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Pe3tome Ha EPAR 3a o6wiecTBeHO nosi3BaHe

Strimvelis

ABTonoxHa, oborateHa ¢ CD34+ knetku dpakums, KosaTo cbabpxka CD34+
KJIETKWN, TPaHCAyUMPaHU C PETPOBUPYCEH BEKTOP, Koampal, yoBelwkaTta ADA
kAHK nocnenoBaTesiHOCT.

HacToswmaTt AOKYMEHT npeacrasisiBa pe3toMe Ha EBponenckus nybnmueH oueHbueH goknag (EPAR) 3a
Strimvelis. B Hero ce pa3sicHsiBa Kak AreHumsTa € oueHua NeKapcTBOTO, 3@ Aa nNpenopbya
pa3peliaBaHe 3a ynoTtpeba B EC u ycnoBus Ha ynotpeba. [JoOKkyMeHTbT He e npeaHasHayveH aa
npenocTaBsa NpakTMYeCKn CbBETM OTHOCHO ynoTpebaTta Ha Strimvelis.

3a npakTnyecka MHpopMaumusa oTHOCHO ynoTpebaTta Ha Strimvelis, nauneHTMTe cneasa Aa npoderart
NUCTOBKAaTa MM Aa NonutaT cBos nekap unu dapMauesT.

KakBo npeacrasnsaBa Strimvelis n 3a kakBoO ce nsnonssa?

Strimvelis e nekapcTBO, KOETO Ce M3MNO0M3Ba 3a SlIeYeHNe Ha TeXbK KOMBUHUPpaH MyHoaeduumnT,
Abxally ce Ha ageduumT Ha aaeHo3nH ge3samMmnHasza (ADA-SCID). ADA-SCID e psigko HacneacTBeHO
3abonasaHe, Npu KOETO UMa NpomMsaHa (MyTaumusa) B reHa, Heob6xoAuM 3a CMHTE3a Ha €4WNH EH3UM,
HapeyeH afeHo3uH Ae3aMuHasza (ADA). B pe3ynTtaT Ha ToBa NauueHTUTE He npuTexasaT eH3mma ADA.
Tbi kaTo ADA e XU13HEHO BaxeH 3a nogabpXaHe Ha 3apaBu numdountn (6enm KpbBHU KNETKN, KOUTO
ce 60pAaT C MHpeKUMUTE), UMyHHaTa cuctema Ha naumeHTute ¢ ADA-SCID He dhyHKUMOHUpPA NPaBUITHO U
6e3 epeKTMBHO NeyeHne Te psSAKo XUBEAT noBede OT 2 FOANHMN.

Strimvelis ce nanonsea npu nauneHTn ¢ ADA-SCID, KkouTo He MoraT Aa 6baaTt nekyBaHu C
KOCTHOMO3b4YHa TpaHCNAaHTauus, nopaan nuncaTta Ha noaxoasiy, CbBMECTUM AOHOP.

Strimvelis cbabp)ka KNeTkU, NoNyyYeHn oT cO6CTBEHMSI KOCTEH MO3bK Ha nauneHTa. Hakou oT kneTkute
(HapeueHn CD34+ KNeTkn) ca reHeTUYHO MoanduUMpaHn aa cbabpXxaTt paboTewy reH 3a ADA.
Strimvelis e Bua nekapcTtBeH NpoAyKT 3a MoAepHa Tepanus, HapeyeH ,MPoAYKT 3a reHHa Tepanua®.
To3u BMA NekapcTBO AENCTBa Ype3 BbBeXAaHe Ha MreHM B opraHusma.
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Tbl kaTo 6poAT Ha NaumeHTuTe ¢ ADA-SCID e Mmanbk, 6bonectra ce cumTta 3a ,psaaka” u Strimvelis e
onpeaesieH KaTo ,JlekapCcTBO cupak" (ekapcTBO, U3non3BaHO Npu peaku 6onectn) Ha 26 aBrycr
2005 .

Kak ce nanon3sBa Strimvelis?

