo fiedeHne OT NbpBa NNHUSA, a
RWD e KOMMOHEHTBLT, HYXeH 3a 3anbliBaHe HA HECUTYPHOCTTa OTHOCHO
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ADBIroCpoyYHUTEe nNnoJsi3an Ha TreHHUTe Tepanun. MmeHHO 3aTtoBa e u

Heo6Xx0aMM 3a NpeofonsiBaHeTo Ha Tasu Gapuepa. ©®

Cnopen npe3ngeHTa Ha EBponenckoTo obLecTBO 3a TpaHCnnaHTaums
Ha KpbB M Mo3bk (EBMT), npodecop Hukonayc Kpborep, RWE we cHabaun
perynatopute C BaxHa MHGOpMaums OTHOCHO paboTaTta Ha TepanuuTe
M3BBbH U3KYCTBEHUTE NEepPUMETPU Ha KIMUHUYHUTE U3nuTBaHusA. B 3awmTa
Ha TO3M apryMeHT ToW 3adB4Ba, Ye ,, bW KaTo reHHUTEe Tepanumn ca nokasaHu
3a neyeHuMe Ha peakm 3abonsiBaHusa, Te OOMKHOBEHO ce ofobpsBaT Bb3
OCHOBa Ha [JaHHWM OT npoyyYBaHMs BbB dasa 2, NpuM KOUTO HsMa
paHgomMusaumda. ToBa O3HayaBa, 4Ye HWUTO pasnonarame C ObAroCpoyHU
AAHHW 32 MauMeHTUTe, HUTO 3HaeM KakBo Om ce cryymno C nauueHTute,
KOUTO He Cca [MOKaHeHM pJda y4vacTBaT B Te3W CWIHO CENEKTUBHU

npoyysanms.“©%

MpuHockT Ha RWD wmoxe ga 6bae oHarnenoeH oT BenukobputaHus.
BenunkobputaHma e nbpBata AbpxaBa, KOATO ocurypsiBa OOCTbn OO Te-
cartus (tepanua CAR-T) uypes doHga 3a 6opba c paka (CDF) c
npousBoantens Ha nekapctea (Kite). ToBa ce cnyyBa 4pe3 HOBOBLBEAEHOTO
oT NICE cnopa3symeHue 3a ynpaBnsiBaH AOCTbI, KOETO NO3BOSIsIBA Aa ce
cbbupaT noBeve [aHHW, OOKATO NaAUUEHTUTE MNpUEMAT >XU3HEHOBAXXHOTO
neyenve.®® CnopasymeHneto npusaoBaBa 3a CbOMpaHe Ha AOMbIHUTENHM
AaHHW 3a npexuBsiemocTTa ©0e3 nporpecus, obwaTta npexuBsiemMoCcT WU
Bb3pacTTa, KoraTo 3anodBa fevyeHneTo. ToBa We NOMOrHe Aa ce Hamanu
HeCUrypHoCcTTa Ha gokasaTencrtearta, AOKaTo fledeHMeTo ce M3nonasa npwu
nauyneHTn Ha NHS. Pesyntatute OT AOMbIAHUTENHUTE AaHHM We ObaaTt
odomMumanHo BKMOYEHW B [OKMa4 3a [okasaTencrBata M akTyanmsupaH
MKOHOMMUYeCKn mogen ao gespyapu 2025 r. Ha to3n etan RWE ot CAR-T
nokasBaT, Ye peBonounoHHaTa Tepanusa paboTtn no-gobpe B peanHus CBAT
OTKOMKOTO B M3criegoBaTesnicku ycrnoBusa. ToBa ce ObikM Ha dhakta, 4e
fiekapute MNOCTENeHHO ce npuobliaBaT KbM pasfnnYHK cneundukn Ha
TepanusiTa U mMoraTt ga 9 agantupaT CbrfacHO BCEKM NaUMEHT 3a NocTuraHe

Ha onTumaneH edekT. ©¥
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RWE - rnaBHa cTbhnka KbM MNpeBpbLiaHETO Ha MNauveHTa B

naptHeop ©”

Komatn Ctem, ocHoBaTen W rnaBeH W3MNbIHUTENEH [OUPEKTop Ha
monARC Bionetworks, otbensisBa, ye B PKIl nauueHTMTe ca nacuBHM
ydyacTtHuum. [JaHHute, reHepupanu ot PKI1, ca cTpykTypupaHu u necHu 3a
aHanusnpaHe, HO B CbLLOTO BpeMe ca OrpaHUYeHun, CKbMW, OTHEMAT MHOro
BpemMe u He BuHarm ce obobuwasat. RWE paBa Bb3MOXHOCT 3a NpomsiHa B
Tasn gunHamuka. durypa 13 npegocrtaBa npernen Ha npegumcreaTta wu

HepocTtaTbuuTe Ha PKI.

PurypAa 13. PKIN—NPEANMCTBA U HEQOCTATBHLUMU

MpepumcTBa

* MHdopmauua oTHocHo edmkacHOCTTa
* MHdopMaunA oTHoCHO Be3onacHocTTa
* nobpe pednHUpaH KpalHN TOUKK

Hepoctatbum

* npobnemMu c reHepupaHeTo Ha cTaTUcTU4ecKka
3Ha4YMMocCT

® eTMYHU U NpaKTUYeckn cbobpaxeHusa

® HeaoCTaTbYHW JOoKa3aTeNcTBa

® cepuo3Ha WHBECTULMA MO OTHOLUeHWe Ha
dUHaHCHK, pecypcu U Bpeme

® OrpaHV4eHu” KpUTepumn 3a 3anncBaHe

e . nnauebo” edekr

MauneHTnTe ca wgeanHu arperatopy Ha RWD. Xopata Beue
npuTexaBaT 3HAYUMTENHO KOMMYEeCTBO AdaHHW OT CMapToHM U Opyrn
yCTPONCTBa, MMaT U MoraT ga npedocTaBAT AOCTbMN A0 COBCTBEHUTE CU
3apaBHu gocureta. Cbluo Taka, 96% OT nauneHTUuTe ca n3pasunu xenaHue ga
cnogenat uHdopmauus, npu ycrioBue 4Ye [AaHHUTE UMM ca 3aliUTEeHU U

M3MNon3BaHu C HaaexaHa Lern.
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monARC Bionetworks paspaborBa uHTerpupaHa nnartdopma 3a
obyyeHne Ha RWD. monARC paboTn gMpeKkTHO C nauneHTu, 3a ga reHepvpa
BMpPTyanHMW W3CregoBaTesiCku Mpexu, B KOUTO nauueHTuTe moraT ga
crnogenaT AaHHW 1 ga 6baaT npeHacoyeHu 3a npoyysBaHe. ToBa yrnecHsiBa
n3cnegoBaTennuTe B U3rpaxgaHeTo Ha no-a4obpu NpoyyYBaHWst B paHeH eTan u
yckopsiBa paspaboTkaTa Ha NpoyyBaHUs, KaTo ce wu3nona3eat AaHHW OT
nauMeHTn n ce HabupaT naumeHTW, YMMTO [OaHHW Bede CblLiecTByBaT B
cucTemara.

9.3. NPEAU3BUKATENCTBA, ChNIPOBOKAALLM BhBEXKAAHETO HA
RWD

ChbluecTByBaT peanLia NPean3BUKaTencTBa, BKIIOUNTENHO OrpaHuyeHa
HaNMWYHOCT Ha AaHHW MO BPeMe Ha oLeHKaTa, MoTeHLMar 3a NpucTpacTys,
FIOLIO Ka4eCTBO WM NUNCBALLM AAHHW U U3TOYHWULIM Ha A@HHW, KOUTO He ca
cb3gadeHu 3a wacnemosaTencku Uenu. OCHOBHO Te ce AenaT Ha
orepamusHu, MexHono02u4YHU v MemodonoauyHu (cpur. 13). %

duryrpa 14. RWE - OCHOBHM NPEAU3BUKATENCTBA

S

OnepaTuBHN

p—

MeTogono-
TexHonoruyHN
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= OnepaTuBHU

OnepatuBHute npeav3BMKaTencTea BKNoYBaT BbMNPOCK 3a
OCbLUECTBMMOCTTA, YNpaBNeHMeTo U  YCTOMYMBOCTTA, KOUTO  YecCTo
YCNOXHABAT docmbria U PyTUHHOTO M3MON3BaHe Ha MHOXECTBO HaLMOHAITHU
M3TOYHULM HA OaHHW, MHOrO OT KOUTO MMaT PasfnnYHn NPaBHU U ETUYHWU
N3NCKBaHMSA 3a cnogensiHe Ha MHdopmauuns. MuHMManHUTe U3UCKBaHUA 3a
rapaHTMpaHe Ha NOBEPUTENHOCT BKITHOYBAT MAaUMEHTCKO Cbrriacue u TEXHUKK
3a 3anasBaHe Ha aHOHMMHOCTTA. Bbnpekn NbpPBOCTENEHHOTO MM 3HaYeHue,
HacTosAWMTE oOnepaTUBHM MNpPoOLEecH, npedHas3HadYeHu 3a CchnpaBsiHe CbC
3agbikeHndaTa, moraT ga nonpeyaT Ha egeKTMBHOTO U HaBPEMEHHOTO
AOoCTaBsiHE Ha [OaHHW, KOeTo MoXe Aa 6bae ocobeHo npobremaTuyHo B
KOHTEKCTa Ha pelleHusiTa 3a 6e3onacHoOCT, KoraTo € HeobGxoauMm chelueH

AOCTbN A0 AaHHW 32 MHCpOpMMpaHe Ha perynaTtopHO peLUeHme.

—  TexHONOruyHu

TexHonornyHute npeansBuKaTencTaa npeacTaensasat
HECbOTBETCTBMATA B TEPMUHOMONMNTE, (POPMaTUTE Ha AaHHUTE, Ka4eCTBOTO
M CbAbPXKAHMETO, KOWUTO CbllleCcTByBaT B MHOXECTBO eBporneicku 6asu
OaHHW. EBpona pasnonara CbC 3a40BOMUTENHO KOMUYECTO OT 34paBHU
[laHHW, KOMTO npou3TMya OT MpPUHUMMNE Ha YHUMBEPCAnHOTO 34paBHO
ocurypsiBaHe B OCHOBaTa Ha MNOBEYETO EBPOMENCKM 3OpaBHM CUCTEMMU.
JaHHuTe, obGaye, ca pasHOpOOHM - pasnuuusaTa B CUCTEMUTE Ha
3gpaBeonasBaHe, HauMoHarHMTE HAaCoKM U KNUMHMYHATa NpakTuKa BoAsST A0
pasnMyHo cbabpxaHue. CKOpoOLIeH aHanu3 nokasBa, 4e OpoAT Ha
eBponenckute 6a3uM OaHHW, KOUTO OTroBapAT Ha MUHUMAanHuTe
perynaTopHu U3MCKBaHUA B LUMPOK CNEKTbP OT Cllyyau Ha perynaTopHa
ynotpeba 1 ca necHo AOCTHLIMHU, € pa3o4yapoBallo HUCHK U reorpad)cku
uskpuBeH kbM 3anagHa n CesepHa EBpona. ToBa cb3gaBa 3aTpyAHEHUS,
KoraTo pesynTaTuTe OT MHOXECTBO Habopu OT AaHHM TpsibBa Oa ObaaT
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obeauHeHn, 3a Aa ce NpeaocTaBAaT gokasaTerncTBa, NpeacTaBUTENHN 3a MOo-
LUMpoKaTa eBpornelicka nonynaumsi unM ca Heobxoaumu no-ronsm Gpon 3a
nscnenBaHe Ha pefku Gonectu, cbouTua unu pesyntatu. PaspeluaBaHeTo
Ha pasnuMuuata Mexagy W3TOYHMUMTE Ha AaHHM M3UCKBA Cbriacue OTHOCHO
o6Lwn Habopu OT eneMeHTU OT AaHHKU, hopmaTy Ha AaHHU U TEPMUHONOMK
UNn KapTorpadupaHe Ha Te3nM KOMMOHEHTU B MeXAyHapoaHa cuctema.
OyeBMOoHMTE NpeanuMCcTBa Ha OOLMTE CUCTEMW 3a KayeCTBO Ha OaHHUTE U
obLMA aHanu3 Ha AaHHUTe ca Ada ynecHAT obMeHa Ha gaHHW, aHanu3a Ha
AaHHUTE U MHTeprnpeTauusTa Ha pe3yntaTuTe, Npom3TUYallM OT MHOXECTBO
Habopu oT gaHHW. [Npe3 nocneaHUTe roAUHN ca Bb3MOXHM HOBM MOAXOAM 3a
XapMOHM3aLMsl, KOUTO BKMHOYBAT anpuopHO npeobpasyBaHe Ha AaHHUTE B
obw, mogen (T.e. egHa WM cblla CTpykTypa, dopMaT M TEPMUHOMOIMS Ha
AaHHUTE), HE3aBUCUMO OT BCSKO KOHKPETHO Npoy4yBaHe, nopaan nogobpeHus
B W3YUCNUTENHUS KanauuTeT 3a CbXpaHeHue, M3BMMYaHEe W aHanu3 Ha
ronemMyM MacuMeBu OT AaHHW. OBWMAT cTaHAapTU3MpaH aHanu3 LWe YnecHu
nocnegoBaTtenHoCTTa Ha noaxoga W We cBede A0  MUHUMYM
HeobXoAMMOCTTa OT B3eMaHe Ha pelUeHUsl Ha HMBO OTAENTHU M3TOYHMLM Ha
AaHHW. B EBpona nogobHM noaxoouM MMaTt MoOTeHuuan [a  YCKOpST
3HAYUTEITHO npoyyBaHUATa, HO e Heobxoanmo BHMMAaTENHO
oxapakTepusupaHe, 3a Aa ce onpegenv ganu uma 3aryba Ha MHdopmaums
N1 BanuAHocCT, korato aaHHUTe Ha EC ce TpaHcdopmupat B obLy moaen Ha
AaHHU N Oa ce OLEHW BCSKO Bb3AEWCTBME BbPXy pesynTtatute Haaony no

Bepurara.

