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lMpoTokonbT Ce W3asa OT cheuwanuavpaHa komucus B nevyebHU 3aBedeHusi 3a GOMHUYHA MOMOLY, CKIIOYMIN
poroeop ¢ H30K. CneuuanusmpaHuTe KOMUCUM Ce Cb3AasaTt CbC 3anoBes Ha avpektopa Ha J13 — KnuHuKaloTAenexwue no
Hedponorus B cneanute J13: MBAT Anekcanzaposcka” - Codus

1. PE[} 3A 3ABEPAAIBAHE HA MPOTOKONUTE

MpoTokonu 3a 3ano4BaHe Ha ne4eHue

= [onbfiHEHO W MoAnMcaHo npurnoxenue 1A — nUCT 3a onpejensHe Ha
KpuTepumTe (Mo Touka A) C BCUYKN HEOGX0ANMM U3CreABaHNs
= EnuKpW3a, BKIIOYBAlLA fiaHHM OT aHamHesata, cTaTyca v Mpeaxoxaawo

CMELMANU3UPAHA nevene
KOMUCUSA L] EKOI’IEPTHO CTaHOBMLUE C siCHA MeauuuHCKa MoTUBaUusa (3a[an)KVITenH0 ce
oT6ena3ea nunca Ha W3KIIoYBaLLyM KpuTepum (nodnucaHo om 8CUYKU YeHoee

Ha crieyuanuaupaHama Komucusi)
=  “[lpoTokon 3a NpeanuceaHe Ha nekapcTea, 3annawjadn ot H30K/P30K" -

06p. M3-H3OK (modnucaH om ecudku udfieHose Ha creyuanusupaHama
Komucusi)

Komucus no un. 78, 1. 2 | 3aBepka Ha npoTokona

o1 330 B LIY Ha H30K ”1 B P30K

MpoTokonu 3a NpoAbINKaBaHe Ha neveHve

= [lonbnHeHO W noanucaHo npunoxenue 16 — nUCT 3a onpeaensHe Ha
KpuTepunTe (no Touka B)
= Enukpusa/ETanHa enukpusa, BKMioYBalla BCUYKM  M3CneABaHus  no

CMELMANU3UPAHA Tabnuuata 3a npocneasBaHe Ha nNpurioXeHwe 2 (npumazam ce U Ha
KOMUCUSA > opuauHanHa 6/1aHKa unu 3agepeHo Konue)
= EKCMEPTHO CTAaHOBMLIE C iCHA MEAULMHCKA MOTMBaUMS (3afbIKuTenHo ce

oT6ens3Ba nunca Ha U3KTIoYBALLM KPUTEPUN (MOONUCaHO OM BCUYKU YIIeHOEe
Ha crieyuanuaupaHama KoMucus)

5 = “lpoTokon 3a npeanuceaHe Ha nekapcTea, 3annawaHu ot H3O0K/P30K” —
o6p. M3-H3OK (modnucaH om ecuyku 4fieHose Ha creyuanusupaxama

komiiens)
Komucus no un. 78, 7. 2 3aBepka Ha npoTokona
ot 330 B LIY Ha H30K ”| B P30K

1I. OBLUW MONOXEHUA

1. 30J1 noaaBsa noaroTeeHuUTe AokymeHTH B P30K, Ha TepUTOPUATa Ha KOAITO € Hanpasuno u36op Ha OMJ1. flokymeHTUTE
BKMIOYBAT:
1.1. 3asBsnexve go JQvpektopa Ha P3OK.
1.2. MonbAHEHo 1 NoANMcaHo npunoxenve 1. Monbnea ce no CboTBETHATa TOYKa U Ce npunara oTpaseHara B umcdpos
MHAEKC MeauLIMHCKa AOKyMEHTaLWS, YAOCTOBEpsiBaLLa BCEKU AiVH OT KpuTtepunTe.
1.3. MbnuusT Habop uacneasaHus (PpuanKanHu, UHCTPYMEHTaNHN U naBopaTopHy), OTpaseH B NpUoxXeHue 2.
1.4.“TpoTokon 3a NpeanuceaHe Ha nekapcTea, sannawaxy or H30K/P30K” — 06p. M3-H3OK, napgageH ot cneyuanusmpara
Komucus. I'lpwnara Ce opuruHarn Ha npoTokona, a npu KaHgupartcTBaHe 3a npoAabviKasaHe Ha TepanusaTa ce npeacraes
opuryHan Ha npeaxogHus NpoToKon ¢ 0OTpaseHu BCUYKKN Ha3Ha4YeHWs no Hero.
1.5. [leknapauus 3a WHhOpMUpaHo cbrnacue no obpasewl (npunoxetue 3)

