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Hemgenix (etranacogene dezaparvovec)
O6bw nperneg Ha Hemgenix n ocHoBaHus 3a pa3pewaBaHe B EC

KakBo npeacrasnsasa Hemgenix u 3a KakBo ce usnonssa?

Hemgenix e nekapcTBO, KOETO Ce M3MO0J3Ba 3@ JIEYEHNE Ha Bb3PACTHU C TEXKA U YMEPEHO TeXKa
xemodunms B — HacneacTBEHO HapylleHWe Ha KpbBOCbCMPBAHETO, MPUYNHEHO OT IMncaTta Ha dakTop
IX (npoTenH, HeobxoaAnM 3a NPOM3BOACTBOTO HAa KPbBHU CbCUpeELn, 3a Aa Cnpe KbpBeHeTo). M3non3ea
Ce Nnpu Bb3pacCTHU, KOUTO He Cca pasBuan MHXMbmUTopun (NpPoOTEMHKN, NPOU3BEXAAHU OT eCTeCcTBEeHUTE
3aWMTHM CUIM Ha opraHm3ma) cpewy dakTop IX.

XeMmodunus B ce cunta 3a psako 3abonsiBaHe n Hemgenix e onpeaeneH kato ,/ileKapcTBo cupak™
(nekapcTBO, U3N0A3BaHO Npu peakn 3abonasaHus) Ha 21 mapt 2018 r. JonbaHuTENHA MHGOPpMaUus 3a
JflekapcTBaTa cMpauu MOXeTe Aa HaMepuTe TyK:
https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu-3-18-1999.

Hemgenix cbabpka akTMBHOTO BELLECTBO €TpaHakoreH Ae3anapBoBek (etranacogene dezaparvovec) u
e BWJ NIeKapCTBEH NpoAYKT 3@ MoJepHa Tepanus, HapeyeH ,NpoAyKT 3a reHHa Tepanusa®. To3u BuA
JleKapcTBO AeiCTBa Ypes BbBeXAaHe Ha reHu B OpraHusma.

Kak ce nanonssa Hemgenix?

JlekapCcTBEHMST NPOAYKT Ce OTMyCKa Mo JieKkapcko npeanuncaHue. JleyeHmeTto TpsibBa Aa 6bAe 3anoyHaTo
noa HabnOAEHMETO Ha NeKap C ONUT B JIeYEHNETO Ha XEMOMDUINS U/UNN HaPYLLUEHMS Ha
KPbBOCbCUPBAHETO B MEAULIMHCKO 3aBeAeHune, 06opyaBaHo 3a 6bp30 leyeHmne Ha peakLumn, CBbp3aHu C
MHy3uaTa.

Hemgenix ce npunara eagHokpaTHO NnoA copMaTta Ha eAHOKpaTHa UHbY3KA (BNMBaHe) BbB BeHa B
NpoAb/KEHME Ha eAuH A0 ABa 4Yaca. [lo3aTa 3aBMCM OT TEJIECHOTO Terylo Ha NauueHTa.

Mpean npunaraHe Ha MHY3NATa NALMEHTBLT NPEMUHABA HAKOMKO U3CNeABaHUSA, BKIIOYMTENHO TECTOBE
3a rnposBepKa Ha 34PaBOC/IOBHOTO CbCTOSAHME Ha YepHUs Apob M HanMuneTo Ha MHXMbUToOpK Ha

dakTop IX. Toi kKaTo Hemgenix nposiBsiBa CBOETO AENCTBME Cled HAKOAKO CeAMULN, NauueHTuTe we
6baaTt HabnoaaBaHW BHMMATENHO B NPOAb/KEHNE Ha Hal-Manko 3 Meceua cnes nHdysuaTa, 3a Aa ce
pewn Aanu ce HyXAasaT oT AOMb/IHUTENIHO IeYeHMe CbC 3aMecTuTesnHa Tepanusa ¢ dakTop IX.

3a noseue MHGMOPMaLMS OTHOCHO yrnoTpebaTa Ha Hemgenix BUXTe IMCTOBKATa WK Ce CBbPXETe C
BallMa nekap unmn dapMalesT.
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Kak peictBa Hemgenix?

MauneHTuTe Cc xeModunus B nmat mytaumm (MpoMeHun) B reH, OT KOMTO OpraHM3MbT Ce HyXJae, 3a Aa
npouseexaa npoTtenMHa daktop IX, oTroBOpeH 3a CbCMPBAHETO Ha KPbBTa, KOETO BOAM A0 HeroBaTa
YacTMUHa WAW MbJIHA HEAKTUBHOCT.

AKTMBHOTO BeLecTBO B Hemgenix, eTpaHaKkoreH gesanapBoBeK, ce 6a3upa Ha BUPYC, KOMTO CbAbpXa
KOMMS Ha reHa, OTroBOpEH 3a NpomM3BOACTBOTO Ha ¢akTop IX. KoraTo ce NpuaoXun Ha naumeHTa,
BUPYCbLT AOCTaBsa reHa 3a ¢aktop IX B yepHoapobHUTE KNETKU, KOETO UM NO3BONSBa Aa obpa3yBsaT
nmnceawmsa CbaKTOp IX n no 1031 HauuH Aa OorpaHuM4yaBaT enn3oanTe Ha KbpBeEHE.