— MeToaonoruyHm

MeTogonornyHute npean3BuKkaTencTaa npousTuyar oT
dyHOaMeHTanHna ¢akT, Ye gaHHMTE OT HabniaeHWeTo He ce cbbupaT C
n3crnenBaHns KaTo OCHOBHa Len. Te morat ga 6baaT nosiydeHn OT pasfimnydHn
YCNOBUS Ha rpwxka W nopagn ToBa CTpagaTtT OT MNPOMEHNMBU KOnuyecTBa
nUNceBawy AaHHU U OT MHOXECTBO pPasfiMyHU MpuUcTpacTna U obbpKBaLLM

(61

cdaktopu. €Y BB BCuukM Tesn cueHapwn, obaye, 3HauuTenHa Gapuepa

npean npuemMsimBoCctta ocCTaBaT onaceHnda OTHOCHO HadeXaHOCTTa WU
113



HokasaTtencTtea oT peanHus ceat (RWE) | Mpegussukatencrsa, CbnpoBOXaally BbBexaaHeTo Ha RWD

BanMOHOCTTa Ha AokKasaTerncrBaTa, reHepupaHum 4ype3d RWD, ocobeHo
KOraTo ce nNpoBeXaaT B MHOXECTBO AbpaBu 1 6a3n gaHHu B EBpona. Jopu
Korato nNPOTOKOMbT € CTaHO4apTM3MpaH, MOXe [da OCTaHe 3HauyuTenHa
BapnabunHocT, KOATO Aa AoBede OO0 yBenvMyaBaHe Ha XeTeporeHHoCTTa Ha

peayntatute.®?

Takuea npobnemu omodasHa ca [MpusHamu, HO
crnazeaHemo Ha Hau-0obpume MemoOoso2uyHU cmaHOapmu,
nodpobHo onucaHue Ha Ou3alHa Ha [poy4ysaHemo U
cbbpaHume OaHHU U Mb/iHama rnpo3paYyHocm Ha rpomokosa u
Ooknada om u3criedgaHemo (c peaucmpauyusi 8 Mybru4yHo
docmbrnHa 6asa OaHHU) 6uxa OorpuHecnu MHO20 3a
usepaxx0aHemo Ha dosepue 8 pe3dynrmamu u buxa uszbezHasnu
usirilomo obbpkeaHe, cb30adeHO om pas/fiu4vyHU pesyrmamu.

EBponerickata Mpexa 3a LUeHTpoBe Mo dapmakoenuaemMmonorna u
dapmakonornyHa 6autenHoct (ENCePP) paspabotBa wn aktyanmsupa
eXerogHo cTaHgapTu 3a hapmakoenngeMmonorndHn uscrnegBsaHvs. B
nocrnegHo  BpeMe  MMa  MHOXeCTBO  nybnwukauum, npeanarawm
yCTaHOBSIBAHETO Ha M3uckBaHusi 3a AoknaasaHe.®® B uwgeanuus cnyuain,
TakoBa OT4yMTaHe OM OMNO B CbLOTBETCTBME C OOWMTE napamMeTpu U
TEpMUHOMOrKs, 3a Aa ce gage Bb3MOXHOCT 3a CbNOCTaBUMOCT M Aa 6bae To
nNy6rMYHO OOCTBLNHO B e4uH M3TOYHUK. BCuukm nacnegBaHus, HanoXeHu ot
eBponenckuTe perynatopu, Tpsabea ga 6baat perucTtpupaHn B eneKTPOHHUSA
peructop Ha EBponenckna cbi3 3a MpoyyBaHWA creq paspelueHue
(Pernctbp Ha EC PAS) u paswunpsiBaHETO Ha TOBa M3MCKBaHE BbPXY BCUYKU

nacriegBaHnAa m3rnexga egunH od4eBngeH NbT.
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94. WCTOPHA HA MNPOVYBAHMATA 3A AbITOCPOYHOTO
NMPOCNEAABAKE U U3UCKBAHUA B INOBANEH NNAH

C yBenunyaBaHeToO Ha 6pos ogobpeHn 3a ynotpeba reHHn Tepanum 1 Ha
KMMHUYHUTE M3NUTBaHMS 3a Te3u 34paBHM TEexXHONorMM no CcBeTa, ce
nosiBsiBaT BCE MOBeYe Bb3MOXHOCTW 3a Pas3BMTMETO M HaBMM3aHETO MM Ha
nasapa. Bbnpeku nonoxutenHute nporHo3n, obaye, orpaHNYeHUTe AaHHM 3a
ABbArocpoyHNTE edekT Ha Te3n NPOAYKTU Bb3NPENATCTBA PYTUHHOTO UM
NPpUNOXeHWe B KAMHMYHATa npakTtuka. [eHHMTe TepanuuM BOAAT A0
AbArOCPOYHN U3MEHEHUS B TANMOTO, KOETO MOXE [a MMa HSIKOU HeXenaHu
nocneacteusa. 3aToBa npoyyBaHusTa TpsibBa [g[a BKIYBaT MfaH 3a
HabntogeHne 1 npocneasiBaHe Ha HexxenaHu cbouTKS, NPosIBsIBaLLM Ce Ha Mo

-KbCEH eTar.

Mpe3 saHyapu 2020 r. FDA nybnvkyBa akTyanusvpaHu HacoOKu 3a
AbnrocpoyHo npocnegasaHe (LTFU) cnep agMuHMCTprpaHe Ha NpoAayKTh 3a
yoBellKa reHHa Tepanus. To3uM [OOKYMEHT BKIMOYBa MPEnopbkM OTHOCHO
AnsarHa Ha LTFU npoyyBaHus 3a cbbupaHe Ha JaHHM 3a HeXXenaHu cbouTus
cbC 3abaBeHO NposABMEeHNe, KakTo 1 3a ObArOCPOYHM AaHHM 3a Ge3onacHOCT

N epUKaACHOCT crieq MpunaraHe Ha reHHa Tepanusi. 4

Mo nopobeH HaunH EMA pa3spabotn npenopbku, cnopen Kouto Tpsibea
Aa ce B3vMa npeasua puckoBus npodun 3a cneymduryHaTa reHHa Tepanus B
AOMb/IHEHNE KbM OCHOBHOTO 3abonsiBaHe, CbMbTCTBAWMTE 3abonsaABaHUs U
XapaKTEPUCTUKNTE Ha naumeHTUTe. Te3n HACoKu ce npunaraTt B npakTukaTa
oT 2010 r.®® B EC ce npwnaraT cblyo M Mo-HOBUTE Npenopbku 3a Aobpa
KNUHMYHA npakTuka no oTHoweHwue Ha J1I1 3a MmogepHa Tepanusi, KOUTO ca

chuHanuavpanu npes okromepu 2019r. 0
Llenv Ha ABArOCPOYHOTO NpocrneasBaHe ™

CovrnacHo FDA®2, uenta Ha LTFU HabniogeHusaTa npu KNMHUYHOTO
pasBUTUE Ha rEeHHUTE Tepanun € Ada ce wuaeHTuduumpaTr M HamanaT
AbNTOCPOYHNTE PUCKOBE 3a NaUMEHTUTE, NoNyYaBalln CbOTBETHaTa 34paBHa
TexHonorna. LTFU npoTokonbT 3a npoydBaHUsATa, CBbP3aHU C FEHHUTE
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Tepanuu, € HacoYeH NPeauMHO KbM perMcTpupaHe Ha HexenaHuTe cbouTus
CbC 3abaBeHO nposiBfieHME MpWU YYaCcTHULMUTE, KaKTO M KbM MN0-406po
pasbupaHe Ha YCTOMYMBOCTTA Ha reHHUTe Tepanuu. Ha cnoHcopuTe ce
npenopbyBa ga OOMUCNAT BKMAOYBAHE M Ha OUEHKa Ha AbhArocpodvHarta
KIMWHWYHA ePUKacHOCT 1 TpanHocTTa Ha npogyktute B LTFU npoTtokona.

OueHka Ha pucKa OT HexerlaHU CcbLOUTMA CbC 3abaBeHo

nposiBrieHne

Mpn cb3gaBaHeTO Ha [AuM3arHa Ha NPOTOKOMa 3a AbJITOCPOYHO
npocnensiBaHe € BaXHO [a ce B3eMe npenBua NpoabIiPKUTENHOCTTa Ha
XuBoTa Ha 6asa OCHOBHOTO 3abonsBaHe, BEPOSATHOCTTA 3a HanU4yHU
CbMbTCTBALLM 3aboNABaHUA N n3naraHe Ha ApYyrn areHTn Kato nbyetTepanus
N XMMUOTEPANUs, KOUTO CbLLO MOraT Aa AoBenart 40 AbJITOCPOYHN HEXeNnaHu
cbbuTuna. MNMpoabimKNUTENHOCTTA Ha NpoyYBaHUsATa 3a npocrensiBaHe Tpsbea
Aa 6bae gocTaTbyHa 3a OLEHKa Ha BCUYKM Bb3MOXHWU HEXenaHu cboutus
Bb3 OCHOBa Ha XapaKTEPUCTUKUTE Ha aHanu3MpaHuTe TEeXHONoruu, KaTto
Hanpumep HabniogaBaHaTa MPOABLIDKUTENHOCT Ha NepcucTMpaHe Ha
npoayktnTe in vivo, HabnwgasaHata NPOLbIMKUTENHOCT Ha TPaHCreHHa
eKcrnpecust U gpyrm in  vivo HabniogaBaHu XapakTepUCTUKM MO BpPEME Ha

npeaknMHNYHNTE N KMMHN4YHNUTE NMPOYyYBaHUA. (67)

NHBecTMTOpUTE CbLIO Taka TpsibBa ga pasbepaT MHTerpauuoHHaTa
aKTMBHOCT Ha MNpPOAYyKTa 3a reHHa Tepanus - GUonornyHata akTUBHOCT Ha
PETPOBMPYCHUTE BEKTOPU N TPAHCMO30HHUTE €NEMEHTU, KOUTO ydYacTeaT npwu
MHTerpaumsTa B reHoma. PuckoBeTe BKMtoYBaT MOTEHUMANHO paspyllaBaHe
Ha BaXKHW reHM Ha MSICTOTO Ha MHTerpauus, akTuBMpaHe Ha NPOTOOHKOreHU B
6nM3oCcT 0o MecTaTa 3a MHTerpauusi, pUuck oT Bb3HMKBaHE Ha 3110Ka4ecTBEHU
3abonsBaHus. HamansiBaHeTo Ha pucka ce MocTura 4pes3 u3cnegBaHus,
aHanu3 1 pasbupaHe Ha OuornornyHaTa akTUBHOCT Ha NPOAYKTUTE 3a reHHa
Tepanusi, KakTo U Ha Bb3MOXHUTE CTPaHMYHM edeKTU OT TepanuuTe, KOUTO
mMoraT na [gnoBedaT OO HeXenaHu MNPOMeHM B reHoma. ToBa BKoYBa
Npoab/KUTENHA eKcrnpecusi, MpuyMHeHa OT TpaHcreHu, Bogella Ao
HeperynupaH KneTb4yeH pacTex UNn HeN3BeCTHU NNeNoTPONHU edpekTu, kaTto
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JJAaTEHTHOCT, peaKTuBmpaHe Wuin HeXeraHu cbbutna cbc 3abaBeHo
nposByieHne, CBbp3aHN CbC CUMMNTOMATUYHU I/IHCbeKLI,VII/I n nepcncTtmpaLimn

