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M3UCKBAHUA HA H3OK NPU U3OABAHE HA NMPOTOKONWU 3A NPOBEXAAHE HA NEYEHUE
NPW BONECT HA NOMINE

MpoTokonbT ce mM3gaea OT cneuuManuavpaHa KOMUCUS B neyebHU 3asefeHUs 3a GONMHUYHA NOMOUL, CKITIO4MNK
poroBop ¢ H30K. CneunanusupaHute Komucum ce Cb3naeat cbe 3anoseg Ha aupektopa Ha f13: 3a peua Ao 18 roguwHa
BBb3pacT - CBANAB — rp. Cooua; 3a BBb3pacTHU - KnHnka no Heeponorus YMBATT ,Anekcanaposcka” — rp. Codus.

I. PEQ]l 3A 3ABEPABAHE HA NMPOTOKONUTE

npOTOKOHM 3a 3anouyBaHe Ha TepanuATa

=  MeguumHCcKka [OKYMEHTAUuMs, NOTBbPXAABalla kpuTepuute no npunoxexve 1 v

BCUYKM Heobxoaumu nscneasaHus, cbobpasHo npunoxexue 2
CNEUVATIUSUPAHA o] = PelleHue Ha crneuMannsMpaHa KOMMUCUSI C SiCHA MeAULMHCKA MOTUBAUMA 3a
KOMUCHUA 3anousaHe Ha TepanusTa
' * “lpotokon 3a nNpeanuceBaHe Ha nekapcTsa, 3annailanu ot H3OK/P30K" - obp.
M3-H30K
Komucuanoun.78,t. 2 ot »| 3aBepka Ha
330 B LY Ha H30K npotokona B P30K

MpoTokonu 3a NpoALIHKaBaHe HA TepanusiTa

*  MeauuuHCKa [OKYMEHTaUUs, NOTBbPXAABAELLA KPUTEpUNTE No npunoxeHue 1 un
CNEUMANU3UPAHA BCUYKM HeOBX0AUMU U3CIeABaHNS, CboBpasHo Npunoxexue 2
KOMuUcusa * PelueHne Ha crneuuanuaupaHa KOMUCHUA C sicCHa MeAMUMHCKa MOTvBaLWS 3a

NpoAbMKaBaHe Ha TepanuaTa
=  “[Iporokon 3a npeanucBaHe Ha nekapcTtsa, 3annawaHn ot H3OK/P30K” - o6p.

M3-H30K
Komncusa noun. 78, 1. 2 ot »| 3aBepka Ha
330 B LlY Ha H30K nportokona B P30K

Il. OB NOAOXKEHKA

1. E-npoTokost ce u3gaBsa o7 4ieHOBe HA cneunanusvupaHu KOMUCUMK B neyebHW 3aBefieHus, okaspaui GOMHUYHA MeQUUUHCKA
nomouw (N3BM) Ha ocHosaxue ,Pellenne Ha creuuwanusupaHa komucus® no Allp Ne 38 ,OnpegensHe Ha nnaH Ha neueHue u
NPOCNEeAsABaHE Ha TEPaNeBTUYHNA OTTOBOP NPY NauMeHTH, Nonyvaeauih CKLNOCTPYBALUY NeKapCTBEHU NPOAYKTKA NO peja Ha un. 78, 1. 2
330" B croTBETCTBME C HacTORwWwMTe M3uckeanua Ha H3OK, kaTo NbpBMSIT NPOTOKON ce u3jaea 3a nepuog 40 180 AHK, a BCekn cnepBatl
NPOTOKON MOXE Aa Ce usflasa sa nepuop A0 365 axu.