M3non3BaHUAT B TO3M NIeKapCTBEH NPOAYKT BUPYC (aaeHoacouMmnpaH BUPYC) HE NMpUUNHABA
3abonsaBaHms npu xopa.

KakBu nonsm ot Hemgenix ca ycraHoOBeHM B nNpoy4yBaHusaTa?

B npoyuBaHe npu 54 Bb3pacTHU NaUMEHTM OT MBbXKM MO C TEXKA UM YMEpPeHOo Texka xemodpunusa B e
yCTaHOBEHO, Ye Hemgenix e no-edeKTMBEH 3a HaMansiBaHe Ha enu3oaMTe Ha KbpBEHEe, OTKOJIKOTO
3amecTutenHa Tepanus ¢ daktop IX. MNMpoyyBaHeTo cpaBHsiBa 6pos Ha enM3oanTe Ha KbpBEHE, KOUTO
nauneHTUTe ca MMann CbC 3aMecTuTenHa Tepanusa ¢ dakTop IX no BpeMe Ha 6-MeceyveH nNepuoa npeam
npvema Ha Hemgenix, ¢ 6pos, konTo ce Habnogasa 3a 1-roavweH nepuoa cnej nNocTuraHe Ha
ctabunHmn HuBa Ha dakTop IX npu Hemgenix. JaHHUTe OT Npoy4BaHeTo nokaseaT, ye Hemgenix
HamansBa rogvHaTa YyectoTa Ha KbpBeHe oT 4,2 Ha 1,5 KpbBOU3MBa roauWHO. [poyyYBaHeETO
yCTaHOBsIBa CbLLo, 4e Hemgenix e eeKkTUBEH 3a yBenn4aBaHe Ha HMBaTa Ha dakTop IX, kaTo 96% oT
naumeHTnTe (52 0T 54) NoBeye He ce HyXAasaT OT 3aMecTuTesnHa Tepanus ¢ dakTop IX 3a nepuog a0 2
roavHun cnep nHdysumara.

KakBu ca puckoseTe, cBbp3aHu ¢ Hemgenix?

Han-yectuTte HexenaHu peakuum npn Hemgenix (KOMTO MoXe Aa 3acerHaT noseye oT 1 Ha 10 aywwn) ca
rnasobonve, NOBULLIEHN HMBA Ha onpeaesieHn YepHOAPOOHM eH3UMM 1 rpunonogo6HM CMMATOMM.

3a Nb/HWUSA CMUCBK Ha HeXenaHuTe peakunm npu Hemgenix BUXXTE NIMCTOBKATA.

Hemgenix He TpsbBa Aa ce npunara nNpu xopa, KOUTO Ca CBPbXYYBCTBUTENHU (@NeprnyHmn) KbM HAKOS
OT CbCTaBKUTE MYy, KOUTO MMaT aKTUBHA WM XPOHMYHA (MpoAbIXUTENHA) UHMDEKLNS, KOSATO He ce
KOHTpOSIMpa C nekapcTea, Uan KOUTO uMaTt HanpegHana yepHoapobHa dubposa nnm umposa
(yBpexxaaHe Ha 4yepHus Apob).

3awo Hemgenix e paspeweH 3a ynotpeba B EC?

KbM MOMEHTa Ha 006PEHMETO MaLMEHTUTE C TexKa XxeModuama B ce Hy»aasT oT AOXKUBOTHO JIeYeHme
CbC 3aMecTuUTeNIHa Tepanua ¢ dakTop IX. Hemgenix, npunaraH KaTo egHoKpaTHa UHdY3us, e
edeKTUBEH 3a NpedoTBpaTsABaHe Ha KbPBEHETO 3a Nepuog oT Hali-Manko 2 roAvH1, KaTo Mo To3U HauuH
[laBa Bb3MOXHOCT Ha MauueHTUTe a CrpaT JIeYeHMETO CbC 3aMecTuTeNHa Tepanus ¢ dakTop IX, koeTo
HaManaBa TEeXEeCTTa, MPUUYMHEHA OT NIeYeHNETOo Ha 3abonsaBaHeTo. CblUECTBYBAT U3BECTHU HEACHOTM
OTHOCHO MpPOABL/IKUTENHOCTTa Ha Non3uTe oT Hemgenix, KaTo ce MMa npeaBuil, Y€ OCHOBHOTO
Nnpoy4YBaHe OLEHsIBa NOB/IMABAHETO NPU ManbK 6poii NauMeHT 3a nepuoa Ao 2 roaguHU. Bbunpeku ye
[aHHUTe 3a AbnrocpoyHaTa 6€30MacHOCT ca orpaHMyeHu, NpoduabT Ha 6€30MacHOCT ce cuuTa 3a
npuemMnus.