MHDEKLMU MPU MMYHOKOMMpOMeTUpaHu nauueHTm. ©°

Odpyrn daktopn, kKomuto TpsibBa pga 6baaT cbobOpaseHu BKKOYBAT
MbTULWATA HA €KCNOo3nUus, TapreTUpaHnTe OT reHHUTE NPOAYKTU OpraHu unu
KNeTkn, O4yakBaHaTa 4ecToTa Ha NPeXuBAEeMOCT, KakTO W WU3BECTHUTE
OHOBM HMBa Ha nNpPexuBAeMOCT B u3cneaBaHata nonynauus. [pwu
WHTErpypaHe Ha BEKTOpU W NPOAYKTM 3a pedaktupaHe Ha reHomun FDA
npenopbyBa AbATOCPOYHUTE MPOYYBaHUSA 3a MpocrnensiBaHe fa npogbiikat
15 roguHn, gokaTto 3a ageHo-acoummpaHuTe BupycHu Bektopu (AAVs) FDA

npenopbyBa 5-roaumiueH nepuog Ha npocnegsisaxe.®”

BaxHo e pga ce 3Hae, 4e LTFU wmoxe pa He e Heobxoammo, koraTto
OLEeHKa Ha pucka 3a cpaBHUTENHa anTtepHaTuBa (npunaraHa Mo Cblums
Ha4MH, C NOEHTUYEH CbCTaB) NoKa3Ba fnnnca Ha YCTOMYMBOCT Ha BEKTOpHAaTa
cekBeHUmsA. OCBEH TOBa, KOrato pUCKbT OT HEXenaHu cbbuTtus cbe 3abaBeHo
NPOSIBNEHME € HUCBK Cned eKcno3nums Ha NPOoAYKT 3a reHHa Tepanus, He ce

npenopwbyBa LTFU.

OnpenensiHe HeobxoaumocTTa oT LTFU (69

3a pga ce onpegeny ganuv 3a gageHuaT NPOAYKT 3a reHHa Tepanus ce
namckea LTFU wuscnenoBaHe, MHBECTUTOPUTE OTFOBapPAT NOCeaoBaTESNTHO Ha

crnegHuTe neT Bbpoca onucaHu BbB durypa 15.

[lokasaTtencrearta oT NpeaKknMHUYHUTE NpoyYBaHus moraT
AoONbAHUTENHO Aa 6baaT M3non3BaHM 3a OOMNbfIBAHE Ha OTrOBOPUTE Ha
Bbnpocu 3+5. OcBeH TOBa OLEHKaTa Ha pucka TpsibBa aa ce pasrnexaa kaTo
HenpekbcHaT npouec. C HaTpynBaHETO Ha AaHHM MOXe Ja ce Hanoxu ga ce
npepasrnegat cbuectsyBawmte LTFU HabniogeHus unm ga ce nHuummpar,

ako He ca 6unu npegBapuUTENHO NaHUPaHW.
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H3B0A

PKI1 ca TpaguUuMOHHMAT AM3aiH 3a reHepupaHe Ha gokasaTericTea
32 KINWHMYHM U3cnedBaHus, HO ca MpuapyXeHu OT peauua
nmmutnpawm daktopu. UHTerpmpaHeto Ha RWD B KnuHuMYHUTE
n3cnegBaHMsa MoXe fa goBefe A0 MNo-yCTOMYMBU MU3CrieoBaTernckm
NPOEKTN B CbOTBETCTBUE € HYXXAUTE HA MHOXECTBO 3aMHTEpecoBaHu
cTpaHu. [urutanusaumsita AaBa HOBW Bb3MOXHOCTM 3a OOMbliBaHe
n nogobpsBaHe Ha anHvé*ré, KouTo Ca TpaguUMOHHO M3NON3BaHu
Npu B3eMaHETO Ha perynatopHu pelleHus. CmsaTa ce, Yye ToBa LUe
nogodbpn TOYHOCTTa M YMECTHOCTTA Ha pelleHusiTa nNpes XuU3HeHns
LUWKBI Ha JageH npoaykt. Hama BBLNpoOC, Ha KOMUTO Aa MoXe Aa
ce otroeopu ¢ PKIN nnu RWE camocTtositenHo - 6orarctBoTo oT
pas3nnMyHM U3TOYHULIM Ha AaHHU U MeToAonorMm Tpsabea Aa ce
obeAMHAT, 3a QMAa p[Aanat nNblfieH OTroBOp Ha KOHKpeTeH

n3criegoBaTtesyiCKyu aHanus.

MpenBug orpaHMyeHnst 6pon naumMeHTn, KOUTO ca MManu SOCTbN A0
reHHa Tepanusi KbM HacTOAWMS MOMEHT, OcCTaBaT MHOrO
HEW3BECTHM MO OTHOLWIEHWE Ha AbMroOCPOYHUTE edekTn oT
NPUNOXEHNETO Ha Te3un 3apaBHN TexHonormn. LTFU HabnogeHusaTa
He camMo nomaraT Ha WHBECTUTOPUTE W wu3cnegoBaTenuTe aa
pasbepat U HamansaT pucka OT HeXenaHu cbOMTUA CbC 3abaBeHO
NpOsIBNIEHME, HO CbLUIO Taka pa3wupsBaTt 3HaHUATA OTHOCHO
pe3yntatute, KaTto MNPeaocTaBAT LeHHa MHopmauus 3a ToBa Kak
MOX€e Aa ce nogobpAT AbNrocpoYyHMTe 6e30macHOCT U edbmKacHOCT

Ha NpoAYKTUTE 3a reHHa TepanuA.
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NonynapHocTTa Ha cnopa3yMeHusiTa 3a cnofensiHe Ha pucka
(CCP), ocobeHo Te3u, 6basupaHu Ha 3apaBHU pe3ynTaTtv, CbBnagart u
BEPOATHO Ce pAbJiKaT OTYAaCTM Ha 3HaYUTeNHUA HanpeabK Ha
€AHOKpPaTHOTO MnpunaraHe Ha reHHUTe Tepanun, 4eCTO HapuyaHu

pereHepaTUBHM NeKapcTBa.

B TO3M cmucobn, cnopasymeHusita 3a cnopensiHe Ha
pucka (CCP) ca Bce no-yecto ynotTpeb6siBaH MeTon 3a
nocTuraHe Ha [OOroBOPEHOCTUM MexXxay nnatuute wm
npuTexartenute Ha paspeweHue 3a ynotpeba (MPY),
BKMOYMTENHO W NO OTHOLWEHME [OCTbMa Ha nasapa Ha
nHoBaTUBHUTE reHHu Tepanum. 'Y CCP npepacTaBnsiBaT HaGop oT
WHCTPYMEHTW, MMalM 3a Uen ga YnecHsaT JocTbna A0 HOBWM
Tepanun, Kato B MakCMmanHa CTeneH HeyTpanuaupart
HecurypHocTTa 3a aeTe ctpaHu - [1PY v nnatey. B cpepa Ha
ynpaBneHme Ha orpaHn4eHun OrooxeTn, OCHOBHO
npeau3BuKaTeniCTBO MNpeacTaBnsiBa MocTuraHeTo Ha 6GanaHc
MeXay YyBenvyaBaHe Ha nonsuTe 3a NauueHTuTe, KaTto
CbLUEBPEMEHHO CE€ CTUMynMpa MWHAYCTpUATa ga wuacneasa U
paspaboTBa NHOBATUBHU Tepanum B obnactu Ha
HEeYOOBMETBOPEHN HYXANW W OCUrypsiBaHE Ha [OOCTBbMNHOCT WU
YCTOMYMBOCT Ha (PUHaHCUpaHeTO Ha 3apaseonasBaHeTo. CCP
nMaT 3a uen ga ce cnpasBdAT C NPeamn3BUKaATENCTBOTO 3a AOCTbM,

npen KoeTto ca n3npaBeHn CUCTEMUTE 3a 3JpaBeola3BaHe.
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CCP ocurypasat Ha MPY Bb3aMOXHOCTTa ga nonyvat 6bp3 docmsbri oo
nasapa, nsnpeBapBalrku KOHKypeHUuusaTa, a OT rfnegHa Todka Ha nnartuute
CCP cnomarat 3a npeodorisieaHemo Ha HecuaypHocmma no OTHOLUEHWE Ha
NpeacTaBAHETO Ha HOBWUSA NEKaApCTBEH MPOAYKT M HEroBUTE LOENCTBUTENHU
KIMMHUYHU U MKOHOMWUYECKN pe3ynmamu B peanHu ycnosus. CCP ca gobpo
pelleHne, yaoBneTBOPSABALLO M HaW-BaHaTa CTpaHa — NauUMeHTUTe, Tbl
KaTo Te mMaT AOCTbN A0 HanW-HOBUTE NOTEHUManHO ePeKTUBHM neveHus. B
To3n cmucbn CCP npeacraBnsagaT 1 egHa gobpa nHBecTuumsi B cbbupaHeTo
Ha gokasartenctea. [Nnatuute ca no-6naronpusaTtHo HacTtpoeHn kbMm CCP,
KOUTO He [06aBAT agMWHUCTPATUBHM Pasxodn 3a TAXHOTO ynpaBfieHUe u
npocrneasisaHe Ha pesynrata, a WM pasyMtaT Ha MOHMTOpMpaHe Ha

npoLeaypu, KOUTO BeYe ce ocbllecTBABaT Ha TapreTHaTa nonynauust.!””

11.1. 3APABHA NONUTHKA Y NPAKTHRA

CCP 06uKHOBEHO Ca cmpo20o KOHghudeHyuasnHu, nopaan HannyneTo Ha
BbHLWHO pedepeHTHO LeHoobpadyBaHe, KOeTo 3aTpyaHsiBa [OCTbha A0
Hay4YHW NyGnukaumm, oT KOMTO MOXe Ada ce Yepnu MHdopmauusa 3a TaxHaTta
CTPYKTYypa, getannm n mexaHmamu. B LleHTpanHa n N3touHa Espona (LUME)
NpeanMHO, HO He camMo, Te ca U CPeACTBO 3a NOoCTUraHe Ha dughepeHyupaHo
ueHoobpasysaHe, KOHMMAEHUMANHOCTTa UM 3almTaBa apmMaueBTUYHUTE
KOMMaHUM OT BBLHLWHOTO pedepeHTHO ueHoobpasyBaHe. CCP ca MHoro
noBeye OT TexHMKa 3a ynpasneHue Ha HecurypHocTTa - B LIME Te ca u
asuraten  3a  cmapmupaHemo  Ha  UHmeegpupaHu — peaucmpu B

CblLEeCTBYBaLLMTE CUCTEMM 3a cbBUpaHe Ha AaHHu. (2

11.2. UENH HA CCP

Upes BbBexgaHeTo Ha CCP nnatumte uenaT ocuzaypsisaHe Ha 0oCmbIl
A0 neyeHne Ha CBOUTE NaUMEHTWU, HO Ha KOHgudeHyuasiHo 0o2080peHa U
cripasednuea ueHa, KOeTo HeyTpanmampa pucka no oTHOLLEHME Ha:
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1) pasnukute mexagy edpmkacHocT 1 epeKTUBHOCT;

2) nNpoABLIKUTENHOCTTA HA NeYeHue, C KOATO NPOAYKTbT
kanampartcTea npeg HCLPJIMT,

3) cpepHaTa [o3a, C KOSITO ce MpaBAT M3YUCIEHUATa Ha pasxoaa Ha
MnPy;

4) pasmepa Ha TapreTHaTa nonynauus.

N3BpoeHnTe puckose ca HeMmocunHM Aa G6baaT noeTu camo OT edHaTa

CTpaHa u nnaTumTe umar xenaHve ga ru cnogensar c [NPY.

11.3. TPRHCDEP HA PHCKA

TpaHcthepbT Ha pucka Moxe ga 6bae nog dopmara Ha:
= NbNHO obe3LweTeHne OT egHaTa CTpaHa;
= NPOMNOPUMOHASIHO pa3npenerieHne Mexay CTpaHuTe;

— [OroBOpeHu nparoBe, 40 KOMTO nnaTteubT Aa 3annawa 100% wn Hag
KOWUTO, A0 onpeaeneH TaBaH Ha obLLM pa3xoaun, pUCKBLT Aa € CnoAderieH B

paMKuUTe Ha JOroBoOpeEHN NPOonopLnn.