2. 3apaBHOOCUIYPEHOTO AMile YAOCTOBEpsiBa ¢ nognuca cu B PelieHve Ha cneyunanusupaHa komucus® no Aflp Ne 38: cnegHoTo:
SKenaa pa mu Obae 0406PEHO NEYEHNE C IEKAPCTBEHNA NPOLYKT, KAaTO ASKNapupam, Ye CbM YBEAOMEH 3a AeiCTBUEeTO Ha HasHauyeHaTa
nekapcTeeHa Tepanus U Lasam undopmupano cernacue chiiaTta Aa mu 6vae npunarana“; ,CbrnaceH/a Cbm 3a M3NON3BaHe Ha NUUHUTE
MU AaHHW 33 uenuTe Ha ekcnepTusarta“; YKenas aa 6baa yBeaoMmeH/a 3a pesyntata oT ekcneptusata ot P30K no eanH or cnepgHute
HaunHu: No e-mail, TenetoH unu Ha msicto B P30K"; ,Paspewiasam OCTbN A0 ENEKTPOHHOTO MU 34PaBHO gocue”.

3. Mpean crapTupaHe Ha npoueca no usaasaue Ha E-npotokon Ha 30J1, cneunanusuparHata KOMUCKS Cej NONy4eHO paspelueHne 3a
pocten oT 30J1 A0 eneKTPOHHOTO My 34paBHO JOCUE, NPaBy CAPABKA N0 eNEKTPOHEeH NbT 33 W3AAAEHU NPEAXOAHM NPOTOKONK, NO ChYKA
npocun Ha 3abonssaHe. MpoueckT No nzgaBaHe Ha E-npoTokon ce peanusnpa B meanumnHCky codTyep. B HacToswuUTe U3nckBaHuA ca
noco4YeHu HeoGXoAUMUTE AOKYMEHTH 3a uanasaHe Ha E-npoTokon Ha 30/,

4. Kbm Bceku E-npoTokon, € KOITO € HasHaueHa nekapcTBeHa Tepanus, ce npunarat HeobxoAuMUTe AOKYMEHTH (amBynaTopHuTe nuctose,
eNVIKPU3N, N3CneaBaHnn u 4p.), CNej KOeTo AOKYMEHTUTE ce wu3npaiyaT No enekTpoHeH NbT KbM WHdOopMaunoHHaTa cuctema Ha H3O0K.
Ookymenture, kouto cwuwecteyBat B H3NC/undopmaunornata cuctema Ha H3OK, ce geknapupat B E-npoTokona € TEXHUTE yHUKaNHW
Homepa (HPH).

WNHcpopmauusTa, OoTHOCMMA KbM u3gaBaHe Ha E-npoTokona, xoATo € 8 AOKYMEHT, KOWTO HAMa enekTpoHeH hopMmaT, ce nonwunsa B
PelweHnveTo Ha cneumanmanpaHa KOMUCUS - OCHOBaHME 32 u3gaBaHe Ha E-npoTokona, unu J0KyMeHTa ce Npunara KaTto CKaHupaHo Konue.
5. MNpu u3pasade Ha E-npotokon no peaa Ha ekcnepTtusaTta no 4n.78, 1.2 ot 330, oTnaga HeO6GXxO0AMMOCTTa Aa Ce NPenocTaBAT U
cbXxpaHaBar npunoxexune Ne 1 u npunoxenue Ne 3 ot HacToswuTe Maucksanuata Ha H30K", npu cneaHure ycnosus:

- 3a npunoxeHue Ne 1 - Nnpn HanUMYMeTO Ha TeKCT B CbOTBETHUS uekboke B ,Pewlienne Ha cneuvanuaupaHa komucusa” no Allp Ne 38:
JlMncear uskniousalyu KpuTepuu 3a 3ariodBaHe/npoabinkaBaHe Ha nevexuve ¢ NM";