Strimvelis ce oTnycka no nekapcko npeanvcaHue 1 ne4YeHMeTo MoXe Aa Ce npunara camo B
crneumanmavpaH LeHTbp 3a TpaHCn/laHTaumMmM OT JIeKap C NpeauLleH onuT B siedeHneTo Ha ADA-SCID u
ynoTpe6aTa Ha TO31 BUA JIEKapCTBO.

3a nony4daBaHe Ha Strimvelis ce cbbupaTt agBe Npobn OT KOCTHUS MO3bK Ha NauMeHTa, eaHa 3a
rnony4yaBaHe Ha Strimvelis U egHa, KOSAITO Ce Masu 3a pe3epBa B cnyyan, ye Strimvelis He Moxe aa ce
NpUIOXKM UM He nodencTBa. Strimvelis MoXe Aa ce M3MNo0/3Ba 3a JieYeHMe CaMO Ha CbLUUS MaUMnEHT,
UYMATO KOCTEH MO3bK € M3MOJI3BaH 3a HanpaBaTa Ha JiekapcTBoTo. Strimvelis ce npunara kato 20-
MUHYTHa MHQY3UA (BMBaHe) BbB BeHa. [lo3aTa 3aBUCKU OT TENIECHOTO Ters0 Ha nauuneHTa.

MNpeaun npunoxeHuneTo Ha Strimvelis Ha nauneHTUTE ce Npuiara NOArOTBUTENHO sie4eHue C Apyr
nekapcTBeH NpoAayKT - 6ycyndaH, KONTO yHULL0XaBa TEXHUTE YBPeAEHN KOCTHOMO3bYHN KNeTkn. Ha
nauMeHTUTe ce npunara Cblo aHTUXUCTaMUHOBA MHXXEKLMS TOYHO Npean NeyeHUeTo, 3a Aa Cce HaManu
puUCKa OT anepruyHn peakumu.

3a noBeye VIHd)OpMaLI,Mﬂ BUXTE JTINCTOBKATA.
Kak pencrBa Strimvelis?

3a HanpaBaTa Ha Strimvelis ce nanonsea npoba oT KOCTHMSA MO3bK Ha NaumeHTa. Cnep ToBa OT
KOCTHOMO3bYHUTE K/eTkn ce ekcTpaxupaTt CD34+ kneTtku (KNeTku, KOUTo MoraTt ga obpasysat
numooumntn). Pabotew reH 3a ADA ce BHacsa B CD34+ kneTkuTe KaTo Ce M3MNosi3Ba BUPYC, HapeyeH
pPETPOBUPYC, KOUTO € NPOMEHEH reHeTUYHO, Taka Ye Aa Hocu reHa 3a ADA B KNIeTKUTE U Aa He
npuynHsBa BMPYCHO 3abonsaBaHe nNpu xopaTta.

Cnep BEHO3HOTO MY MPUJIOXEHME Ha nMauueHTa, Strimvelis ce TpaHcnopTupa oT KpbBoob6paLLleHMeTo B
KOCTHMSA MO3bK, kbaeTo CD34+ kneTkMTe 3anoyBaT Aa Ce pa3MHOXaBaT M Aa obpasyBaT HOpMasiHu
nmmooumTn, KomTo MoraTt Aa npoussexgat ADA. Teaun numdoumtn nogobpsisat cnocobHocTUTe Ha
naumeHTa aa ce 60pu ¢ MHbeKUUUTE U Taka Aa NPeBb3MOrHe CUMNTOMUTE Ha 3a60/1s5BaHETO, CBbP3aHoO C
MMyHHaTa cuctema. OyakeaT ce edekTUTe Aa OCTaHaT 3a LeiMs XUBOT Ha NaumeHTa.

KakBu nonsu ot Strimvelis ca yctaHOBeHM B Npoy4YBaHuUATa?