3a pa ce adpecupam ecudku puckose, kouto CCP Hocum KkakTo 3a
efQHaTa, Taka M 3a Jpyrata cTpaHa, € pegHo efgHa dapmaueBTUYHa
KOMMaHUa ga Ccu OTroBOPM Ha CrnegHuTe 8brpocu Npean pa crapTupa

npoueca:; 3™

1) KakBu ca noTeHuuanHuTe non3m? - no-6bp3 U eapaHmMupaH
AOCTbN A0 peumbypcayusi, usripesapsaHe Ha KOHKypeHuusTa unu

yCTaHOBsIBaHe Ha TpalHW napmHbOPCKU OMHOWEHUs C nnaTeua;

2) Konko cme curypHu, 4ye MOXEM Aa rapaHTupame 3apaBHUTE
Nnons3un, KOMTO NpeaocTaBa NPOAYKTbLT? - pa3bupame M AOCTAaTbYHO
nobpe OobaseHama ron3a Ha HaWwua NPOAYKT, pasnonarame nu ¢
HadexX0HuU usmepumersiu Ha 3apaBHUTE NOM3K;
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3) Paznonarame nu ¢ KOHKPETHUTE YMEHMUA U CNOCOOHOCTH, 3a Aa
CKIMIOYMM, BbBeAeM B MpakTMkata M agMUHUCTpUpamMe YCMeLwHOo
noao6HU cnopasyMeHuA? - nperoBopute ca AbJArM U NOTEHUWManHo
mMoraT fgda AgoBegar OO MHOXecmeo pas3xolu, Bb3MOXHOCTMTE 3a
aHanusupaHe Ha RWD He ca B egHakBa CTeneH HageXOHW 3a BCUYKK
ANarHo3n 1 nauyneHTCKU nonynauun, Karnayumembm 3a aHanu3upaHe Ha
AaHHWN € pasnuyeH 3a pasnuyHUTE KOMMaHUM N BbHLUHM JOCTaBYMLM HaA Ta3u

ycnyra Ca 4ecCTo npeanoyvntaHnda noaxon.

Mpeoun ga ce nperosaps ¢ nnaTuMte e Heobxoanmo aa ce nogbepe Han-
BApHaTa cmpameausi n Han-nogxoaawmart sug CCP. Kon cueHapun we 6bae
n3bpaH 3aBUCK OT UenTa — Janu ce uenu nocturaHe Ha no-gobpu pesyntatu
MO OTHOWEHME Ha pasxoOHama egeKkmueHoOCm, ONTUMU3aUMa Ha

6r00>kemHomo 8b30elicmeue NnNn NbkK N ABeTe.

11.4.BUA0BE CCP

Tbn kKaTo He ca NyGNMYHO AOCTBLMHU KOHKPETHU AaHHK oT CCP, moxem
Aa o06obwum Bngosete CCP BbB hurypa 16. B Han-o6w, nnan CCP ce genat
Ha TakMBa, KOUTO ce OCHOBaBaT Ha (PMHAHCOBW MoKasaTenu, U Takuea, KOUTO
Ce OCHOBaBaT Ha MokKasaTenu 3a M3MepBaHe Ha 34paBHUTE pesynTaTy Ha

npoaykta. ®

MpousBogutenute u nnatumTte npunarat Ham-yecto CCP, kouto ce
OCHOBaBaT Ha nokasaTenu 3a u3MepBaHe Ha 34paBHU pe3ynTaTu 3a FEeHHU
Tepanun, 3a Aa OTrOBOPSAT Ha puUcKa OT BUCOKWN NpeaBapuTenHn pasxoaum 1 aa
pasnpenenaT pucka Mo-paBHOMEPHO MeXAy 3auHTEepecoBaHUTE CTpaHwu,
y4yacTBallM B Lenms npoLec.
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CCP c namepBaHe Ha (pMHaHCOBM NoKa3aTenwu

C T1o3n Bug CCP ce uenu no-necHo v npeaBuauMo ynpasrieHne Ha
GroopkeTta. [laHHMTE, KOMTO 3ansraT B OCHOBaTa Ha CnopasyMeHueTo, moraT

aa 61:,an Ha HMBO NauneHT 1 Ha HMBO nonynauun4.
Ha HMBO naumneHT:

1) Patient Utilization Cap - orpaHumyaBa 6posi 4O3M HA HMBO NALMEHT,

Hag kouTo NPY 3annawa neYyeHneTo;

2) Price Cap - orpaHuvyaBa pasxoga Ha HMBO MauUMEHT, HaNpuvep gosa
3a naumeHtTn go 100 kr, Hag kosaTto [MPY 3anmawa nevyeHneTo Ha

KOHKPETHUA NMaUUNEHT,

3) Manufacturer funded diagnostics - «korato cneuuduyHaTta
ANarHOCTUKa, KOSITO CbMbTCTBA NIEYEHNETO HA KOHKPEHTUTE NauneHTH, e

3a cmeTKka Ha [PY;

4) Manufacturer funded initial treatment - koraTo HayanHoOTO Ne4vyeHue
e 3a cmeTka Ha NPY.

MpeanmcTea Ha CCP Ha HMBO NauMeHT:

=  nopgobpeH A0CTbMN A0 NEYEHNE;

=  NpeaBnaMun pasxonu Ha HUBO NMauneHT

—  He OKa3BaT BfINSHME BbPXY BLHLIHOTO peepeHTHO LeHoobpa3yBaHe.
Bapuepu:

=  NOBULLEHA agMUHUCTPATUBHA TEXECT;

=  U3NCKBaT Bpeme 3a 0b6paboTka Ha JaHHUTE,

= Halim4ymne Ha I/IH(*)OpMaLl,I/IOHHI/I CnctemMun, KoTo Aa no3sosrdBaTt TAXHOTO

BbBEXOaHe.

Ha HuBO nonynauums:

1) Market share - npepoctaBsHe Ha OOMbAHUTENHWM paboTK npu
npeBuLLIaBaHe Ha nNpeaBapuUTenHo aenHUpaH nasapeH osan;
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2) Price-volume - orpaHudeHune Ha obwmsa pasmep pasxoam 3a ganeH

NPOAYKT, Ypes criopasyMeHmne 3a KOHKpeTeH obeM;

3) Portfolio deal - «korato cnopasymeHneTo oOxBallia USNOTO

nopTtdonuo Ha lNPY, koeTo ce penmbypcupa oT nnateua.
Mpeaumctea Ha CCP Ha nonynayMOHHO HUBO:

=  NpeaBuaUMOCT Ha BroMKeTHUA pasxop;

=  [OOCTbN OO NeYeHue;

=  paswupsiBaHe Ha NOPTAPONIMOTO OT HaNNYHU BUAOBE feYeHuns;

=  OrpaHn4yeHa agMUHUCTPATUBHA TEXECT 3a TAXHOTO yrnpasrieHune.
Bapuepu:

= JncBa Bpb3ka Mexgy ueHoobpasyBaHeTo, peumbypcauusita u
KIMUHWYHUS CMUCBST OT BbBEXJaHe Ha KOHKpeTHaTa TEXHOMOors;

= Hanarat CbVIHaHCOBVI orpaHn4eHnAa BbLPXY Jie4eHNEeTo Ha NMauneHTUTe U

HE KacadT TakmBa, KOUTO yHacTBaT B KITMHUYHU U3MNMUTBaAHUA. (76)

CCP c namMepBaHe Ha nokKasaTes&in 3a 34paBHUTE pe3yriTaTu Ha

npoaykra

Te3n CCP BknoyBaT U3MepBaHe Ha pes3yntath OT pearnHus XXMBOT UMK
TakMBa, KOUTO MPOAYKTbT AEMOHCTpMpaA MO BPEME Ha EenVAEMUONOrNYHO

Npoy4BaHe.

CCP c unamepBaHe Ha nokKasaTtenu 3a 34paBHM pe3yntTaTu oOT

peanHna XmBoT

Llenta Ha TO3K Bug cnopasyMeHus e aa obsbpxat pemmbypcauunsaTa Ha
NpoAyKTa C KOHKPETHW nokasaTenu 3a 34paBHU pes3yntaTh, KOUTO TOW

NpenocTaBs, U3MepeHu B peanHus xueorT - real-world data (RWD). 7778

1) Outcomes-guarantee - nnarteybT HE 3aniawa nevyeHneTo rnpu nurica

Ha edpekT, T.e. [1PY rapaHtnpa 100% edpekta oT nevyeHneTo (Hanpumep
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ne4veHune Ha xenatut C);

2) Patient level - 3a Bceku KOHKPETEH MauUWEeHT, 3a KOWTO MMa AaHHU, Ye
neyeHneto He e poseno Ao edoekt, MPY 3annawa neyeHWeTo Ha
KOHKpeTHUS nauneHT (Hanpumep, MNPY 3annawa obpaTtHO nevyeHneTo 3a
0CTeonopo3a, Npu NaumeHT ¢ ppakTypa Ha TasobeapeHa cTasa);

3) Population level - B T031 Bug cnopasymMeHus pUckbT Ce U34mcnsBea
enuaeMmnonorMyHn JaHHu, Hanpumep 3a CMbPTHOCT MNPU KOHKPETHa

AnarHosa;

4) Conditional treatment initiation - korato penmbypcaunsita obxeaLla
camo onpegeneHa nauvMeHTCcKa nonynaumsa oT TapretTHaTta nonyrnaums -
HanpuMep, BUCOKOPUCKOBUTE MaLMNEHTU M U3KMNIOYBA TE€3N CbC CPEAEH U

HUCBK PUCK,

5) Conditional treatment continuation - peumbypcauusaTa
npoAbikaBa camo 3a Te3n MaunmeHTU, KOMTO ca MOCTUTrHANIM KOHKpeTeH

MEXOMHEH pe3ynTar.

MpeanmcTBa:

ocurypsieat AoCTbM A0 NEYEHNE;

KNMUHMYHO oBocHOBaHa peumbypcauuns;
HanuMyme Ha anTepHaTUBK 3a fieYeHMe.
Bapuepu:

NO-CNOXHO aAMUHUCTPUPAHE;

HacTporBaHe Ha NHGOOPMALMOHHUTE CUCTEMMU;

BpeMe 3a 0b6paboTka Ha AaHHMW.

BbvBexxgaHeTo Ha To3un Bug CCP e ycnewHo, korato e gobpe npneto ot

KIMMHNUYHUTE INeKapu 1 OT nnarteua. OT ronsiMo 3Ha4yeHue e HannuneTo Ha

3HA4YNMN KIMMUHUYHW pe3ynTaTtn, KOUTO MoraTt Ada obaat n3MepeHn 3a

CpaBHUTEINHO KpaTKO Bpeme M HE Ha nocrieaHo MACTO Ada ce I'Ipeﬂ,qul/lHlea

aobpe HanmuuMeTo M AO0CTbMbLT A0 WM3TOYHMLM Ha MHOpMauUMs, KakTo U
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BbBNMYaAHETO Ha TpeTa cTpaHa nNpu obpaboTkata Ha AaHHUTE.

CCP c usmepBaHe Ha nokasaTenu 3a 3apaBHU pe3ynTaTu No Bpeme

Ha enngeMnosZiormn4Ho npoy4vyBaHe

Llenta Ha TO3M BMA cCrnopa3ymMeHuss € ga rapaHtupaTt peumbypcauums,
caMmO Korato npoayKTbT € B KIAWHMYHO MNpOyYBaHe WM NOo BpeMe Ha
nevyeHneTo ce nposexaa obcepBaLMOHHO Npoy4YBaHe, Hanpumep - only with

or in research.

Bcekn eamH oOT pasnuyHuTte BMOOBE CrNopasyMeHWs WuMa CBouTe
npeanMcTBa n HegoctaTbuUW. 360pbT € BbNpOoC Ha ynpaBfieHCKO PeLLeHnE 1
TpsibBa ga Obae HanpaBeH BHMMATENHO CaMO cried KaTo ca pasrnegaHu
BCUYKN BB3MOXHU cueHapum n 6bae msbpadH Ham-noaxogawmaTt sug CCP
puycKa 3a KOHKPETHUS MpOAYKT, MHAMKAUUS, TapreTHa nonynauus, Hanudme/

Jinnca Ha aaHHW.