Hemgenix e paspelueH 3a ynotpeba no T.Hap. cxema ,pa3speluasaHe nog ycnosue". ToBa o3HayaBsa, ye
EBponeiickaTta areHuus Mo JiekapcreaTta peLuu, ye nonsunte ot ynotpebata Ha Hemgenix ca no-ronemu
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OT pUCKOBETE, HO (pupMaTa Lie TpsbBa Aa NpefocTaBu AOMb/HUTENHN [OKa3aTeNcTBa cnef
paspeluaBaHeTo 3a ynoTtpeba.

Pa3pelleHMeTo noj ycroBue ce nsfaBa Bb3 OCHOBA Ha NO-Masnko nsuvepnaTesiHu AaHHU oT o6uyaiHo
nsnckeBaHuUTe. PaspelleHne noj ycnoBue ce U3faBsa 3a fiekapcTBa, KOMTO OTroBapsaT Ha
HeyAOBMETBOPEHa MeANUMHCKA HYXAA OT JIEYEHME HA CEPUO3HU 3a60N19BaHUA, U KOraTo Non3uTe oT no-
CBOEBPEMEHHOTO MM MNpeanaraHe NpeBullaBaT PUCKOBETE, CBbp3aHK € ynotpebaTa Ha fiekapcTeaTta, B
nepvofla, 4OKaTO Ce OYaKBaT AOMb/HUTENHUTE AaHHU. Bcaka roguHa EBponeiickaTa areHums no
fleKapcTBaTa Lie U3BbpLBa nperfes Ha HoBaTa MHGOPMaLUS, AOKATO AAaHHUTE CTaHaT M34yepnaTenHu, 1
HaCTOSILLOTO pe3loMe CbOTBETHO Lie Cce akTyanusupa.

KakBa nH¢opMmaumna ce ouakBa 3a Hemgenix?

Tbl kaTo Hemgenix e pa3peleH 3a ynotpeba no T.Hap. cxema ,pa3peluaBaHe nog ycnosue", dpmpmara,
KOATO npeasiara ToBa J1IEKApPCTBO, We npeaoctaBn AONBJIHUTENHW AaHHU OT TEKYLWMN Npoy4yBaHUA 3a
AbNrocpoyHaTa 6€30nacHOCT U eeKTUBHOCT Ha JIEKAPCTBOTO, BKIOYUTENHO 3@ NPOAB/IHKUTENIHOCTTA Ha
NOBAUABAHETO NMpPU MaUMEHTU C TEXKA A0 YMepPeHO Texka dopMa Ha xeMmodunms B. dupmaTta we
npenocTaBu CbLO AaHHW OT PerucTbp Ha NaumeHTuTe, JieKyBaHn ¢ Hemgenix, 3a Aa npoyyu HerosaTa
AbnrocpoyHa 6e30nacHOCT N ePEKTUBHOCT.

KakBu Mepku ce npeanpuemMart, 3a fa ce rapaHTupa 6e3onacHata m
ecdexkTnBHa ynoTtpeba Ha Hemgenix?

dupmaTa, KoATO npeanara Hemgenix Ha nasapa, Lie NpeaocTaBu 06y4YMTeNnHM MaTepuanm 3a
NnauMeHTUTe UM TexHuTe 6onNHOrNeaaum 1 3a MEAULIMHCKUTE CNeunannucTn ¢ nHdopMauus 3a nonsuTe,
PUCKOBETE N HEACHOTUTE OTHOCHO AbJFOCPOYHUTE edeKTU U 6e30NacHOCTTa Ha IEKapCTBOTO.
MauneHTUTe Tpsi6Ba Aa MoMy4aT CbLO KapTa Ha NauMeHTa, 3a Aa MHPOPMMPAT MEAUUMNHCKUTE
cneumnanucTu, Ye ca nekyeBaHu ¢ Hemgenix.

MpenopbkuTte 1 NpeanasHuTe Mepkun 3a 6e3onacHaTa u edekTuBHa ynotpeba Ha Hemgenix, konto
cnepjBa Aa ce crnassaT OT MeAULMHCKUTE CreunanmncTi 1 nauneHTnTe, ca BKJKYEHN CbLLO B KpaTkaTa
XapaKTepUCTUKa Ha NpoayKTa U B IMCTOBKaTa.

KakTo npu BCUYKM NekapcTBa, AaHHUTE BbB Bpb3Ka € ynoTpebaTta Ha Hemgenix HenpekbCHATO ce
npocneaasaT. CboblleHnTe HexenaHn peakumn, CBbp3aHu ¢ ynoTpebaTta Ha Hemgenix, BHMMaTeNHO ce
oueHsaBaT u ce npeanpuveMaT BCMUYKM HEOBX0AMMM MEPKM 3a 3aliMTa Ha nauueHTuTe.

AonbnHutenHa mHdopmauma 3a Hemgenix:

JonbnHuTtenHa nHdopMauus 3a Hemgenix MoxeTe Aa HaMepuTe Ha yebcanTta Ha AreHuumsTa:
ema.europa.eu/medicines/human/EPAR/hemgenix
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