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Pe3rome Ha EPAR 3a o6uiecTBeHO noJi3BaHe

Spinraza
HYCUHepCeH

HacToAwmaT gokyMeHT npeacTaBnsiBa pestoMe Ha EBponeickua nybnnyeH oueHbueH goknag (EPAR) 3a
Spinraza. B Hero ce pa3sicHABa Kak AreHumsTa e oLueHua NeKapcTBoTo, 3a Aa npenopbya
pa3peluaBaHe 3a ynoTtpeba B EC u ycnosus Ha ynotpeba. [JoKkyMeHTbT HE e npeaHa3HayveH aa
NpeaocTaBs NpakTUYeCKM CbBETU OTHOCHO ynoTpebaTa Ha Spinraza.

3a npakTuyecka MHhopMaLmsa oTHOCHO ynoTpebaTa Ha Spinraza nauueHTUTe cneaBa Aa npoyeTar
NIUCTOBKATa MMM Aa NonuTaT cBOSA nekap unu dapMauesT.

KakBo npeacrasnsiBa Spinraza v 3a KakBO ce usnonssa?

Spinraza e nekapcTBO, KOETO Ce MU3MN0/3Ba 3a JieyeHne Ha 5q cnmHanHa myckynHa atpodusa (CMA),
reHeTU4YHo 3abonsBaHe, KOETO NPUUMHSABA CNabocT U U3ToLWaBaHe Ha MYCKY/IMTE, B TOBA YUMC/IO Ha
6enoapobHuTe Myckynun. 3abonaBaHeTo e CBbp3aHo C gedeKT Ha XxpoMo3omaTta 5q n cuMmntTomuTe
06MKHOBEHO Ce NposiBABAT CKOPO CNef paxiaHe.

Tbl kaTo 6poAT Ha NaumeHTUTe cbc CMA e Manbk, 6bonecTtTa ce cuuTa 3a ,paaka’ un Spinraza e
ornpejeneH KaTo ,1eKkapcTBO cmpak" (1ekapcTBo, U3Mon3BaHo nNpu peaku 6onectn) Ha 2 anpun 2012 r.

Spinraza cbabpXXa aKTUBHOTO BeLLEeCTBO HYCMHEPCEH nusinersen.
Kak ce nanonssa Spinraza?

Spinraza ce oTnycka no siekapcko npeanucaHue u nedeHmeTo Tpsabea Aa ce 3anoyHe OT Jiekap C ONUT B
neyeHuneTto Ha CMA.

JlekapcTBOTO ce npeanara nog dopMaTa Ha MHXEKLUMOHEH pa3TBop BbB (hlakoHM oT 12 mg. To ce
npuaara 4ypes MHTpaTeKkasHa uHxekums (B AonHaTa 4acT Ha rbpba, AMPEKTHO B rpbbHaka) oT siekap
WM MeAULMHCKa cecTpa C ONUT 3a M3BBbPLUBAHETO Ha Tasu npoueaypa. Bb3MOXHO e Aa ce Hanoxm
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nauneHTbLT Aa 6bae ceanpaH (4a My ce Aage /1ekapcTBOo 3a YCNoKosBaHe) nNpean npuniaraHe Ha
Spinraza.

MpenopbyunTenHaTta go3a e 12 mg (eamH pnakoH), KOATO ce npuaara Bb3MOXHO Hali-CKOPO cnej KaTo
Ha NauueHTa e noctaBeHa amarHo3a 3a CMA. lNbpBaTa fo3a Tpsabsa aAa 6bae nocneaBaHa oT owe 3 403K
cnea 2, 4 v 9 cegmnum, a crnep ToBa ce npwuiara egHa Ao3a Ha Bceku 4 meceua. JleyeHmeto TpsibBa Aa
NPOAB/IKN, AOKATO NaUMEHTbT Ce NOBANABA NONOXUTENHO. 3a noBeve MHbOpMaUna BUXTE TNCTOBKAaTA.

Kak pencrBa Spinraza?

Mpn naumeHTn cbc CMA nuncea eamH NpPoTEMH, HapeyeH NPOTEMH Ha ,MOTOPEH HEBPOH 3a oulensiBaHe"
(SMN), koliTo e HeobxoaMM 3a OoUEeNIBaHETO M HOPMASTHOTO (PYHKLUMOHMPAHE HA MOTOPHUTE HEBPOHMU
(HepBHW KNeTKn B rpbbHavyHns cTbn6, KOUTO KOHTPONMpPAT ABMXEHUSATa Ha MyckynuTte). SMN npoTenMHbT
ce cbCTOM OT ABa reHa, SMN1 n SMN2. MNMpu nauymeHTn cbc CMA nuncea reHbT SMN1, HO e Hanuue
reHbT SMN2, KOWTO NpomnsBexaa npeammMmHo kb€ SMN npoTenH, KOMToO He paboTn Taka Aobpe, KakTo
NMPOTEUHDBLT C MbJIHA AbJIKUHA.

Spinraza e CMHTETUYEH aHTUCEHC OJIMIFOHYKeoTUa (BUA reHeTMYeH MaTepman), KOMTO No3BossiBa Ha
SMN2 reHa ga npousBexaa NpoTeEUH C Mb/IHA Ab/IKNHA, KOUTO € B CbCTOsSIHME Aa paboTu HopManHo. Ton
3aMeHs NMCBaLLMA NPOTEMH M MO TO3M HaunH obnekyaBa cMMNTOMUTE Ha 3abonsBaHeTo.