H3BOA

— [onemuTte aBaHCOBM pa3xoau, CBbpP3aHn C NPUMNOXKEHNETO
Ha edHOKpaTHaTa reHHa Tepanus, nanarat lnatunte Ha
MHOIO MO-BMCOK PWUCK B CpaBHEHWE C TpaguLMOHHUTE
Tepanuu. CCP, 6asvnpaHu Ha 3apaBHUTE pe3ynTtatu, morat

Aa HaMansaT TO3U PUCK;

— Jluncata Ha paHHM 3@ ObArOCPOYHM pesynTtatM  3a
NauueHTUTe 3a reHHU Tepanuu npaBU KMHBECTUUMATA B

TE3U JIEKApPCTBa C BUCOKA LieHa PUCKOBaAHAa,

= 3a pa dyHkumoHupat npasunHo CCP, 6asuvpaHu Ha
3apaBHW pes3yntatn, pesyntatute Tpsbea ga 6bvaar
N3MEPUMU N KITMHUYHO 3Ha4YMMW. ToBa MOXe [a M3MCKBa
AONbIIHUTENHO pa3paboTBaHe Ha KpanHa ToYKa 3a HAKOU

npon3BoOnNTETIN.
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MHoro ce e NnPOMEHUIIO MO OTHOWEHME Ha eBoJilouuAaTa B
HaykKaTa KaTto UAno, HO nNnpoMAHaTa B €BOoJ1lOUMNATa Ha MUCIIEHETO 3a
TOBA KakK Aa ce 3arjiawat n npegoctaBAT TakmBa MHOoBauunn € MHOro

manka. &7

Hanpumep, Zolgensma - TreHHa Tepanusi, M3nonsBaHa 3a
neyeHneto Ha CMA Ha Novartis, ce oueHsaBa Ha 2.125 munmoHa
LaTCkn gonapa, KOeTo s MnpaBuM HaW-CKbMOTO JflekapCcTBO 3a
elHOKpaTHa fo3a Ao MomeHTa. ®® Twil kaTo noBeye reHHU Tepanuu
ce ogobpsiBaT 3a MHAMKaUMW, 3acdrawim no-ronsmMa nonyrnaumsi oT
nauneHTn, pasxoguTe MoraT [fa 3aemaT 3HauuTenHa 4Yact oT
OogkeTa 3a 3gpaBeonasBaHe. Crnoped NpPOrHoO3M nNpubnNM3nTenHo
350 000 nauuneHTn ce ovakBa ga 6vaat nekysaHun ¢ 30 0o 60 reHHu
MHoBaTMBHM npoayktn oo 2030 r.

Bcunukun 3aunHTepecoBaHn CTpaHM WMaT onaceHnd, Kacaelwn
OoCTbna n chHchmpaHeTo Ha reHHUTe Tepannn:

* MNauneHTuTe ce npuTecH4aBar, ye OOCTbMbT 0o
XMBoToCnacdBally nekapcrtBa MOXe Oa O6baoe HenocuneH 3a
TAX, npeasnn o4akBaHUTE BUCOKN pa3xoau,

* MnatuMte M OocTaBYMUMTE NnallaT BUCOKM NpenBapuTenHu
pasxoau 3a Tepanuu, 3a KOMTO BCE Ollle HAIMa [O0CTaTb4HO
AoKasaTtencTBa B Nojkpena Ha NporHo3MpaHUTe AbNroCPOYHM
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Bb3HuKkBaLLM hHAHCOBM Mogenu

MON3u Mo OTHOLLEHWE Ha TepaneBTUYHUSA UM edeKT 1 3a KOMTO nonsaTta
BCE Ollle He MoXe Aa ObAe HambIIHO XapakTepusupaHa; nonsu no
OTHOLLEHME Ha TepaneBTUYHUS UM edeKT M 3a KOUTO CTOMHOCTTa Bce

oLe He MOXe [1a OGbJie HaMbIHO OXapaKTepusnpaHa;

* BlomkeTHOTO BbBL3OENCTBME CbLIO € OT 3HayeHue 3a nnatuute wu
AocTaBuMuMTe, OCODEHO 3a Tepanuu 3a nedyeHne Ha ronam 6Gpown

nauueHTu;

+  VIHOBaTUBHUTE KOMMNaHWW, KOUTO MHBECTUPAT 3HAYUTENHW pecypcu B
pa3paboTBaHeTO, NPOM3BOACTBOTO M BbBEXOAHETO Ha Te3n Tepanuu Ha
bapmaueBTMYHMA nasap, ca 3arpwxeHu, 4Ye cucTemMute 3a
Bb3CTAHOBSIBAHE HA pa3xoau HSMa [a OTYMTaT HambIHO Monsarta, KoATo

TepannnTe NpegocTaBAT.

Bcuukn 3anHTEpecoBaHM CTpaHW Ce HyXOasT OT HOBM MoOAenu Ha
3annatliaHe u puHaHcupaHe Ha reHHN Tepanuun, KoUTo Aa ca aapecupaHn Kbm
pellaBaHeTo Ha Te3u Kno4voBu npobnemn. Hama yHuBepcaneH noaxos, KOeTo
O3Ha4aBa, Ye ca HeobxoaMMu OnuUMKU U KOMOUHALMN OT (OPMHAHCOBU MOAENM.
MopgenuTe Ha 3annatiaHe 1 LieHoobpasyBaHe, KOUTO afekBaTHO banaHcupat
AOCTbMa M oleHaBaT B AocTaTbyHa cTeneH nevyebHute Tepanun, Tpsbsa aa

ObaaT NPUOPUTETHN.

,PasnnyHnte metoam Ha nnawaHe umat pasnuyHU noaxoau. B kpaiiHa
CMeTKa, 3aCUITeHOTO CbTPYAHUYECTBO M AManorbT MeXay 3auHTepecoBaHuTe
CTpaHu MoraT [a NMoMOrHaT 3a npunaraHeTo Ha Mofen, Han-noaxoasil 3a

KOHKpeTHa uenesa rpyna.” ®4)

- okrop Uoxan-Matunac I pag ¢orH gep LLlynenbypr

Mo-pony ca npeacTtaBeHUM HSAKOM OT HaW-uU3non3saHute UHaAHCOBU
MOAenn 3a 3annallaHe Ha reHHU Teparnu.
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Bb3HMKBaLLM hMHAHCOBM MOoAenn

AHIOUTETHU BHOCKMU

AHIOUTETHUTE BHOCKW, HapuyaHum owe ,aMOopPTU3auMOHHK" UK
JIN3NHIOBK", OTrOBapsAT Ha MOBEYETO KpuUTepunm 3a npeanoynTaHun
mogenu. lNpu Te3an mopenu nnawaHuaTa ce pasnpedensaTt 3a onpegeneH
nepuog OT BpPeEMe, KaTo MO TO3M HaAYMH Cce HamansaeaT ronemute

npeaBapuUTENHN pasxoau.

npe,EWIMCTBaTa Ha aHIOUTETHUTE BHOCKU BKITHOYBAT.
= Bb3HarpaxgeHmne Ha mHoBaununTe,

—  TNpuBeXaaHe Ha pasxoauTe B CbOTBETCTBME C Mepuoaa oT Bpeme, npes

KOMTO obe3slieTeHnsTa ce npegocTaBAT HaA NaUMNEeHTa,

= HamMalrneHnme Ha NbpBOHAYAlIHOTO OloaKeTHO Bb3OENCTBME BbpXY

nnaTteua u/vnn JocTaBuuKa;

= HamallieHne Ha nbpBOHA4YarHUTE pa3xoau, KOUTO npeacraBiaBat

Gapuepa npea AocTbha 40 NaLUEHTN.

Bapwuepwu npen Te3n Moaenu BKNoYearT:

=  MOCTUraHeTO Ha cbrnacue OTHOCHO pa3mepa M NPOABLITKUTENHOCTTA Ha
nnawaHeTo €  KynyBaya  (OOCTaBYMK,  WHCTUTYUMsiTA,  KOSITO

agMUHUCTpUpa TepanuaTa, nnartew);

= npomMmdaHa B CHETOBOAHUTE TMpaBwuila Ha nrateua Cb06pa3H0 yCcrnoBuATa

3a nnaLwlaHe;

= B CliydaunTe Ha CUCTEMa C HAKOJIKO nnarteua, ako nauneHTUTe CMEeHAT
3acTpaxoBaTesiHnA CU niaH, ToBa MOXe a O3Ha4YaBa, Y€ NauneHTbT Ce
nokpuBa OT e€OuH 3acTpaxoBaTersl, KaTo pa3xoaute 3a Jie4YeHune

npoAabIpKaBaT a Cce 3annawart OT npeaxoaeH nnaTted,

= NOTEHUNANHOTO Bb34ENCTBUE BbpXY 3aKOHOYCTaHOBEHUTE OTCTBLIKN.
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Bb3HMKBaLLM hMHAHCOBM MOoAenn

2) 3annawaHe, 6asnpaHo Ha 4OrOBOPEHU pe3ynTaTu

Mpwn To3nM Moaen 3annaljaHeTo ce M3BBLPLLUBA Bb3 OCHOBA Ha KITUHUYHU
pes3ynTtatu B TepaneBTMYHATa MpakTuka. TOo3n Moaen e noaxodsil, KoraTto
[okasaTtencreata/npeavkTtopute 3a TpaeH edeKkT ca Oo4YeBUaHN B
KPaTKOCPOYEH MraH (OT HSKOMKO Meceua A0 HSKOMKO roAuHM) U Beye ca
XapakTepusvpaHn B KIUHWYHW M3NUTBaAHUA. TakbB TUM MOAENU W3UCKBAT
BbBEX[aHe Ha PerucTpu c AaHHU, B KOUTO NaUMeHTUTe Oa ydyacTeaT B
nocrnenBaluyM [OeicTBus cnen  nedveHneto (8ux  pasden 9) ¢ uen
npocrneasisaHe Ha pesyntaTuTe OT NIeYEHMETO Ha HMBO MALUMEHT U Ha HUBO

naumMeHTCKa nonynauuna.

ﬂpenleCTBaTa Ha TO3n ™MoAdeslr e, 4e ce eliMMhnHUpa pPUCKbT 3a
annallaHe npum Heycnex oT Tepanudta, HO BpeMeTO 3a roJjiydaBaHe Ha

OTrOBOp KbM TepanusTa MoXe Aa npeactaensBa 6apuepa.

3) Npe-3acTpaxoBaHe

MNpe-3acTpaxoBaHeTo € BuO (UHAHCOBO CrnopasyMeHue, KoeTo
orpaHM4yaBa pucka OT HeouvakBaH Mpar Ha LeHa uUnu obem Ha neveHue c
BUCOKa LUeHa. lpu nunca Ha NpOMEHVM B MOAENUTE Ha nnallaHe unm
(bvHaHcMpaHe, npe-3acTpaxoBaHETO MOXe [fa ce  u3fnon3ea ¢
npeaBapuTeneH, eqHOKpaTeH MO Ha nrallaHe, 3a Ja KOMMeHcupa BCSIKO
KPaTKOCPOYHO OlOKETHO Bb3geilcTBue 3a NevyebHM Tepanuu C BUCOKA
ueHa. [lpe-3acTpaxoBaHeTo MOXe Oa ce KOMOMHMpa C nepuoauvyeH unu
GasvpaH Ha pe3ynTaTuTe Moden Ha nnailaHe, KaTo 3acTpaxoBaTensaT noema
3a0bIDKEHMETO 3a MnallaHe M ce Bb3MoNn3Ba OT BCUYKUM OTCTBMKU UMK
Bb3CTAHOBSABAHUS, aKO MaLMEHTbT He MOoNy4ynM [OroBOPEHUS KITUHUYEH

pesynTaT OT TepanuaTa.

MNMpeanmcTBa:

—  MeXaHW3MuUTe 3a npe-3acTpaxoBaHe GraronpuATcTBaT orpaHuyYaBaHEeTo
Ha UKOHOMMYecKaTa TEXeCT BbpXy NaLUEHTa;
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Bb3HMKBaLLM hMHAHCOBM MOoAenn

= npunaraHe BbB BPEMEBM paMKW, KOMTO He Ouxa BbINPensTcTBanu

npuemMaHeTo Ha NpPoayKTa;

=  [OCTaBYALUTE U WHCTUTyUMMTEe He ca obe3cbpyeHn [nOa npunaraT

ne4yebHM Tepanuun nopagn pasxoau.

Bapuepwu:
=  BB3MOXHOCT 3a yBeNnunyaBaHe Ha pa3xoauTe nopanuv HOB nasap;

= Nno-4eCTh " NO-BUCOKKN pa3xodn 3a NCKOBE.