Mon3ute ot Strimvelis ca nokasaHn B e4HO OCHOBHO MpoOyYBaHe, BKAOYBALWO 12 nauneHTa Ha Bb3pacT
oT 6 Meceua Ao okono 6 rognHu c ADA-SCID. MNauneHTUTE B NPpOyYBaHETO He Ca UMann NoaxXoAsL,
AOHOP Ha KOCTEH MO3bK W He e UMano anTepHaTMBHO NledeHne nnn To e 6Uno HeycnewHo. Benuku
nauMeHTW ca nekyBaHu cbC Strimvelis n ca 6unu BCe ole XuBK 3 roaMHWN cne nedeHuneto. YecrotaTa
Ha TeXKWN MHDEKUMM HaMansBa crej e4eHneTo U Npoab/XKaBa Aa HaMasnsBa No BpeMe Ha
ObArOCPOYHOTO npocneasiBaHe cnej Tpetata rogmHa.

KakBu ca puckoBeTe, CBbp3aHU CbC Strimvelis?

Han-4yectata HexenaHa siekapcTBeHa peakumsa npu Strimvelis (KOSITO € Bb3MOXHO Aa 3acerHe He
noseye oT 1 Ha 10 aywun) e nupekcnsa (Tpecka). CEpMO3HUTE HEXENaHN NeKapCTBEHN peakumn npum
Strimvelis Moxe ga Bkno4yBaT edeKkTn, CBbp3aHM C aBTOMMyHUTETa (KOrato MMyHHaTa cMcTeMa aTakyBa
CO6CTBEHUTE KIETKM HA OpraHu3Ma), KaTo XeMOIUTUYHA aHeMUS (HUCBbK Bpol Ha YepBEHU KPbBHMU
Tenua, AbnXall ce Ha TBbpae 6bP30TO UM paspyllaBaHe), annacTMyHa aHeMmns (HUCHK 6poi KpbBHM
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€NeMeHTU, Ab/Kall Ce Ha yBpeAeH KOCTEH MO3bK), XenaTuT (Bb3naneHue Ha YyepHus apob),
TpoM6ouuToneHust (HUCLK 6poii TpoM6oLNUTM) U cMHAPOM Ha Guillain-Barré (yBpexaaHe Ha HepBuUTe,
KoeTo Boau Ao 6onka, N3TpbnBaHe, MyCcKy/Ha cnabocT n HapyLweHo XOAeHe).

Strimvelis He TpabBa aa ce n3nonsea nNpu naumeHTn, 601HU OT NeBkemus (pak Ha 6enuTte KpbBHU
KNeTKN) WIn Mnenoamcnnasmsa (BuA HapyleHne Ha KOCTHUS MO3BbK) Un ca nManu tesum 3abonssaHus B
MWHanoTo. He TpsibBa aa ce n3nonsBa Npu NauueHTn, KOMTO MMaT MosioXKuTeNHa npoba 3a Bupyca Ha
yoBewkua nMmyHoaedunumt (HIV - BupycobT, Konto npuumnHasa CMNUH) nnu apyrmn nHdekunun, uam npm
nauuveHTn, Npu KOUTO e npunaraHa reHHa Tepanus B MMHANoTO.

3a NbJHUA CMUCBK Ha OrpaHUYeHNATa N HEXENAHUTE NEKAPCTBEHN peaKUuu, cbobLeHn npu Strimvelis,
BUXXTE NINCTOBKATa.

3awo Strimvelis e paspeweH 3a ynorpeba?