2. P30K npuema AOKYMEHTUTe Mo TouKa 1 crief cnpaBka OTHOCHO 3APABHOOCUTYPUTENHUS CTATYC Ha 30/.
3. MbLpBUAT M BCEKU crieABall NPOTOKON ce U3aaBsart 3a nepuoa Ao 180 AHw.
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JIUCT 3A ONMPEAENAHE HA KPUTEPWUMTE MPU 3AMNOYBAHE W MPOABINKABAHE HA NEYEHUE C EH3UM-
3AMECTBALLA TEPAMNUA HA COUHIONUNUAO3M — BOJIECT HA ®AEPU

[Wme: [ern [ [ T [ T T [ T 1

3abenexka: MeduyuHckama AoKymeHmauyusi, ydocmosepsisawa 6CeKku Om Kpumepuume € rocoyeHa ¢ yugppa 8 UHOEKC U 3a0BIDKUMESTHO
npudpyxasea HaCMOAULOMO NMPUIOKEHUE.

A. KPUTEPUM 3A 3ATNIOYBAHE HA MbPBU KYPC (SALBIDKUTENHU CA BCUYKU KPUTEPUN)

MKB E75.2

1 | CurypHa auarHosa Ha 6a3a pe3ynTaT OT eH3UMHO UNK reHETUYHO u3cneasaHe !

2 | Nunca Ha u3KnIYBaLM KPUTEPUM MO Touka B 2

1

Heo6xoAMMMUTE M3cneaBaHUsA ca OTpaseHu B Tabnuua 2 Ha npunoxeHue 2 - 3aAbIKMTENHO Ce NPEACTaBAT Ha opuruHanHa
6naHka OT NiabopaTopusi UNu 3aBepPeHo 1 NOANMCaHO Komue, Npu Hanu4ne Ha xocnuTanusauusi ce npunara enukpusa c Homep n3
¢ JaBHOCT A0 1 Mecel npeau KaHAUAATCTBAHETO; 3aAbLIDKUTENHO Ce NpeACTaBAT AaHHU OT FeHeTUYHW TeCToBe, Aokassalln

3ab0MABaHETO Ha OpurMHanHa noanvucaHa u noanedyarada Bnauka.

yAoCTOBEpsABa ce C NOANUC Ha cneuvanucTa B NpuiiokeHne 1 Ha HaCTOALUMTE U3UCKBAHMUS

B. U3KMIOYBALLY KPUTEPUU (NPU 3ANOYBAHE HA NEYEHUE)

-

[leua noa 8 roavHa Bb3pacT 3a Agalsidase beta u aeua nop 6 roauiuHa Bb3pacT 3a Agalsidase alfa

2. BpeMeHHOCT 1 KbpMeHe

3. CBPbXUyBCTBUTENHOCT KbM aKTUBHOTO BELLECTBO UM KbM HSIKOE OT NOMOLLHUTE BELLECTBA C NPOsBY Ha
aHaunakTU4eH LLoK

OTroBaps Ha KpUTEPUUTE 3a 3anoyBaHe Ha

....................................... B BHa
nevyeHueTo ¢ AHe Aosa

NOANMCU Ha YITEHOBETE Ha KOMUCUATA. ...
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TIUCT 3A OMPEAENSAHE HA KPUTEPUUTE MPU NPOALINKABAHE HA NNEYEHUETO C EH3UM-3AMECTBALLA
TEPAMUSA HA COUHIONUNNAO3U - BONECT HA ®ABPU

Wwe: [ern] | [ T T [ T T T |

3abenexka: MeduyuHckama GOKyMeHmayus, ydoCMosepsieaLla CeKU OM KpUMEpUUMe e MocodeHa C Yugpa 8 UHOBKC U 3a0BILKUMesnHo
npudpyxaea HaCMOSU,0MO NPUIOKEeHUE.

B. KPUTEPUM 3A MPOOBIMKABAHE HA NEYEHUETO (SAABIKUTENHN CA BCUYMKU KPUTEPUW)

MKB E75.2

1
1 | PeaynTar OT eH3UMEH aHanu3a/eH3uMHa aKTUBHOCT

2 | AGoomuHanHa exorpacusi !

3 | KoHcynTauwmsi CbC Cneumanmct o4YHu Bonectn 2

4 | KoHcynTauusa CbC cneunanuct kapauonor 2

5 | flunca Ha M3KMIOYBaLUM KPUTEPUM NO Touka I A

Enukpusa/etanHa enukpusa C OTpa3eHa CTeneH Ha MnosnusiBaHe Ha rnokasartenute criej 3anovBaHe Ha neyveHueTo,
HeobxoauMUTE U3CneABaHNs ca OTpaseHu B Tabnuua 2 Ha NpUoXxeHue 2 — Npu Hanuuve ce NpeJCcTaBAT Ha OpurMHanHa 6naHka
oT nabopaTopus Un1 3aBepeHo 1 nNoanucaHo Konve
2 ambynaTopHM NIMCTOBE OT Nnperneau npu cneyuManuet

yAocToBepsiBa ce ¢ NoAnuc Ha cneuvanucta B npunoxexue 1 Ha HacToAWMTE M3UCKBAHUSA U ce NonbrBa Tabn. 1