4) O6eguHsBaHe Ha puUcka

ObGeanHsiBaHETO Ha pucka e Mogen, KOWTO BKMHYBA 4acTHO W/unu
AbpXaBHO (UHAHCMpPaAHE OT HSIKOMKO 3aUHTEpPecoBaHWM CTpPaHW, KOWUTO
pa3npeaensT YyacT OT CBOUTEe NpemMun/OlompkeT 3a rpyna naumeHTn, KOUTO
OTrOBapsiT Ha YCnoBusiTa 3a JNEeYeHWe CbC CbOTBETHATa FeHHa Tepanus.
MexaHuamnte 3a obeamHsiBaHe Ha pucka MoraT ga paboTdaT, koraTo mma
CcTabunHOCT B 3ApaBHATa cUcTema, NPO3pPavyHOCT M CbrnacyBaHOCT Ha
MHTEPECUTE Ha KIHOYOBUTE 3amMHTepecoBaHW cTpaHu. ObeauHsIBAaHETO Ha
pucka, chokycMpaHo BbpXy MPOAYKTOBM KnacoBe unu obnactu Ha Gonectw,
TpsibBa fa 6bae CTPYKTYpUpaHO MO TakbB HAYMH, Ye Aa He NoCcTaBsi HEHYXXHO

AOMbIHUTENHO (PMHAHCOBO Bpeme BbpXy NauMeHTUTe.

MpeaumcTBa:
=  NpeaBuaMMOoCT Ha BrogKeTa Ha nnaTyuTe;
= npegoTBpaTaBa HebnaronpusaTHUA Nogdop Ha rpynn NaumeHTw;

= MOXe pJda ce koMbuHMpa C OpyrM MoOAenu Ha 3annaiwiaHe
(npepgBaputenHo ¢ wunu 6e3 rapaHuus 3a BpbWaHe Ha napute Bb3
OCHOBA Ha [OroBOpeHu pe3yntatv unm nepnmognyHo nnawaHe ¢ unu 6es
rapaHums 3a U3nbiHEHNE);

= no3BoJjidiBa aBTOHOMHOCT Ha nnarteua npmu B3eMaHe Ha pelleHnAa 3a
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Bb3HMKBaLLM hMHAHCOBM MOoAenn

NOKPUTUE, KAaTO CbLLIEBPEMEHHO HamarnsiBa (OMHAHCOBUS PUCK.

5) KpeauTteH mopen

KpeanTtHuat mogen moxe ga 6bae nog dopmarta Ha TpeTa cTpaHa -
UHaAHCOB  MOCPefHMK  Mexgy  npoussBoguTen WM nnatey  Unu
AocTaBuMK. TepanuuTe ce npogasBaT AMPEKTHO Ha TpeTata cTpaHa (4acTHO
nuue nnu poHa), crnen KoeTo ycrioBuaTa 3a nraillaHe ce O0roBapsaT mexagy
TpeTaTa cTpaHa 1 nnaTteua unmn goctaByvka. Tasu onuusa Moxe NoTeHuManHo
Aa paboTn CLBMECTHO C aHUTETHUA Mofen, 3a Ja HaManu pucka oT
HennaiwiaHe Ha npou3BOAMTENS W [a Ce rapaHTupa nnawiaHeTo, Korato

nauneHTbT CMEHWN 3acCTpaxoBaTen4.

6) MaumneHTCcKa nomow/cyocmana

lMporpamnte 3a nognomaraHe Ha nNauneHTuTe u cybcngmmte druxa mornm
Aa noMorHaT 3a NokpuMBaHe Ha COOCTBEHMTE pasxoau Ha naumeHTuTe 1 Aa
HamanaT TexecTra Ha  pasxogute 3a NauuMeHTuTe U TexHUTe
cemenctBa. AgantTaunute unn mogndumkaummTe Ha Tesn nporpamu, Korato ce
n3nonseaTt B KOMOWHaUMs ¢ MogenuTe, onucaHu no-rope, 6uxa mornu ga
ObAaaT YacT OT pelleHue, KOeTo cMekdaBa npobrnemmTte ¢ OOCTBLMHOCTTA 3a

onpeaeneHn naumeHTu.

7) HealthCoin®'- ¢uHaHcoB Mogaen, koTo npeobpa3syBa HapacTBawuTe
pesynTaTu, Nony4yeHu oT feYyeHne ¢ Tepanusi, B o6LLa Tbpryema BarnyTta KaTo
eKBMBarneHTU 3a rogmHa xmneoT. O6Bbp3Ba LieHaTa Ha TepanusTa ¢ nauueHTa
Nnpes3 uenus My XueoT. To3n MHAHCOB MOAEN € NPUMOXUM Mpu nasapu cbc

3acTpaxoBaTesiIHO NOKPUTUNE 3a 3p,paBeonasBaHe.(86)

8) CknouBaHeTO Ha JOrOBOPU C OTCTBHIMNKKU

HecboTBeTCTBMETO MeXAYy BpPemMeTo Ha pasxoaute Ku edekra npwu

reHHuTe Tepanmn e MHOTIo no-ron4amo, OTKOJIKOTO npu noBe4ye
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Bb3HMKBaLLM hMHAHCOBM MOoAenn

KOHBEHUMOHAINIHA W XPOHUYHN TJEeYeHU4. ToBa Hanara wu Hy>XOgaTa 3a
CKno4yBaHe Ha [JoroBopn 3a OTCTbIKA, KOUTO I'IO,EI,O6pF|BaT OoCTbna Ao

reHHnTe Tepannmn Ha nauneHTmnTe B EBpona.

PUrypA 17. AoCcTtbn OO FrEHHU N KNETHYHU TEPANUN B CTPAHU B EC

Hoctbn ao:
TepmaHua ®paHumA Utanua Benuko6putaHua Wcnanua

Kymriah

Yescarta

FeHnn Tepanuu  Imlygic

Luxturna

Strimvelis

Zalmoxis
KneTbuHu Tepanuu
Alofisel

Bcekn oT mogenute uma npegumMcTBa M HegocTaTbUM, W HOCU
npeausBMKaTencTea nNpu WU3MbIHEHMETO. AKO ca paspelleHn U MpueTu
MHOXXECTBO ONUUK, TakaBa MBKABOCT OM Morna aa oTroBOPW Ha HyXAWUTE Ha
peovua 3avHTEpPecoBaHW CTpaHM W [a [Oade Bb3MOXHOCT 3a K3bop U
aganTypaHe Ha MoAenu Ha nnawaHe U (UHaHCMpaHe KbM KOHKPETHOTO
npunoxeHne. XapakTepUCTUKUTE Ha nNpoAayKTa, HyXauTe Ha nnaTteua,
HacCTOSILLMTE MEeXaHW3MU 3a Bb3CTAHOBSIBAHE HA PasxoguTe M HyXauTe Ha

MHOBaToOpuUTE MOraTt Aa Bapupart B 3aBUCMMOCT OT KOHKPETHUA cnyqa|7|.

Hanpumep, Xapsapg [lvnrpum v gpyrm nnatum B Macadysetc cu
CbTpyaHM4aT, 3a ga paspaboTaT mMoaen 3a aHWUTEeTHO nnalaHe, OCHOBaHO
Ha pes3ynTaTu, 3a 3annawaHe Ha Zolgensma. ®uHaHcMpaHeTo Le BKI4YBa
MbpBOHA4YanHa BHOCKa WM MocriedBalln roguiHn nnawaHnd, YMaTo LeHa Lwe
Obade onpegeneHa Bb3 OCHOBaA Ha TOBa KakK MauMeHTUTe pearupaTt Ha

Tepanusita BbB Bpemeto. &7
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Bb3HukBalwm mnHaHcosn mogenu | Isasog

Bcuykn 3anHTEpecoBaHn cTpaHu TpsibBa Aa cv CbTpyaHuMyar,

3a [ga onpegendar CTOMHOCTTAa Ha reHHUTe Tepanuu U Aa
peuHmpar HoBM Mogdenn Ha nnawade. Bwbnpekn ye
MHBECTUUMATA MOXE [da HadBuMWKM  Bb3BpblUaemMocTTa B
KpaTKOCPOYEeH nMnaH, AbArocpovHuTEe non3m we 6baaTr
3HauYUTENHKN, KOoraTo Ha nasapa ce MosiBAT NoBede Tepanuu u ce

JIEKyBaT 3Ha4YUTEJIEH 6pOIZ nauyneHTn.

, Ipsibea O0a mucnum u pabomum 3aedHo, 3a 0a rnpedocmasum Ha

nayueHmume meparnuume, om Koumo ce Hyxdasm.“ (88)

-Aua Hpaasro-Cumomn,

AupexTop Ha otAea HMuoparusan repanun, EMA
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BbaeLm nepcnekTnBm U NPOrHo3u

MpoaoyktTnte 3a TreHHW Tepanuu ca Ha NbT ga npeobpasar
6uoapmaLieBTVYHATa MHAYCTPUS npe3 crneasawmTte roamHn. % MuoxectBo
WHBECTMLUMM Ce BNMBAT B KOMMOAHWW C pasfiMyHa 3pssiocT, Bapupawm OT
cTapTbnu go ronemu dapmaueBTMyHn komnaHum. Camo npe3 2018 r.
WHBECTUTOPU ca  BROXWUNM Hag 13 mMunmapga LWwaTckum gonapa  BbB
BMCOKOTEXHOSIOMMYHN Tepanuu, BKAKYUTENHO KNeTbYHa, FEHHA W [EHHO-
mMoauduLmMpaHa kKnetbyHa Tepanus. ToBa curHanusMpa 3a HapacTBalla
YBEPEHOCT W MHTEPEC KbM CMOCOOHOCTTAa Ha Tepanuite [a nekyeBat
3abonsBaHus, KOUTO TPaAWUMOHHO ca 6unn TPyOHUM WM HEBBL3MOXHWU 3a
nevyeHue. C nose4vye ot 900 komnaHum B cBeToBeH mawad u Hag 1000
KNMUHWUYHW U3NUTBAHUA 3a KNeTb4YHa U / UNu reHHa Tepanus, KOMTo B MOMEHTa
ce npoBexpaart, ce o4YakBa BbJlHa OT ogobpeHus. NporHo3nTe coyar, Ye cnea
2025 r. we ce opobpsieat oT 10 go 20 HOBM Tepanuu roguLLHO, KOETO

BEPOSITHO LLie ce yckopu ¢ BpemeTo. 2091

BbNpeku HOBUTE MEXaHW3MWU Ha OEiCTBME W MOTeHUMarHuTe neyeGHu
CMOCOBHOCTM Ha MPOAYKTUTE 3a FeHHU Tepanuu, HACTOSILLMST nasap He e
noAroTBeH 3a WupokomallabHo ofobpenme. ") Kakto reHHnTe Tepanuu, Taka
W MpoLecuTe U TEXHONMOTWW, KOWTO MoAnoMaraT TSXHOTO pasBUTUE W
[OCTaBka, Ce pasBMBaT W3KMIOUMTENHO 6bp30. B pesyntaT Ha ToBa
KoMMaHUUTe TpsiGBa Aa ce CNPaBsT C peavLa TEXHOMOMMYHN, OnepaTUBHU W
perynaTopHu npeamsBuKaTencTea. TpaauLMOHHUTE GU3HEC M omepaTUBHM
MOZENIM Ha KOMMaHWWTE He Ca ONMTUMAMHW 33 NePCOHANMU3UPaHu NpOAYKTU
KaTo reHHUTE Tepanuu, KOUTO M3NCKBAT NpPeLnsHo cHabasiBaHe ¢ MaTepuany,

npocrneadaBaHe n 4OCTaBKa.