- 3a npunoxeHue Ne 3 - npu HanuuueTo Ha TekcT B ,PelueHue Ha cneuuanuaupana komucus“ no AMp Ne 38: Kenas ga mu 6vpe
0A00pEHO NeYeHne ¢ nekapcTBEHNs NPOAYKT, KaTo AeknapupaM, Ye CbM yBEeAOMEH 33 AENCTBAETO HA Ha3HaueHaTa fekapcreeHa Tepanus
1 AaBam WHPOPMUPAHO cbrRacKe cbluaTta Aa Mmv Obae npunaraHa“.
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M3NCKBAHNA HA H30K 3A NPOBEXXIAAHE HA NEYEHWE NPWU BONIECT HA NOMME B U3BbHBEONHUYHATA NOMOLL



OPUNOXEHWE 1A

NUCT 3A ONPEAENAHE HA KPUTEPUUTE NPU 3ANOYBAHE HA NEYEHWE NPU BONECT HA NMOMIME

A. KPUTEPUU 3A 3AMOYBAHE HA MBPBU KYPC (BAOBIMKUTENHU CA BCUYKU KPUTEPUMN)

MKB E74.0

1 | CurypHa amarHo3sa, NOTEbPAEHa Ype3 eH3UMEH aHanu3a Urn reHeTUYHo uscnepsare ' 2

KnuHuusa cumntomaTuka: ! 2
2 s . MyckynHa cnabocT u/unu HamaneHa auxaTtenHa yHKUMS npu popmaTta C KbCHO Havano
& . [laHHU 33 3acsiraHe Ha CbpLETO M reHepanuaupaHa MyckynHa cnabocT/xunoToHus npu wHaHTunHaTa gopma

3 | 'unca Ha naKnio4vBaLy Kputepuu no Touka b

'peweHue Ha ciielmanuanpaia komucus no Allp Ne 38
2 MeAMLIMHCKA JOKYMEHTALMS, NOTBLPXAABALLA KPUTEPAMTE NO NPUIIOKEHUE 1 1 BCNYKN HEOBX041MMY n3crnesBaHus, CboGPa3Ho Npunoxexve 2

B. U3KIHOYBALLY KPUTEPUK (NPU 3ANOYBAHE HA NNEYEHUETO)

1. CBPBXUYYBCTBUTENHOCT KbM aKTUBHOTO BELLECTBO MU KbM HAKOE OT NMOMOLLIHWTE BellecTsa
2.© NauweHTt Ha Bb3pacT nog 6 meceua 3a INN Avalglucosidase alfa

VU3NCKBAHUA HA H30K 3A MPOBEXXOAHE HA NEYEHUE MPU BOMIECT HA NTOMNME B U3BBHBEONHUUHATA NMOMOLY

Faot




NPUNOXEHWUE 16

NUCT 3A ONPEAENAHE HA KPUTEPUUTE NPU NPOOBITKABAHE HA NEYEHWE NPU BONECT HA MNOMIE

B. KPUTEPUU 3A NPOOABIMKABAHE HA NEYEHUETO (SAABLMKUTENHU CA BCUYKU KPUTEPUMN)

MKB E74.0

HesponoraueH craTtyc "2

2 | **Manyan{o MyckynHo tectysaxe -2

3 | **OYHRUMOHANHO U3CNeABaHe Ha ANWAHETO Uiy okcumeTpus ' 2
4 | *KoHGynTauusi cbe cneumanuct kapavonor — EKT, ExoKF -2

5 | Nunca Ha uakn4YBaLn KPpUTEpUN NO Touka

* camo npu uihanTunsa popma

** camo npu hopma ¢ KbCHO Hauano

1pemeume Ha cneynanusupana komucus no Allp Ne 38

2 MeauLMHCKa LOKYMEHTALMA, NOTELPXAABALIA KpUTEPUUTE N0 NpUNoXeHue 1 1 BCuuki HeoBXxoanmu nacneasanus, CLobpasHo npunoxexue 2

. UBKMIOYBALL KPUTEPUN (NPU NMPOABMKABAHE HA NNEYEHUETOQ)

1.

