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Zolgensma (onasemnogene abeparvovec)
Avaokonnon Tou Zolgensma kai aitTioAoyiko €ykpiong otnv EE

Ti eival To Zolgensma Kdal O€ NOIEG NEPINTWOEIG XPNOIMONOIEiTAI;

To Zolgensma eival ¢apuako yovidiakng Bepaneiag yia Tn Bepansia TnG vwTiaiag PHUiKAG aTpo®iag, Hiag
ooBapr¢ Nabnong Twv VEUpWV Nou NPOKAAei JUiKr aTpo®ia kal aduvayia.

MpoopileTal yia Tn Bepaneia acbevwv Pe KANPOVOUIKEG HETAAANAEEIG O €va yovidlo nou €ival yvwoTo He
Tnv ovopaacia SMN1, ol onoiol €xouv diayvwoTei gite ye SMA TUnou 1 (o nio ooBapog TUNoG) eiTe
d1aBETOUV £wC Kal 3 avTiypaga evoc aAlou yovidiou yvwoToU wg SMN2.

H vwTiaia puikn atpo@ia gival «onavia» kai To Zolgensma XapakTnpioTnke «op@avo Gapuako»
(pappako nou xpnoidonolsital g onavieg nadnoeic) oTig 19 Iouviou 2015. MNepiooOTEPEG NANPOPOPIEG
YIa TOV XapakTnpIouo evog pApPAkou wg oppavou PMNopeiTe va BpeiTe edw:
ema.europa.eu/medicines/human/orphan-designations/eu3151509.

To Zolgensma nepigéxel Tn dpaAcTIKN oudia onasemnogene abeparvovec.
Nwg xpnoiponoigital To Zolgensma;

To Zolgensma xopnyeital wg epana& evdo@AERia €yxuan (oTaydnv xoprnynon) didpkeiag nepinou 1
wpag. H £yxuon npénel va Xopnyeital o€ KAIVIKA 1 0€ VOCOKOWEIO uno Tnv niBAewn yiaTpoU WE gunelpia
oTtn diaxeipion TNG vwTiaiag NUIKAG aTpoiac.

Mpiv kal HETA TNV €yxuon, o acBevng 6a unoBAnBei o diapopeg eEeTAOEIG, HETAEU AAAWV O€ €EETACEIG
NNaTog Kal aipgaTog, kal 6a Tou xopnynBouUv KopTIKOOTEPOEIDN QApHUAKA YIa TN HEIWON Tou KIvoUvou
EUQAVIONG AVEMIBUNNTWVY EVEPYEINV. TO PAPHAKO XOPNYEITAl HOVO WE 1ATPIKN ouvTayn. Na nepiocdTEPeC
NANPOYOPIEG OXETIKA UE TN XPron Tou Zolgensma, oupBoUAeUBEiTE TO UAAD 0dNYIWV XProng i
EMIKOIVWVNOTE HE TOV YIATPO 1 TOV PpApUakonolo odac.

Nwg dpa 1o Zolgensma;

O1 aoBeveic e vwTiaia HUTKA aTpopia napouaialouv eAATTWHA O £va yovidio nou ival yvwoTd wg
SMN1, To onoio XpelddeTal o opyaviopog NPOKEIYEVOU va €ival o B€on va napdyel Pia npwTeivn nou
gival anapaitnTn yia TNV opain AEIToupyia Twv veEUPWY Nou EAEYXOUV TIG KIVAOEIG TV JUwV. H
dpaoTikn ouaia Tou Zolgensma, n onasemnogene abeparvovec, NepIEXEl €va AEITOUPYIKO avTiypa®o Tou
yovidiou auTou. 'OTav To QAapuako gyxEETal, n ouaia eI0€pXETal oTa velpa NapEXOvVTag To owaoTo
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yovidio. KaT’ autov Tov TpOMno o opyaviouog €xel Tn duvaToTnTa va napayel ENapkeic NoocoTNTEG TNG
NPWTEIVNG auTAC Kal N VEUPIKN AsIToupyia anokaBioTaral.

Moia €ival Ta oPéAn Tou Zolgensma CUH@P®WVA HE TIG HEAETEG;

Ano pia kUpla JEAETN NPOEKUWE OTI To Zolgensma HEI®VEl TNV AvAyKn yia JNXAavikn avanveuoTIKr
UnNoaoTnpPIEN o BPEPN WE VWTIAia PUIKA aTpo®id. STo NAdiolo TNG NEAETNG AUTRG, Ta 20 ano Ta 22 Bpépn
nou €éAaBav Zolgensma eniBiwoav kai avénveav Xwpig Tn Bonosia YOVIKING avanveuaTIKNG UNXAVIKNAG
UnooTNPIENG META and 14 pnveg, evw und AAAEC OUVBNAKEG HOVO To 25% Twv acBevmv nou dev eixav
AaBel Bepaneia Ba sixav eniBinosl Xwpic va XpeiddovTal JnxXavikn avanveuaoTiKn UnooThpI&n.

Ano Tn MEAETN NPOEKUWE €niong OTI To Zolgensma pnopei va BonBnaoel Ta BpEpn va kabioouv Xwpig
unoaoTnpIEN yia TouAdxiotov 30 deuTepoAenTa. Ta 14 anod Ta 22 Bpépn nou €haBav Zolgensma nTav o€
Beon va kabioouv Xwpic unoaTrpIEn HETA and 18 prveg, €va opdonuo nou dev Ba eixe eniTeuxBei NoTE
o€ BpEPn pe ooPBapEG HOPPEC TNG vOoOU Ta onoia dev gixav akoAouBriosl BepansuTikh aywyn).