MbpBaTta cTbnka B MoauMduUMpaHeTo Ha Ou3Hec NpOCTPaHCTBOTO B
aganTupaHeTo Ha Obaewm npobumBm B CbBpEMEHHaATa MeauumHa, € 4pes
narpaxxgaHe Ha HOB mMopgenn — T.Hap. “value chain” wnu Bepura Ha
cronHoctTa. @ Value chain e nopeavua ot BmM3Hec onepauun, Npu KOUTO
nonesHocTTa ce AobaBs KbM CTOKUTE U yCnyrute, npeanaraHm ot dmpmara,
3a noBulIaBaHe nonsarta 3a knueHta. durypa 18 npegoctaBs cxemaTuyeH

npernea Ha CTOMHOCTHaTa Bepura Ha NpoAyKTUTE 3a reHHU Tepanuu.
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BbaeLm nepcnekTuBm U NPOrHo3u

KomnaHunata Novartis 0BMKHOBEHO M3MOn3Ba MbTHUYECKM CaMoneT 3a
TpaHcropTa Ha Kymriah ot Espona go CveauHenute watn.®? Mopaau
3abpaHa 3a nbTyBaHe MexXay [nABaTa KOHTMHEHTA B HayanoTo Ha
naHgemMusTa, TepanusaTa e CnpsHa Ha rpaHviua U goctaBkaTa € HeycneluHa.
Bnocnenocteue, Novartis npaBu u3sBneHMe, 4Ye UMa ,, OCUTYPEHMU
anTepHaTUBHM onuun® Ha npartkaTta, 3a Aa ce n3berHaTt 3akbCHEHUH, KOUTO
6uxa Mormv fda noBmussaT Ha nevenuneTo.®®  MexayBpemeHHo,
napTHbopckaTta opraHusauus ,Be The Match” cbobwasa, ye nogabpxka
NOCTOsIHHA BPpb3Ka C MApTHLOPW MO LEenna CBAT 3a 4OCTOBEPHA MHopMauus
OTHOCHO YCroBusiTa Ha MACTO M NOTEHUMANHOTO NpeKbCBaHe Ha BepuraTa 3a
AoctaBkM. 3a ga ce npeodonesar orpaHuMyeHusitTa npeg cBoOGOAHOTO
NMbTyBaHe B paMKUTE Ha WU Mexay OTAEeNHUTE ObpXaBW U Oa ce cBede Ao
MUHMMYM MPEKbLCBAHETO NPU AOCTaBKaTa Ha reHHu Tepanuun, 6e HeobxoaMmo

Aa ce NocCTtaBAT noad BblpoC MHOXECTBO CLEHaApPUN:

= Kak mMoxe ga ce rapaHTupa AOCTbMbT Ha KypuepuTe OO0 onpegerieHa
nokaums?

—  KakBu mMepku ca HeoGXxoaMMK, ako KypuepbT ce pasbonee rno Bpeme Ha

MbTyBaHe 1 6bae NocTaBeH nog kapaHTuHa? &)

HabniogaBa ce n 3abaBsiHe B KIMMHUYHUTE MPOYYBaHUS 3a HOBWU FEHHU
Tepanuu. KanauuTeTbT 3a nNoAroToBKka W JfevYeHne Ha nNaumeHTn c
ekcrnepuMeHTanHm Tepanum B G0ONHUYHA ob6cTaHoBKa MoXe Aa 6bae MHOro
NO-OrpaHMyeH, Tbh KaTo OOMHMYHUTE pecypcu ca MNpPUOPUTETHM 3a
3abonenute ot COVID-19. Jluncata Ha pecypcu 1 HamaneHuaT GroaoxeT ca
OCHOBHW Npeau3BuKaTencTea, ocobeHo 3a CTapTbh KOMMaHUUTE , KOUTO ca
NpskoO 3aBMCMMW OT [OoCTbMa OO0 KanuTan, 3a da noaabpxar

nacneposatenckute cu yeunust: &Y

FeHHUTe Tepanuu n epaTta Ha U3KYCTBEHUSI UHTENEKT

B'bl'lpeKI/I 4ye € pPeBOJIIUMOHHA METOoOOoJ10InA 3a JiedeHne, ycnexoT Ha
reHHata tepanna ce ObJIXU Ha npeuyn3HoTo Haco4dBaHe Ha TepaneBTUYHUA

reH KbM npaBUIMHNTE KIETKN U NpaBUITHATa TbKaH. B npoTnBEH Cﬂyanl,
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BbaeLm nepcnekTuBm U NPOrHo3u

reHHaTa Tepanna MoXe NnoTeHumanHo aa npegussuka mytauum B [HK, kouTto
Aa NPUYUHAT No-ronemMu 34paBocroBHM npobrnemmn 3a nauueHTa. OcBeH
NpaBUnHUS KreTbYeH noabop, ekcnepTute Ha FeHHUM Tepanuu Tpsbea Oa
n3berHat HeBofiHaTa akTUBaLUMs Ha reHa B 3apOoAuvLLHMTE NMHUW, KaKTo U Aa
HanpaBsAT TOYHA OUEHKA Ha eCTEeCTBEHUTE MMYHHM OTFOBOPU Ha OpraHuM3ma

KbM BUPYCHUTE BEKTOPU, KOUTO HOCAT reHHo-moandpuumpawima OHK tosap.

KnoyoBOo pelwleHMe 3a cnpaBsHEe C  BCUYKM  FOPENOCOYEHU
npean3BuKaTerncTBa € reHOMHOTO CEKBEHWPAHe - TeXHWKa, KOATO pasrpaxja
n nogpexana pasnuyHute komnoHeHT Ha [HK, 3a ga ce yctaHoBu no-gobpe
TAXHaTa QYHKUMA B paMKUTE Ha obwmsa reHeTudeH kog. Yosewkata [OHK
obaye ce CbCTOM OT HaA 3 MUNUapaa TakmBa KOMMOHEHTA U aHanM3npaHeTo
Ha TOMKOBa WH(opmMaums 4Ype3 TPaaWUMOHHU CTATUCTUYECKM TEXHUKU €

©aBHO 1 N3NCKBA MHOIO PECYPCM.

MawwuHHOoTO 0b6yyeHne (ML) e egHa OT TEXHUKUTE, W3MNON3BaHU B
n3kycteBeHns wuHTenekt (Al), 3a cb3gaBaHe Ha aBTOMaTU3UPaAHO
WHTENUreHTHO noBefdeHne 4pe3 obpaboTka Ha crtaTucTuyeckun gaHHu. ML
npenocTaBs Bb3MOXHOCTTA aHanu3bT Ha OFPOMHU U CIOXHM AaHHU Aa Obae

NOCTUTHAT I'IO-6'bp30, TOYHO U eCpeKTI/IBHO.

1) FTeHOMHO ceKkBeHupaHe

ML vyckopsiBa aHanuM3a Ha CeKBeHuMpaHuTe [OaHHU U edeKTUBHO
MPOrHo3upa reHeTUYHUTE NPOMEHU, CBbp3aHu ¢ onpeaeneHo 3abonseaHe. Mo
TO3M HAYMH BPEMETO U yCcunusiTa, HeobxoaMMmM B npoleca Ha paspaboTBaHe
Ha MpeuMsHa MeguuuHa, ce MUHMMU3MpaT. ANrOpUTMUTE ca MPOEKTUPaHU
Bb3 OCHOBa Ha MoAenu, naeHTUMUMPaHn B ronsmM Habop OT JaHHM, KOUTO ce

NnpupaBHABaT B YOBELLKM MOJEN, 3a Aa ce pas3bepe TAXHOTO Bb3aencTaue. (%

2) PepakTupaHe Ha reHu

TexHonornm KaTo CRISPR morat  da npomeHat  [OHK
nocnegoBaTenHOCTUTE, C Lien KOpurnpaHe Ha reHHn aedektn u neveHme Ha

145



BbaeLm nepcnekTuBm U NPOrHo3u

3abonsaBaHusa. ColiecTtByBaT, obaye, WaHCOBE 3a HeueneBun eeKkTn, KOUTO
mMoraTt ga gosegar 4o MyTaumm no Bpeme Ha npoueca. ML unma cnocobHocTtTa
Aa npeackassa mytauunte, kouto CRIPSR moxe ga BHece B kneTkaTta, KOeTo

6w noserno Ao 6esonacHo 1 edpekTuBHO neveHune ¢ CRISPR. 3

3) OnTuMmnsaumsa Ha paboTHUA npouec

ML ynecHaBa gocTbna O NAUMEHTCKUTE OAHHW, KAaTO MO TO3U Ha4uH
yBennyaesa eeKkTMBHOCTTa Npu ynpasneHneTo Ha paboTHuA npouec. Hsakom
3abonsBaHUs MU YCNOXHEHUs1 (Hanp. KpbBOM3NUB) M3UCKBAT He3abaBHa
AnarHoCTuKa, 3a Aa yBenu4yar LWaHCOBETE 3a YCMneLleH KIMHMYEH pesynTaT. B
TakmBa cnydvau, anroputmute 3a ML wmorat ga Hamansatr BpemeTo 3a
pa3no3HaBaHe Ha Ha KpbBOM3MNMBA M 4a MOMOrHaT Ha HEBPO-PEHTIEHON03nTe

Aa naeHtuduumpaT daniumemTe NONoXuTenHu pesynrtatu. 93

4) I'IporHocquo reHeTU4HO TecTtBaHe U nNpesaHTUBHa MeguULUUHa

FeHEeTUYHUST CKPUMHUHI Ha HOBOPOAEHW Ce MpeBpblla B CTaHZapTHa
npakTuka. CbLO Taka, olle Mo Bpeme Ha OpeMeHHOCTTa ce NpeaocTaBs
HEWHBA3MBEH CKPUHWMHI 3a 3abonsiBaHMsS KaTo CUHOPOM Ha [ayH.
Cnoco6HocTTta Ha ML ga nporHosupa pesyntaTute U puckoBeTe, CBbp3aHu C
NeYeHneTo Ha TakmBa 3abonsiBaHMSA Bb3 OCHOBA Ha HaNUYHUTE AaHHWU, MOXe
3HauYMTENHO [a MOMOrHe Mpu W3BbLPLUBAHETO HA TEHOMHUS aHanu3 Ha

yosewwkoTo Tano. &

N3KyCTBEHMAT WHTENEeKT ce u3non3Ba W 3a uaeHTuduuupaHe Ha
reHeTU4Hn MyTaumm B Tymopu 4pe3 3D  wmsobpaxeHus. Hanpumep,
TEXHONorung, noanexawa Ha paspaboTka, MMa NoTeHuMan ga naeHtuduympa
TYMOpPW TWUMN FMOMa, KOUTO 3anoyBaT B HEBPOrNManHUTE KMEeTKM Ha MO3bKa
nUnn rpbOHaYHUS CTbNO, KaToO N3NON3Ba MO3bYHM CKEHEPU Ha NauueHTn. Ypes
T.Hap. HEBPOHHU MpPEXW, MPOLECHLT Ha JfieYeHne MOoXe da ce ONTUMU3NPA,
KaTo fiekapute HAMa a M3nckeaT Npodbu OT TbKaHM M MoraT Ada ce u3Knwdar
MHOXecTBO onepaTuBHu puckose. Al & ML ocurypsiBat LUMPOK XOPU3OHT OT
BBH3MOXHOCTM 3a aBTOMaTu3aLms Ha auarHoctukata. &)
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BbaeLm nepcnekTuBm U NPOrHo3u

C MOWIEJ KbM BbAEIIETO

Te3an wnHOBATMBHM MOAXOAM Ca CamMO HavanHuW CTbNKN B
MynTucakTtopHata npomsiHa OT 06w, MeauUMHCKM NOoAXO4 KbM
nepcoHanuaMpaHa meguumHa (KoSATO ce OCHOBaBa Ha Guonorusata
Ha OTAENHUS NauMeHT) N AOpPU KbM NPOrHO3HA MeauumHa, KOATO ce
Oasupa Ha reHepupaHa oT Al wnHdopmauus 3a 6bOewoTo

34paBOCIIOBHO CbCTOAHUE Ha MHOUBUOA.

B 6nuskoto 6baewe, ML anroputmute We noMorHaTt ga ce
aHanuaupat cneunduyHn pUCKOBE M YCITOXKHEHUS, KaTo nosBaTta Ha
€OVWHUYHM  HykneoTuaHu nonumopdmamm  (SNP) 1 cnoxHu
deHOTMNN Ha chneunduyHo 3abonsBaHe. YCNexbT MpU reHHUTe
Tepanuu 61 gosen 4o No-Manko 60HUYHN NOCELLEHNSA N NO-MarskKo
YCIOXHEHUS NpU KpUTUYHM 3abonsBaHnd, KOeTo OT CBOSI CTpaHa Lie
nosuwn noct-tepanestndyHute QALYs. 93 ML-acuctupaHaTa reHHa
Tepanusa uma noteHumana ga 6bae Nby Hagexaa 3a naumeHTn C
peoku reHeTudHu 3abonsiBaHusl, KOUTO He wMorat ga 6baart

n3s1ieKyBaHu C nomMoLiTa Ha CbLLleCTBYBalLLll TEpPArnun.
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14. PESYNTATH A NPENOPBKA




Pesyntatn n npenopbku

Cuctemata Ha 3gpaBeonasBaHe B bbnrapys wuma  cBosdTa
YyBCTBUTENMHOCT 3a Ba)XXHOCTTA W PEBOMIOLMOHHOCTTA Ha FeHHUTE Tepanus

3a XKMBOTA Ha NauuneHTnTe.