Texku anathunakTUIHN peakunm

VU3NCKBAHMA HA H30K 3A MPOBEXOAHE HA NEYEHME MNPU BONECT HA NOMNE B U3BBHBEONHUYHATA NOMOLY,




NEYEBHO-OWATHOCTUYEH ANFOPNTHEM

NPUNOXEHUE 2

NEKAPCTBEHU NPOAYKTW, skmoueHn B Mpunoxeune 1 Ha MNNC, kouto H3OK 3annauwa B CwoTBETCTBME C

AencTeaiumre HOPMATUBHUN JOKYMEHTH.

INN J03A
ALGLUCOSIDASE
ALFA ¢ 20 mg/kg TenecHo Terno ABa NbTW MECEYHO KaTo MHTPABEHO3Ha UHDY3NS
AVALGLUCOSIDASE* e 20 mg/kg TenecHo Terno ABa NbTU MECEYHO KaTO MHTPABEHO3HA UHAY3NS
ALFA

* Tpn.pauuedTd ¢ uHdanTunHa dopMa Ha Gosecrra Ha Pompe (IOPD) Ge3 noaoGpeHue WIv 1HEAOCTATLYEH OTFOBOP 1O
OTHOHICHHE HA CbPJIEHHATa, AUXATE/IHATA WU ABUTATENHATA QYHKUMS [1PpH fedenne ¢ 103a 20 mg/keg. ¢¢ 10MyeKa yBEIMYaBaHe
Ha fosara a0 40 mg/kg npes ceamuua. Ilpu 103a 40 mg/kg npes ceaMHUA X TPH HAJIMUMC (1@ TCHKKA CBPHXYY BCTBUTEIHOCT,
aHAQUIAKTHYHE PEAKLMH WM PHCK OT NPETOBAPBAHE € TCUHHOCTH. C/IeABA 1a ce OOMHCIM HaMa IgBaHe Ha Jlo3ara ;1o 20 mg/kg npes

cenmuma.
NPOCNEAABAHE:

MHOAHTUITHA ®OPMA (0 ao 1 roguwiHa Bb3pacT)

MoxasaTenu u uscnenBaHusa

Mpeau 3anousaHe Ha
SIeYEeHUETO

Ha Bceku 6 meceua

Comarudex cTaTyc

X

Pwer

TenecHa maca

O6uKonka Ha rnasa

HesponoruueH craryc

X[ X X| X x

EMF

MyncoxcumeTpun

KoHcynraums.c AeTcku kapauonor

Exokapauorpacus

X

EKI"

X

Penxtrenorpacus Ha 6an apob

no NpeueHka

MKK {xemornoBuH, XeMaTOKpUT, EPATPOLMTY, NEBKOLNATH,
TpomBounty), CYE

X[ X X | X| X{ X1 X} X{ X}| x| X

X

Buoxumuuro nacneasane (KK, ACAT, AIIAT, Nax)

®OPMA C KbCHO HAYAIJIO (Bb3pacTHu u Aeua Haa 1 rogvwHa BL3pacT)

Moka3saTenu u nscnegBaHua

Mpenu 3anouBaHe Ha
nevYeHuneTo

Ha Bceku 6 meceua

PvcT

X

TenecHa maca

ApTepuanHo HansaraHe

MKK (xemornobuH, XxemaTokpuT, epuTpOLUTYH, NIEBKOLMUTH,
Tpomboumntn), CYE

X
X
X

X1 X[ x; x

Buoxumuuno nacneasane (KK, ACAT, AJIAT)

x

=

HesponoruueH cratyc

MaHyanHo MyCKynHo TecTyBaHe

EMI

DyHKUVMOHANHA OUueHKa Ha ABuratentHa akTMBHOCT (3/6 MUH. TecT
C X0AEeHe Unun TecT Ha Gowers) — ako e NPURoXUMO Haa 5
rogvLuHa sb3pacr