I. U3KMIOYBALLM KPUTEPUM (MPU NMPOABLINKABAHE HA NNEYEHUETO)

1. AHadmnakTUyeH WoK
2. BpemeHHOCT U KbpMeHe
3. BKtouBaHe Ha 60MHMS B KIMHUYHO NpoyyBaHe™

* KoMucuATa, KOATO € HasHa4una neveHneTo u Habnioaasa 30/, e AnxHa HezabaBHO Aa yBeaomu KommncusTa 3a
eKcnepTuau no un. 78 T. 2 B LIY Ha H30K. Tean GonHu ce 3anucBaT B OTAENEH PerucTLp U He ry6aT npaBoTo CM 3a
NpoALkaBaHe Ha NEYEHNETO CrieA NPUKITIOYBaHE HA KMUHUYHOTO NPoyYBaHe.

OTrosapﬂ Ha KpuTepuuTe 32 NnpoAbinKaBaHe
Ha neyeHuerto C
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I. NEYEBHO-AUWATHOCTUYEH ANMOPUTHBM

1. TNEKAPCTBEHW MPOAYKTHU, eknioueHn B [lMpunoxenne 1 Ha [NC, kouto H3OK 3zannawa B CbOTBETCTBUE C
AENCTBALUMTE HOPMATUBHN AOKYMEHTW.

INN [ AO03A
e 0,2 mg/kg TenecHo Terno Aa MbTU MECEYHO KaTo MHTPABEHO3HA MHDY3US 3a HAYamHo 1 3a
AGALSIDASE noaAbPXaLLo nevexHne
ALFA

WuuumanHa nHdyswns - ckopocT He noseye oT 15 mg/yac, a nopeaHuTe — 3a BpeMeTpaeHe He no-Marnko
oT 4 vaca.

o 1 mg/kg TenecHo Terno ABa MbT MECEYHO KAaTO UHTPABEHO3HA MHADY3NSA 3a HaYasNHO neveHne

AGALSIDASE « 0,3-1 mg/kg TenecHo Terno ABa NbT MECEYHO KaTo MHTPaBEHO3Ha WH(Y3Ms 3a NOAABPKALLO
BETA neyeHve
WHuumanHa uHgysus - ckopocT He noseye oT 15 mg/yac, a nopeaHuTe — 3a BpeMeTpaeHe He No-manko
OT 4 yaca.

2. MPOCNEAABAHE

lMepuon Ha neyeHne

Mokazarenu n nscneasaxus M3XOAHMN 6 Mecey | +6 meceua* |+ 12 meceua* | + 36 meceua*
TenecHa maca X X X X X
Pwcr X X X X X
ApTepunanHo KpbBHO HansiraHe X X X X X

MKK (xemorno6uH, xeMaToKpUT, EpUTPOLITH,

neBKouuTH, TpomMGoLmMTH ) 2 x 2 X X
CYE X X X X X
06w 6entbk X X X X X
AnBymuH X X X X X
ASAT X X X X X
ALAT X X X X X
T X X X X X
AnkanHa gocdarasa X X X X X
CepyMHO Xensi3o X X X X X
XCK X X X X X
CepyMmeH kanuuin X X X X X
docatn X X X X X
06w, xonectepon X X X X X
Tpurnuuepuan X X X X X
KpbBHa 3axap X X B B X
KpeaTuHuH, NMKOYHA KUCENUHA U ypesi X X X X X
KpeaTWHUHOB KITMPBHC X X X X X
AKP X X X X X
M3cneaBaHe Ha ypuHa - 06LLO U CEAUMEHT X X X X X
AbpomuHanHa exorpaus X X X X X
Bb6peyHa Guoncus (No npeLeHka) X

AMP X X
KoHcynTauusi CbC cneumanucT o4Hn Gonectu X ¥ %
- OYHU IbHA

KoncynTtauws ¢ kapauonor - EKT,

exokapauorpagus X X X
KoHcynTauus ¢ racTpoeHTeponor X X X
KoHcynTauus ¢ Hesporor X X X

KoHCynTauusi CbC CeLmManucT KOXHN 1
BEHepu4eckn 6onectu

+ 6 M.* - M3BLPWBAT Ce Ha BCekn 6 meceua; + 12 Mm.* - usBLpwBaT ce Ha Bceku 12 mMeceua; + 36 m.* - u3BLpwear ce Ha Bcekn 36
Meceua;

WUscneasaHusiTa Ce NPeACTaBSAT HA OPUrMHANHW GNaHku UNW 3aBEPEHN KOMKUS C MOANKMC W nevar Ha JI3 (Npu Hanuume Ha xocnuTanusaums ¢
A@BHOCT 40 1 Mecel NpeAv KaHAWAATCTBAHETO Ce Npunara 3aBepeHo Konue oT enukpuaa ¢ Homep U3).