B TO31 cMUCBHN Bb3MOXHOCTM 3a 3anfallaHe Ha reHHu Tepanuu nma,
ocobeHO 3a TakMBa, KOWTO ca npedHasHayeHU 3a rneyeHne Ha pgeua.
®uHAHCOBMTE OrpaHUYeHUst Ha cucTtemaTa M Ha nybnuyHuMs pecypc He
crnenBa ga ce npvemaT kaTo Heonpegenvuva Gapuepa 3a HaBnM3aHeTo Ha
NHoBaTUBHM Tepanuu. lNpeykn 3a Haenu3aHeTo B Bbnrapusi Ha reHHuTe
Tepanuu ca no-CKopo CINOXHUTE U3NCKBAHWS 3a TPaHCMOPT Ha NPOAYyKTUTeE,
HeobxoOMMOCTTa OT  M3KMIYUTENHO MPEeuu3HOo  MOHUTOpUpaHe Ha
CbXPaHEHNETO/NPUrOTBSIHETO Ha MPOAYKTUTE MPEeAn TAXHOTO MPUNOXKEHUE,
KakTo M HanuuMeto Ha NOAroTBEHM cneunanuctu/cneumanuctu ¢
NpakTU4YeCKkn ONUT 3a OCbLLECTBSIBAHE HA CbOTBETHWUTE annuKauuu BbpXy

nauneHTn.

3a Bcsika KOHKpeTHa TexHomnorus cnegpa ga Obae CbCTaBeH paHeH
nnaH 3a Bb3MOXHOCTM 3a MO3ULMOHMPAHE U MPeMUHaBaHe Ha OLEeHKa B
Bbnrapus, KakTo 1 3a eBeHTyanHO HeoOXO4MMM HOPMAaTUBHWU APOMEHU W/
UNn 3a YCTaHOBEHNTE MHAPACTPYKTYPHU/KagpoBu AedmumnT Ha cucTemMaTa,
KOMTO OT CBOS CTpaHa buxa Ounu npeyka 3a BbBeXAaHETO Ha JaJeHa reHHa

Tepanusi.

Kato umame npegsua, 4e npouecbT Ha O3T B bbnrapma otHema
agMWUHUCTPATMBHO BpeMe  (CbrmacHo HopmatMBHUTE  M3UCKBAHWUA,
pasrnefaHv u NpeacTtaBeHn B HAaCTOALWMSA aHanms), € U3KMIYUTENHO BaXXHO
n Heobxoaumo UenuaT npouec ga O6bae nnaHuMpaH MHOroO MNo-paHo OT
camMoTo cTapTupaHe 3a npoueaypata Ha O3T u BHacsAHe Ha aHanus.
[MpenBaputenHo TpsbBa ga 6baoe wu3roTBeHa cTparternsd, cbobpa3eHa C
nokanHarta cpega u nokanHuTe HOpMaTUBHU U3UCKBaAHUA. 3aAbIMKUTENHO €
Aa uma ydvactue B uenuda 1o3u npouec Ha KOL B KoHKpeTHaTa obnacT, 3a
KOATO KaHOMOATCTBA NEKAPCTBEHUAT NPOAYKT, KakTo M Aa 6bae HanpaBeH
npenBapuUTeNeH aHanm3 Ha Bb3MOXXHUTE NpobnemMHn MecTa B Lienusi npouec
N sicHa npeacTaBa C NnNaH 3a AencTBMe Kak morat ga 6vaat msberHatu /
paspeLleHu Te.
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Pesyntatn n npenopsbku

EnHo, obaye, e curypHo - 3a crnpaBsiHe C HECUTypHOCTTa W TPYAHUS

AOCTbMN A0 reHHUTe Tepanuu we 6bae HeobxoaMmo:

1.

MpepasrnexgaHe W aganTaumd Ha METOAOSIOrMYHUTE KpuTepun 3a
nposexgaHe Ha OJ3T, kato [opu cuuTaHata 3a egHa OT  Hal-
KOHCEpPBATMBHU areHUMn 3a oLueHKa Ha 34paBHU TEXHOMNOIMMM B CBETOBEH
mawab — NICE, npeanpuema kpayka B Ta3um Mocoka W 3ano4ysa
npepasrnexgaHe Ha MeTO4OSNIOrMnUTE, KOMTO M3MNON3Ba M BbBeEXOaHe Ha
pedopmn.

BaxHo e, korato ce pasrnexaga OmKeTHOTO Bb34eNCTBME NPU OLEHKa
Ha Non3nTe OT FEHHUTE Tepanun U NpU B3aMMaHe Ha peLueHusTa, aa ce
nogxoau BHUMATENHO npu n3bopa Ha BpemeBn XOpu3oHT. OBMKHOBEHO
nnatumMte pasrnexgart 1-5 roguwHM XOpU3OHTU, HO TOBa HaAMa Aa
OTpa3sn UCTUHCKOTO BHOPKETHO Bb3AENCTBME HA MHOMO OT Te3M Tepanuu,
Npu KOUTO ce o4YakBa ga 6baaT peannanpaHn 3Ha4YUTENHM ObIITOCPOYHN
CNecTsBaHMS MNpe3 Lenus XMBOT Ha nauueHTa. 3a TOYeH aHanui3 Ha
OopkeTHOTO Bb3gencTsne (ABB), nnatuute we Tpabsa ga B3emart
npeaBua Te3n ObMArOCPOYHM MOM3W, KaKTOo M Aa ce pasrnegaTt BCUYKM

HallM4HW OOKa3aTericTBa.

HeobxogmMma e ToyHO gedhmHupaHa guarHosa, NoCTaBeHa Bb3 OCHOBA
Ha reHoMHO-ba3MpaHa cTpatermsa 3a TecTBaHe, MpegocTassilia
MHopMaums 3a cneumdpuyHata reHeTMyHa MyTauus, KOATO [Aa
npegLwecTBa NeYeHMeTo C uen TovHa naeHtudukaums Ha nonynaumata
OT NaumeHTU, KOUTO LWe ce Bb3NON3BaT OT in Vivo reHHa Tepanus.
Crpatermmte 3a wuageHTUdUUMPaAHE Ha TMPUYUHUTE 3a T[EHETUYHMU
MyTaumMm ce nopobpsBaT crnen pasBUTUMETO Ha TexHonoruute 3a
cekBeHupaHe oT HoBo nokoneHne (NGS). Team NGS TexHomoruu
CTUMYNMPAT KINUHUYHOTO MPUNOXEHNE Ha [EHOMHU AWMarHOCTUYHU

TEeCTOBE.

Heobxogumo e pa ce pasbepar npuHUMnUTEe, npegumMmcTeara W
orpaHnyeHnsTa Ha GMonHPOPMaLMOHHUTE MHCTPYMEHTH, Taka Ye Aa ce
cb3gagaT NoAxogslM METOAMKM, CMOCOOHM Oa reHepupaT HaaeXaHu

aHalIMTU4YHN pe3yriTaTh, KakTo U Aa Ce Cb3aaade HaaexXaHa 0asa gaHHu
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10.

11.

Pesyntatn n npenopbku

c pedepeHTHN OHK/PHK npobwn.

FonsMOTO HaTpynBaHe Ha AaHHM MoBOMra U HSAKOM €TUYHM BbMpPOCH,
KOETO W3UCKBA HOBM €TMYHM CcTaHgaptTM M nonuTtuku. CneumwaneH
aKkueHT TpsibBa fga ce [MNocTaBu BbpPXy MNOBEPUTENHOCTTA,
MHPOPMUPAHOTO cbrnacue, 6e3onacHocTTa, LOCTOMHCTBOTO, NpaBaTa,

6GnaroCbCTOAHNETO U KOHPUAEHLUMANHOCTTa Ha NaLueHTuTe.

FapaHTMpaHe, 4Ye Mpou3BoaUTENUTE Le M3MNon3saT Bb3MOXHO HaWl-
A00bp AM3alriH Ha npoy4YBaHusiTa (BKMOYUTENHO aganTUBHU M MbBKaBU

AN3aNHN, KaKTo U KPOCOBbBbPHN I'Ipoy‘-lBaHI/Iﬂ);

BbBexgaHe Ha meToam 3a CTaTUCTUYECKM aHanna, KOUTo BEPOATHO LUE

yBeln4yar nosie3Harta CTOMHOCT Ha JoKasaTesicTBara;

MpoBexpgaHe Ha AWCKYCUM [anu CyporaTHUTE KpalHW TOYKM ca
AOCTaTbyHM MNPV B3eMaHe Ha peELUeHMs U KaK cyporaTHUTE KpanHu

TOYKM MoraT Aga 6baaT Han-aobpe BanuaMpaHn U OLEHEHU;

Mooxoasaw, m3bop Ha cpaBHUTENHa anTepHatMBa W pasbupaHe Ha

HaCTOoALLNUTE CTaHOAPTU Ha IpuXKa,

PasrnexgaHe Ha nepvoau 3a npocnegsiBaHe Ha nNauueHTuTe u
cbbupaHe ¥ aHanu3 Ha [okasaTencreata 3a eqeKTUBHOCT U
0©e3onacHOCT cnen NyckaHeTo Ha nasapa (cbbupaHe Ha JaHHuM OT

peanHaTa KnuHu4Ha npaktmuka, RWD n RWE).

MpenBua orpaHnyeHns 6pon nauueHTU, KOMTO ca MManu AOCTbM A0
reHHa Tepanusa KbM HacTOSAWMS MOMEHT, OCTaBaT MHOrMO HEW3BECTHMU
MO OTHOLUEHWE Ha AbNrocpoYHUTE eEeKTU OT MPUIOXKEHMETO Ha Teau
3gpaBHU TexHonormn. LTFU HabnogeHusaTa He camoO nomarat Ha
WHBECTUTOPUTE U n3cnegosartenute ga pasbepar n Hamandat pucka oT
HexenaHn cbouTUa cbc 3abaBeHO nNpPosIBIEHME, HO CbLUO Taka
paswmnpseaT 3HaHUATa OTHOCHO pe3ynTaTtuTe, KaTo NPeaoCcTaBAT LeHHa
MHopMaLMs 3a TOBa Kak MOXe Ada ce NnoaobpsaT AbNroCpoYHUTE

6e3onacHOCT 1 epMKaCHOCT Ha NPOAYKTUTE 3a reHHa Tepanus.
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12.

13.

Pesyntatn n npenopsbku

[onemuTe aBaHCOBM pasxodu, CBbp3aHWM C  MNPUMIOXKEHUETO Ha
edHOKpaTHaTa reHHa Tepanus, u3naraT nnatuMTe Ha MHOro Mno-BUCOK
PUCK B CpaBHeHMe C TpaauuumoHHuTe Tepanun. CCP, GasupaHu Ha
3gapaBHUTE pes3ynTatn, MoraT da Hamanat To3nm puck. 3a aa
dYHKUMOHMpPAT NpaBuiHoO, pe3yntatute Tpsabea ga 6baaTt nsmepumm u
KMMHAYHO  3Haummu. ToBa MOXe [Jda W3NCKBA  AOMbIHUTENHO

pa3paboTBaHe Ha KpailHa ToYKa 3a HAKOW NPOU3BOAUTENN.

Bcuukn 3amHTepecoBaHM CTpaHu TpsibBa Oa cu CbTpyaHWYaT, 3a Aa
onpeaensT CTOMHOCTTa Ha reHHUTe Tepanuu M Aa aeduHupaT HOBU
MOOEeNnu Ha nnawaHe. Bbnpeku ye MHBECTUUMATA MOXE Aa HaOBULLIM
Bb3BPbLUAEMOCTTA B KPaTKOCPOYEH MMaH, AbMArOCPOYHUTE MOM3n Lie
6baaT 3HauYUMTENHN, KOraTo Ha nasapa ce MNosiBAT NoBeYe Tepanun U ce

nekyBaT 3HaunTeneH 6por nauneHTu.

B 5bnrapm=| nMva wu3BeCteH OrnnT C oueHKaTta Ha TreHHuU Teparnun.

Kopurmpaneto Ha O3T wmeTtogonorMute c LUen OTpassiBaHe CroXHOTO

fleYyeHne N BCUYKM CBbP3aHN AenHOCTU, TpsibBa Aa ce Haarpaxaa Ha basa

cbLlecTByBaLlLlUTE OMUT U NPAKTUKWN.

We can handle complexity hta.bg l-"“
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»,THE ERA OF PERSONALIZED MEDICINE —
MEDICINE THAT MATCHES TREATMENT TO DNA —
HAS BEGUN.”

- YUVAL NOAH HARARI