KoMUTETBbT Mo nekapCTBEHUTE MPOAYKTU 3a XyMaHHa ynoTtpeba (CHMP) Ha AreHuusaTa pewu, ye
nonsute oT Strimvelis ca no-ronemMun ot puckoBeTe, U Npenopbya Strimvelis aga 6bae paspelleH 3a
ynoTtpeba B EC. Strimvelis npeanara Bb3MOXHOCTTa 3a U3neKkyBaHe, KoeTo nogobpssa pabotata Ha
MMyHHaTa cuctema npu naumeHTn ¢ ADA-SCID, KoeTo e XuMBoTo3acTpawasawo 3abonssaHe.
Pe3ynTaTuTe OT OCHOBHOTO NMpoy4YBaHe nokassaT, yYe Strimvelis e edpekTnBeH 3a nogobpsBaHe Ha
npexuBsaeMocTTa Ha naumeHTute ¢ ADA-SCID. Mo oTHOLWeHWe Ha NOHOCMMOCTTa Strimvelis ce noHacs
OTHOCMTeNHO Aobpe, BbNpeku Ye AaHHUTE ca OCKbAHWM Nopaan Mankums 6pol naunmeHTn B Npoy4yBaHeTo.
Tl KaTo Strimvelis e npon3sBeaeH C U3MNOA3BAaHETO Ha PETPOBUPYC, MOXe Aa CblLUeCTBYBa NOTEHUMANeH
pUCK OT pak, NpeAu3BUKaH OT HeNpeaBuMAEHN NPOMEHN B reHETUYHUSA MaTepuan, BbMpPEKU Ye Takmea
cny4vam He ca HabniogasaHu gocera. ChliecTByBa CbLO M NOTEHUWANEH PUCK OT aBTOMMYHHO
3abonaBaHe. Bbnpekn ToBa ca BbBeAeHW Mepku 3@ HabnwgeHne Ha NogobHU cvbbuTtua cnen ynotpebarta
Ha NeKkapcTBOTO, Ype3 perncTbp Ha NauMeHTUTe 3a U3cne[BaHe Ha Ab/IFTOCPOYHOTO UM pasBuUTHE.

KakBu Mepku ce npeanpuvemMar, 3a Aa ce rapaHTupa 6esonacHaTa u
ecdekTnBHa ynorpeba Ha Strimvelis?

Pa3spaboTeH e nnaH 3a ynpaBfieHMe Ha puUcKa, 3a Aa Cce rapaHTtmpa, ye Strimvelis ce nanonssa
Bb3MOXHO Han-6e3onacHo. Bb3 ocHOBa Ha TO3M niaH MH@opMaumsaTa 3a 6e30nacHOCTTa e BKJ/IloYeHa B
KpaTKaTa xapaKTepucTuka Ha NpoAyKTa U B IMCTOBKaTa 3a Strimvelis, BKAOYMTENHO NOAXOAALMN
npeanasHW MepKu 3a 3apaBHUTE CNeuManncT n nauneHTuTe.

B ponbnHeHune, dupmaTa KosaTo npomseexaa Strimvelis we npenocraBu obpasoBaTenHn MaTepmanm 3a
nauneHTn n 34paBHM NPodecnoHannCTn ¢ MHpopMaums 3a 1eKapCTBEHUS NPOAYKT, @ NAaUNEHTUTE LWe
Tpsi6bBa Aa noagnuwaTt MHPOPMMPAHO Cbrjlacme Npeau HayanoTo Ha NedyeHneTo. dupmaTa Wwe noaabpxa
W perucTbp Ha nauMeHTUTe, JleKyBaHu cbe Strimvelis, n we HabnwaaBa peAoBHO TAXHOTO pa3BUTME
cnef neyeHWeTo, 3a Aa Npoyyn AbArocpoyHaTa 6e30MacHOCT Ha N1eKapcTBOTO.

AonbnHutenHa uHdpopmayma 3a Strimvelis:

MbnHMaT TekcT Ha EPAR 3a Strimvelis Mmoxe ga ce Hamepu Ha yebcanTa Ha AreHumsTa:
ema.europa.eu/Find medicine/Human medicines/European public assessment reports. 3a noseue
MH@OpMaumMsa OTHOCHO JiedeHneTo cbe Strimvelis npoueTteTe nucrtoBkaTa (CbLuo YacTt oT EPAR) unn
nonutanTe Bawwna nekap nnm dapmauesT.

Pe3tome Ha cTaHoBMWETO Ha KoMuTeTa no fekapcrearta cupaum 3a Strimvelis Moxe aa ce Hamepu Ha
yebcanTta Ha AreHumsaTa: ema.europa.eu/Find medicine/Human medicines/Rare disease designation.
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http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/003854/human_med_001985.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000456.jsp&mid=WC0b01ac058001d12b
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