DYHKLUOHANHO U3CNEeABaHE Ha ANLIAHETO — Haj 4 r. Bb3pacT

X

KoHcynTaums ¢ kapguonor

no npeueHka

EKI

noO ApeuUeHkKa

Exokapguorpacus — no npeueHka

M3NCKBAHUA HA H30K 3A MPOBEXIAHE HA NEYEHUE NPV BONECT HA NOMIME B U3BbHEONHUYHATA NOMOLY



KoHcynTaums ¢ nynmornor — no npeuexka

PenTreHorpacus Ha 6sn gpob — no npeueHka

I'Iyncoxcmme'rpvm — MO npeueHKa

W3cnensanunaTa cneasa Aa ca ¢ AaBHOCT 40 1 Mecey npeaw KanauaaTcTBaHeTo.

I OBLUU USNCKBAHUA

1. Bob3pacroBara rpaHuua ce M34NCNABA B HaBLPLIEHW TOAMHW - T.€. BKMIOMUTENHO KbM JaTaTa Ha W3AaBaHe Ha npoTokona oT
cneunanusnpaHara Komucus.

2. Mpu HagxavyasaHe Ha Tepanua NO NPOTOKON 3aAbIKUTENHO Ce CboDPasABaT BL3PACTOBATE OrpaHNYEHUsA, CbIMacHo KpaTkaTa xapakTepucruxa
Ha CbOTBETHUA NEKAPCTBEH NPOAYKT, YTBbPAEHa no peaa Ha 3JINXM.

3. H3OK He 3annaiija neuenne M3BBLH yKasaHaTa Bb3pacToBa rPaHULIA B KpaTKaTa XapakTepucTuka Ha NpoayxTa.

4. H3O0K He sannauja neyeHne ¢ 4031 HaJ MaKCUMAanHO Pa3pELIEHNTE NO KPaTKa XapakTepucTika Ha NPOAYKTA.

5. B cnyyail Ha HacTenNunNa nNoA03NpaHa HeXenaHa NekapcTBeHa peakuus, nekapst yeegomssa WMAJT no peaa Ha yn. 184 ot 3NINXM. Konue ot
CbLOBLLEHNETO Ce npunara/onucea KbM/B MeguuUMHCKaTa 4okyMmeHTaumst Ha 30/ npu kKaHAUAATCTBaHE 33 NeYeHue.

6. Becekn e-nporokon ¢e n3nasa Bb3 OCHOBA Ha M3AajeH MeAMLUHCKU JOKYMEHT: cneyuanusupana komucnsa B JI3BIT Ha ocHoBaHue Allp Ne 38
,LONpejenAHe Ha NRaH Ha NeJeHwe U npocneassBaHe Ha TepaneBTUYHUA OTrOBOPR NPW NAUUEeHTW, NoNy4YaBalM CKbNOCTPYBALUW NEKapCTBEHU
npoaykTW o pega Ha un. 78, 7. 2 330"

Ek3semnnsp Ha xaptved Hocuten ot Allp Ne 38 ,OnpepensHe Ha nnaH Ha nedeHue W npocneassaHe Ha TepanesBTUYHUA OTFOBOP NPU NauvneHTw,
nony4yasaiiy CKLNOCTPYBALLYN NEKApCTBEHN NPOAYKTY NO peaa Ha un. 78, T. 2 330", koiTo e OCHOBaHNe 32 U3jaBaHe Ha NPOTOKON, NoANUCaH OT
cneunanuanpasa.kommcus u 30J1, ce Bogm no pep, onpeaenex oT NneuebHOTO 3aBefeHne 1 Ce CbxpaHsBa B kabuHeTa Ha KomucusATa.

7. fipu n3gasane Ha E-npoTokon no peaa Ha ekcnepTuaata no 4n.78, 1.2 ot 330, oTnaga HeobxoaMMOCTTa fa Ce NPefOCTaBAT ! CbXxpaHaBaT
npunoxerne:Ne1 n npunoxerue Ne3 ot HacToawmTe Maucksanua Ha H3OK".

