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Itvisma (onasemnogene abeparvovec)
O6uw, npernea Ha Itvisma Ha pa3bupaeM e3nK 1 OCHOBaHUSA 3a pa3pellaBaHe B
EC

KakBo npeacrasnsBa Itvisma u 3a kakBoO ce nsnonssa?

Itvisma e nekapcCTBO 3a reHHa Tepanus 3a Jle4eHne Ha CnuHanHa MyckynHa atpodusa (CMA) —
CepUO3HO 3abonsaBaHe Ha HEPBHUTE KETKN (HEBPOHM), KOETO NMPUYMHSABA MYCKYHO U3TOLLEHNE U
cnabocT nNpu Xopa Ha Bb3pacT HaA 2 FOAMHWN C HacneACTBEHM MyTauuun (NpoMmeHun) B reHa SMN1.

CMA ce cuunTa 3a psaako 3abonsiBaHe u Itvisma e onpeaeneH KaTo ,1ekapCcTBo cmpak" (nekapcTBo,
M3MoNa3BaHO Npu peakun 3abonasanusa) Ha 19 oHM 2015 r. JonbnHuTeNnHa MHpOpMaLMa 3a nekapcTeaTa
cMpaum MoXeTe Aa HamepuTe Tyk: ema.europa.eu/medicines/human/orphan-designations/eu3151509.

Itvisma cbabpxa akTMBHOTO BeLWeCcTBO oHaceMHoreH abenapBoBek (onasemnogene abeparvovec).
Kak ce nanonssa Itvisma?

Itvisma ce oTnycka no nekapcko npeanucaHue n nedeHueTto Tpabea aa 6bae 3anoyvyHaTo, NpuiaraHo 1
HabntogaBaHO OT Jslekap C ONUT B sledeHneTo Ha CMA.

Mpepnara ce noa opMaTa Ha MHXEKLMOHEH pa3TBop. lNpwunara ce caMo BeAHDBX Ype3 MHTpaTeKasnHa
MHXeKumMs (B AoNHaTa 4acT Ha rbpba, AMPEKTHO B TEYHOCTTa OKO0 FPbOHAYHUS MO3bK) B BOSTHNYHA
cpefa OT niekap C onuT B NPOBEXAAHETO Ha Tasu npoueaypa. Moxe aa ce HanoXu naumMeHTuTe aa
6baat ceampHu (A4a M ce page nekapcTBoO 3a YCNOKOsIBaHE), Npeaun npunaraHe Ha Itvisma.

ChbLU0 Taka nauneHTUTe LWe noay4vaT NpeaHM30M0H (Mn Apyr KOpTUKOCTEpoua) npes ycraTta 24 vaca
npean npveMa Ha Itvisma. ExxeqHEeBHOTO fleyeHne C KOPTUKOCTEPOMAN NPOAb/IXKAaBa OKOJ10 2 Meceua
cnep aosata Ha Itvisma wnu gokato HMBaTa Ha YepHOAPOOHUTE eH3UMKN Ha NauMeHTa HaManesT Ao

npuMeMnMBo HUBO. JlekapaT 6aBHO HamansBa Ao3aTa Ha KOPTMKOCTEpOMAUTE A0 MbJIHOTO UM CrMpaHe.

3a noeeye NMHMOpPMaLMA OTHOCHO ynoTpebaTta Ha Itvisma BMXKTe NNCToBKAaTa UM Ce CBbPXETE C Ballus
nexkap unu cdapMauesT.
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Kak peicrBa Itvisma?