X
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Il. OBLUWN UBUCKBAHUA

1. an HasHauyaBaHe Ha Tepanus No NPOTOKOS 3aAbIMKUTENHO ce CbOGpaSﬂBaT BBb3pPacTOBUTE OrpaHUYeHns, CbrnacHo KpaTtkaTta
XapaKTepuUCTUKa Ha CbOTBETHUS NIEKapCTBEH NPOAYKT, yTBbpAeHa no peaa Ha 3/MXM.

2. H30K He 3annalia neyeHve 3BbH yKasaHaTa Bb3pacToBa rpaHuua B kpaTtkaTa XxapakTepucTuka Ha npogykra.

3. H30K He 3annaiia fneyeHue ¢ fo3v Haj MakCUMarnHo paspeLueHuTe Mo kpaTka XxapakTepucTuka Ha NnpoaykTa.

4. B cnyvaii Ha HacTbNWna nojo3MpaHa HexenaHa nekapcTBeHa peakuus, nekapst ysegomssa WAJ no peaa Ha un. 184 ot
3/INXM. Konve oT cbobLueHneTo ce npunara KbM MeavuvHckaTa AokymeHTaumus Ha 30J1 npu kaHauaaTcTeaHe 3a neyeHue.

5. KOMUCUATA, usnana npotokona Ha 30J1, cbxpaHsiBa BTOPU €K3EMMNAP HAa NPOTOKONa U BCUYKM Heobxoaummn
AOKYMEHTH 33 U3AABAHETO MY.

Hacmosiwume u3uckeaHusi ca pas3pabomeHu Ha OcHosaHue un. 56 om HauyuoHaneH pamkos 002060p 3a MeOUYUHCKuUMe
deliHocmu 3a 2015 zoduna (06H., B, 6p. 6 om 23.01.2015 2.) u enusam & cuna om 1 anpun 2016 2., ceenacHo un. 10 Ha
Haped6a Ne 10 om 24 mapm 2009 . 3a ycriogusima u peda 3a 3annaujaHe Ha iekapcmeHu npodykmu o 4. 262, an. 6, m. 1 om
3akoHa 3a nekapcmeeHume npodykmu e xymaHHama MeduuyuHa, Ha MeOUUUHCKU u3denusi u._OuemuyHU XpaHu 3a crneuuanHu
MeduyuHcku uenu (0bH., B, 6p. 31 om 2007 z2.).
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AEKIAPALMA 3A UHOOPMUPAHO CBIMMACUE C UBUCKBAHUATA 3A 3AMNOYBAHE/ NPOABINKABAHE HA
JNEYEHUETO C NEKAPCTBEHUA NPOAYKT

crej kato Ce 3amosHax C UAnata Mu npeaocTaBeHa  MHdopmauus U uenTa Ha Je4YeHMeTo C JeKapCTBeHus

MPOAYKT ..ceevcirrnns

............................................................................................. U cnej Kato nonyyux usyeprnatesiHn OTroBOpU Ha

nocTaBeHUTe OT MEeH BbMpoCH, AeKknapupam 4e:

1.
2

3.

[Jara:.

U.le cnaseam npenopbYyaHaTa Mu cxema Ha rneveHve v nepuogmuyHoOCT Ha KOHTPOMHUTE nperneau.

PEFLOEHO e ce ABsABaM Ha KOHTPOSHUW nperneav u HaMa ga NpoMeHs M CaMOBOJTHO Unu noa APYro BHyLueHune
HasHayeHaTa M1 Tepanus.

Mpu npeycraHoBsiBaHe Ha FMEYEHWETO MO MPUYMHK, HempousTMyalM OT peleHeTo Ha KomucusTta 3a
ekcneptuan B P3OK u/unu Komucusita no un. 78, 1.2 ot 330, we ysegoms HesabaBHO nMYHMSA CU nekap u
P3O0K v we BbpHa B P30K nocneaHusi NpoToKor, Mo KOMTO CbM MofyyaBar/a fiekapCTBeHUs NPoAyKT.

Mpu HecnassaHe Ha MOCOYEHUTE YCrOBUS NEYEHWETO MW C YNOMeHaTUsi nekapcTBeH NpoaykT we Gbae
npekpaTeHo 1 HiMa Ja umMam npeTeHumn kbm H30K.

MpuTexasam/ He npuTexasam akTyanHo TEJIK pelueHue BB Bpb3ka Cbe 3abonssaHeTo.
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