Mool kivduvol ouvdéovTal HE TO Zolgensma;

O1 ouxVvOTEPEG avenmBUUNTEG EVEPYEIEG TOU Zolgensma €ival au&nuéva nnaTtika éviupa, nnaTikn BAGRN
(nnatoTo&ikdTNTA), XapunAd enineda aigonsTaAiov (6pouBokuTTaponevia), au&nuéva enineda Tponovivng
(deikTng nou unodeikvuel BAGRN oToug pHUEC TN KapdIAg), NUPETOC Kal EUETOC.

Ma Tov NARPn KAaTaAoyo TV NEPIOPICPMV KAl TWV aveniBUUNTWV EVEPYEIOV NMOU €XOUV avapepBei Ye To
Zolgensma, ogupBouAeguBeite To PUAAO 0dNYILV XPHONG.

lMNa noioug Adyoug eykpidnke To Zolgensma otnv EE;

Ano Tnv kUpla YeEAETN Tou Zolgensma npoékuye OTI Wia epdanag €yxuon Pnopei va BEATIOOE! TNV
eniBiwon Twv ev Adyw acBevwv Kal va PEIMOEl TNV avaykn Toug yia JOVIUnN UNXavikr avanveuaTikn
unoaTnpIEN. Mnopei eniong va Touc Bonbnosl va senituxouv avanTu&laka opdonua. ‘Ocov agopda ThV
aoc@AaAela Tou, ol aveniBUPNTEG eVEPYEIEG TOU Zolgensma BewpouvTal diaxelpioipes. H nio ouxvn
avemeuunTn evépyeia nou dianioTwOnKe oTo NAAicIo TNG MEAETNG, Ta augnuéva nnaTika évqiuua, xpnlav
Bepaneiag e oTeposidn. Q¢ ek TouTOU, 0 Eupwnaikdc Opyaviopoc Papudkwy EKPIVE OTI TA OPEAN Tou
Zolgensma unepTepolv Twv d1IanioTWOEVTWY KIVOUVWY Nou ouv3dEovTal e AUTO Kal €I0NyNONKe TNV
€yKkpion Tou ev Adyw ¢appdakou otnv EE.

310 Zolgensma xopnynBnke apxika «€ykpion uno 6pouc», dIOTI AVAPEVOVTAV MEPIOTOTEPA AMODEIKTIKA
OTOIXEIA yIa TO PAappako. MeTa Tnv unoBoArn Twv anapaitnTwv NpdcBeTwv NANPOPOPIWY ano Tnv
NapackeudoTpia €TAIPEIA, N «EYKPION UNO OpOUC» HETATPAMNNKE O «NANPN £YKPION».

Moia péTrpa AapgpavovTrail yia Thv ac@aAAn Kal anoTeAECHATIKA XpPRON TOU
Zolgensma;

H eTaipeia nou gunopeleTal To Zolgensma 8a NapAcyel OTOUG PPOVTIOTEG EKMAIDEUTIKO UAIKO HE
NANPOQOPIEG OXETIKA HE TOV TPOMO Ao@aAoug Xprong Tou papHUAKoU, Toug KIvOUVOUG Nou ouvdEovTal JE
auTd Kal Tov TPOMo npoadiopiopol Kal ava@opdac Twv avemBuunTwv evepyelwv. Eniong, 6a dievepynoel
MEAETN OXETIKA PE TN HAKPOXPOVIA ANOTEAECUATIKOTNTA KAl ACPAAEId TOU PAPHAKOU.

ZTNV NepiANYn TV XapakTnpIoTIKWV TOU NPOIOVTOG KAl 0To GUAAO odnyI®V Xpnong cuPnepIAf@Onkav
€niong oUCTACEIG KAl NANPOPOPIES YId TIG KATAAANAEG NPOPUAAEEIG Nou Npénel va AauBavovTal and Toug
€MNayyeAUATIEG TOU TOPEA TNG UYEIAG Kal TOUG agBeveic yia TNV aoc®aAr] Kal anoTEAECUATIK XPHon Tou
Zolgensma.
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'Onwg yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpnon Tou Zolgensma TeAoUV und ouvexn
napakoAouBnon. OI avenBUPNTEG EVEPYEIEG MOU ava@EépovTal yia To Zolgensma a&loAoyolvTal
NPOCEKTIKA Kal AapBavovTtal OAa Ta anapaiTnTa YETPA yid TNV NpooTacia TwV aoBevav.

NAoinég nAnpo@opisg yia To Zolgensma

To Zolgensma éAaBe ddeia kukAopopiag unod dpoug, n onoia 1oxUel g€ oAOkAnpn Tnv EE, oTig 18 Maiou
2020. H ev AOyw adeia petatpdnnke o€ nAnpn adeia KukAopopiag oTig 17 Maiou 2022.

MNeploodTEPEG NANPOPOPIEC Yia To Zolgensma diaTiBevTal oTov dIKTUAKO Tono Tou OpyaviopouU, aTn
dielBuvon ema.europa.eu/medicines/human/EPAR/zolgensma

TeAeuTaia evnuépwon TNG avaokonnong: 08-2022.
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