MaumeHTnTe cbc CMA mnmat gedekT B reH, HapedyeH SMN1, oT KOMTO OpraHM3MbT Ce HyXJae, 3a Aa
npomseexaa NpoTenH, KOMTO € OT CbLeCTBEHO 3HaYeHMe 3a ouesnsiBaHeTO U HOPMaslHOTO
(PYHKUMOHMPAHE Ha NO-HUCKNTE MOTOPHU HEBPOHW — HEPBHUTE KNETKU OT rpbObHaYHUA MO3bK, KOUTO
KOHTPOANpaT MYCKY/HUTE ABMXeHUS. AKTUBHOTO BellecTBO B Itvisma, oHacemMHoreH abenapBoBek,
CbabpXxa PYHKLUMOHAHO KOMNE Ha TO3W reH. MNMpun nHXXeKTMpaHe ToM NpeMuHaBa B MOTOPHUTE HEBPOHMU,
OTKBAETO OCUTYypsiBa NPABUAHUSA FEeH 3a NPOU3BOACTBO Ha AOCTATbYHO KOSIMYECTBO OT MPOTEMHA U MO
TO3M HauymH nopobpsiBa agBuraTesiHaTa QyHKUKUS.

KakBu nonsu ot Itvisma ca yctaHOBeHM B npoy4YBaHusATa?

OCHOBHO npoyuBaHe, ob6xBawawo 126 geua cbc CMA Ha Bb3pacT OT 2 A0 No-Manko oT 18 roamHu,
KOWTO He ca JleKyBaHW npean ToBa c Apyru nekapcrea 3a CMA 1 KOMTO MoraT Aa CeasitT, HO HMKora He
ca MOrnu ga BbpBAT CaMOCTOATENHO, Noka3ea, ye Itvisma e edekTuBeH 3a nogobpsaBaHe Ha
ABuratenHata @yHKUMS B CpaBHeHME C nnauebo (NceBaouHXEKUUS).

OcHoBHaTa MsApKa 3a eheKTUBHOCT € NpoMsAHaTa B ABuUraTeniHaTa pyHKUKUS, OLEeHeHa CbC cKana,
HapeuyeHa HFMSE (dbyHkumoHanHa apuratenHa ckana Hammersmith — paswwupeHa) 1 rogmHa cneg
npuvema Ha Itvisma. lNMpomsHaTa B ckopa no HFMSE e 2,4 npun nauneHTnTe, npmemawm Itvisma, B
cpaBHeHue ¢ 0,5 npu naumeHTnTe, Npnemawm nnauebo. ToBa nokassa nogobpeHne Ha ABUraTenHuUTe
CNoCco6bHOCTK, HanpMMep NpoMsiHa Ha CTOMKaTa WKW NMpeMecTBaHe Ha pbUeETe, NpU IeKyBaHUTe
nauneHTn cnej egHa roguHa.

lMpoyuBaHuATa, NpoBeaeHn ¢ Itvisma, ca onucaHm no-nogpobHO B AOKIaAa 3a OUEHKa Ha 1eKapCcTBoToO.
KakBu ca HexxenaHuTte peakuum un orpaHuuyeHmsTa npm Itvisma?

3a NMbJIHUA CMUCBK Ha HeXenaHuUTe peakunu n orpaHnyeHusTa npu Itvisma BumxTe nucroskaTa.

Hari-uectute HexenaHu peakumn npu Itvisma (Moxe ga 3acerHaT noseye oT 1 Ha 10 Aywu) BKAOYBAT
MHMEKUNSA Ha ropHUTE AnxaTenHu nbtuwa (MHpeKUUs Ha HOCa M MbpsIoTo), NOBULLEHA TeMnepaTypa,
nospbllaHe v rnasobonue. [ipyrm 4ectn HexenaHu peakuum (Moxe Aa 3acerHaT He nosede oT 1 Ha 10
AyLlKn) ca NOBULLIEHWN HMBA HA YEpPHOAPOOHUTE EH3UMU.

Hsakoun HexenaHu peakumu morat ga 6baaTt cepmo3Hun. Han-dyectnte (Moxe Aa 3acerHaT He noseye oT 1
Ha 10 gywwn) BKAOYBAT NoBpbLUAHE, MOBULLIEHN HMBA Ha YEpPHOAPOOHN eH3UMK, rnasobonme u
nosulleHa TeMnepaTypa.