8. N3paBaKeTto Ha E-npoTOKON Ce OCLLIECTBABA B CLOTBETCTBUE CbC CLBMECTHU ,YKasanus 3a pabota € NoAaAeH No enekTPoHeH NbT NPOTOKON
IA/IB/IC (e-npoToxon)”, mexay HauunonanHata 3gpaBHooCUrypUTEnHa kaca W bbnrapckun nekapckv Cbio3 3a npunarase Ha HauuoHanHus pamkos
A OTOBOP 33 MEANLMHCKUTE AEAHOCTH.

Hacmosujume usuckeaHus ca ymebpdeHu om ynpasumensi Ha H30K cned Pewerue Ne P[]-HC-04-34/22.03.20242. Ha Had3opHusi cbeem Ha
H30K u npedsapumenno cwanacysare ¢ 6/IC, Ha ocHoeaHue 4n.51, an. 10 eve 8p. ¢ an.8 om [IpasunHuka 3a ycmpolcmeomo u deldHocmma Ha
HauuonanHama 30paeHoocuzypumennda kaca. M3uckeanuama enusam e cuna om Oamama Ha obHapodsaHemo uM e ,[JbpxaseH eecmHuk” u
ommeHam delicmsatyume ustickeaHus, 8 cuna om 15.07.2013e.

M3NUCKBAHUS HA H30K 3A NPOBEXAHE HA NEYEHWE NPY BONECT HA NMOMMNE B U3BBHBONMHUYHATA NMOMOLY,
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NPUNOXEHWE 3

AEKNAPALINA 3A UHOOPMUPAHO CBHIMACUE C USUCKBAHUATA 3A 3ANOYBAHE/ NPOABIMKABAHE HA
NEYEHUETO C NEKAPCTBEHUA NPOAYKT

A3 JONYMOAMMACAHMITIATA ©...o.oeiiee ottt ettt et e oo et e 2o as e e et h et et es ettt bt et

................ R

cneA Kato Ce 3anosHax C UAnata mMu npeaocTaBeHa MHAOopMauums M Uenta Ha [IEYEHUETO C NeKapCcTBEeHus
DU DO Y KT it estnneeeesemnseeremcsemeemae et e e e e s ec e emese e e e e e e s et et e ettt e M Criea KaTo NOfy4Yux usdepnartenHyu OTFOBOPU Ha
NoCTaBeHUTE OT MEH BbAPOCH, AeKNnapupam ye:
1. llle cnassam npenopbYaHaTa MU CXEMA Ha NedeHne ¥ NepUOSNYHOCT Ha KOHTPOSHUTE nNpernean.
2. PenoBHo e ce SBSBaM Ha KOHTPOMHM nperneay U HAMAa Ja MpPOMEHSM CaMOBOMHO MNW NOL4 APYro BHYLUIEHWE
HasHaJvexHara M Tepanus.
3. [pwn npeycraHoBsiBaHe Ha NEYEHWUETO MO MPUYMHIM, HENPOM3TUYALLW OT pelueHneTo Ha KomucusaTa 3a ekcneptuan B P3OK
whanm Komucusita no un. 78, 7.2 ot 330, e yBeaoma He3abaBHO NUYHUA CU NeKap.
4. :Tlpw HecnaspaHe Ha MOCOYEHUTE YCMOBUA MEYEHNETO MU C YNOMEHaTUs NEKApPCTBEH NPOAYKT Wie Oble npekpaTeHo u
Hﬁma Aa nMam npeteHuun kbm H30K.

W ¥ U3NCKBAHUA HA H30K 3A NPOBEXAAHE HA NEYEHME MMPU BOJIECT HA NMOMIE B M3BBHBONHUYHATA MOMOLL