3awo Itvisma e paspeweH 3a ynotpeba B EC?

MokasaHo e, ye Itvisma BoAn A0 KIMHMUYHO 3HAYMMU NoAobpeHMsa B ABUraTenHaTa dyHKUUS nNpu
NMauMeHTN Ha Bb3pacT 2 1 noBeye roAvHu (4eua, HOWN U Bb3pacTHKU) cbe CMA. HexenaHute peakumm
ca nogo6HM Ha Te3u Npu APYro JIeKapCTBO, CbAbPXAaLlO CbLIOTO aKTUBHO BELLECTBO, W CE€ CYMTaT 3a
ynpaensiemu. NMopaamn ToBa EBponeiickaTa areHUMs Mo fiekapcTBaTta pewu, Ye nonasuTe ot ynorpebaTa
Ha Itvisma ca no-roneMu oT pUCKOBETE M TO3M NMPOAYKT Moxe Aa 6bae paspelleH 3a ynoTpeba B EC.
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KakBu Mepku ce npeanpuemMart, 3a a ce rapaHTupa 6esonacHaTta m
ecdekTMBHa ynoTtpeba Ha Itvisma?

dupmaTa, KosATo npeanara Itvisma, we npeaoctasy o6yynTeNHU MaTeEpPUaIM Ha MEANLUHCKUTE
CreuvanucTu, naumeHTuTe n amuaTa, nosarawm rpuxm, ¢ nHgopmaums 3a CMA, kak aa ce usnonsea
JIeKapCcTBOTO 6e30MacHO, PUCKOBETE, CBbP3aHM C JIEKApCTBOTO, M Kak Aa ce uaeHTuduumpart u
[OKNaABaT HeXeNaHU peakuuiu.

Te3n MmaTtepmann Moxe Aa 6baaTt npeaocrtaBeHn OT HAUMOHATHUTE KOMMNETEHTHU OPraHn Ha TEXHUTE
YE6cal7ITOBe. CnucbK Ha HauMOHaNHUTe XpaHunnuiia Ha AaHHW € AOCTbMEH Ha yebcanTa Ha EMA.

MpenopbknTe M NpeanasHUTe Mepkn 3a 6e3onacHaTta U edekTUBHa ynotpeba Ha Itvisma, kouTo cneaBa
[a ce crnassaT OT MeANLMHCKUTE CreunanncT U nauneHTUTe, ca BKJIIOYEHM CbLLO B KpaTKaTa
XapaKTepuUCcTMKa Ha NpoayKTa U B JIMCTOBKATA.

KaKTo npu BCUMYKM NeKapcTBa, AaHHUTE BbB Bpb3Ka C yrnoTpebaTta Ha Itvisma HenpekbcHaTo ce
npocneassat. CbobLIEHNTE HEeXeNaHu peakLmm, CBbp3aHu ¢ ynotpebaTa Ha Itvisma, BHMMaTeNnHo ce
OLUEHSABAT M ce npeanpueMaT BCUUKN Heo6X0AMMIN MEPKM 3a 3allMTa Ha NaumveHTuTe.

AonbnHutenHa nHdopmaymsa 3a Itvisma:

Itvisma nony4yaBa pa3speweHune 3a ynotpeba, sanmgHo B EC, Ha.

JonbnHutenHa VIHd)OpMaLI,VIH 3a Itvisma, BKAKYNTENHO NINCTOBKATa U AOKNAAbLT 3@ OLEHKa, UMa Ha

yebcanTta Ha AreHumsaTa: ema.europa.eu/medicines/human/EPAR/itvisma.

3a fa pa36epeTe Aanun NeKapcTtBOTO Ce npeasiara BbB BallaTa AbpXXaBa, C€ CBbPXETE C HaUuMOHaNHWUA
KOMMNETEHTEH OpraH.
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