KakBu nonsmu ot Spinraza ca yCTaHOBEHM B NpoyuYBaHUATa?

EnHo ocHOBHO npoyyBaHe, obxBawawo 121 6ebeTta (Ha cpeaHa Bb3pacT 7 Meceua) cbc CMA nokassa,
ye Spinraza e edekTuBeH 3a nofobpsBaHe Ha ABMXXEHUETO B CpaBHeHMWe ¢ nnauebo (NceBAOMHXEKUNS).

Cnepn egHoroauwHo nedeHne 51% ot 6ebeTtaTta, kKoMTO nonydasat Spinraza (37 oT 73) nokassaT
nporpec B pa3BMTUETO Ha KOHTPOJ Ha rnasaTta, noknawaHe, cegeHe, Nb/i3eHe, CTOEHE N XOA4EHe,
pokarto nogobeH nporpec He ce HabnagaBa Npy HUTO eaHo oT 6ebeTaTa, Nnony4yaBawm nnauebo. OcBeH
ToBa noeyeTo 6ebeTa, NnekyBaHW CbC Spinraza, NpeXxuBaBaT NO-AbJ/IF0 BPEME U CE HYXAASAT OT MOMOLL,
3a AMWaHe Ha No-KbCeH eTan, OTKOJIKOTO Te3M, KOMTO nony4dasaT nnauebo.

B MOoMeHTa ce npoBexaa Apyro npoy4yBaHe 3a oueHKa Ha epeKTMBHOCTTa Ha Spinraza npu geua, 4MsaTo
CMA He e TOSIKOBa TeXKa M € AnarHocTuumpaHa Ha no-kKbCeH etan (Ha cpefHa Bb3pacT 3 roguHu).
MpoMexayTbYHUSAT aHaNM3 Nokasea pe3ynTaTh, KOUTO ca nocneaoBaTesHU C Te3n npu bebeTa, yneto
3abongBaHe e 3ano4YHano No-paHo.

KakBu ca puckoBeTe, CBbp3aHu € Spinraza?

Hal-4ecTo cpellaHuTe HexenaHu fekapcTBeHN peakuuu npu Spinraza (KOMTO MoraT Aa 3acerHar
noseye oT 1 Ha 10 aywwn) ca rnaBobonme n 6onka B repba; npm 6ebeta obaue Te3n HexenaHu
NleKapCTBEHM peakuuun He MoraT Aa 6bAaT OLEHEHM, Tbil KaTo Te He MoraT Aa v cbobwaT. CMsTa ce, ye
Te3n HeXenaHu NeKapcTBEHM peakUumM ce NPUUNHABAT OT MHXeKUMUTE B rpbbHaKka, KOUTO ce U3nosssar
3a NpuiaraHe Ha 1eKapCcTBOTO.

3a MbJHWUSA CNUCBK HAa BCUYKM HEXeNaHU NeKapCTBEHW peakumMn 1 orpaHuyeHns, cbobweHn npum
Spinraza, BUXTe nNucToBKaTa.

3awo Spinraza e paspewieH 3a ynoTtpe6a?

B oueHkaTa cM KOMUTETBT MO NleKapCTBEHUTE NPOAYKTM 3a XyMaHHa ynotpeba (CHMP) npusHaBsa
CEepPMO3HOTO eCTECTBO Ha 3ab0/IIBaHETO M CreLWHaTa HyxXxzaa OT e(eKTUBHU NIeUEHUS.
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[JokasaHo e, ue Spinraza BoAN A0 KNINHUYHO 3HAYNMU nop,06peH|/|;| npun Manku geua C pasjinyHum
CTenNeHn Ha TexecT Ha 3abonsiBaHeTo. Bbnpekn ye nekapcTBOTO He e U3NMUTBAHO Npu NauueHTu C Hamn-
Texkarta M Hal-neka d)OpMM Ha CMA, ovyakBa ce To Aa OCUTYPU CbLUNTE NON3UN 3a TE3UN NAUUNEHTHN.

HexenaHuTe nekapCcTBeHN peakunmn ce cuuTaT 3a ynpaBisieMu, KaTo NoBEeYETO HeXeNaHu nekapCTBeHU
peaKkunn Cca CBbp3aHu C Ha4YMHA Ha NpuniaraHe Ha N1eKapCTBOTO.

CnepoBatenHo CHMP pewu, ye nonsuTte oT Spinraza ca nNo-rosieMm OT pMCKOBeTe, U Npenopbya
Spinraza na 6bae pa3speuweH 3a ynotpeba B EC.

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

dupmaTa, KOATO Npeanara Spinraza, wWe 3aBbpliM TEKYLLMTE NPOYyYBaAHUS Ha AbArOCpoYHaTa
6e30MacHOCT U edMKaCHOCT Ha JIeKapCTBOTO MpU NMauUMEHTU, KOUTO NokasBaT cuMnToMu Ha CMA u
nauMeHTN, KOUTO BCE OLLE He MOoKa3BaT CUMMTOMM.

MpenopbknTe K Npeana3HUTE MepKK 3a 6e3onacHaTa u edekTMBHa yrnoTpeba Ha Spinraza, KOUTo Aa ce
cnaseaT OT MeAUUMHCKUTE CMeLManmncTM 1 nauMeHTUTe, ca BKJOUYEHN B KpaTKaTa XapakTepucTMKa Ha
npoAyKTa 1 B IMCTOBKaTa.

AonbnHutenHa uHdpopmayma 3a Spinraza

MbnHMAT TekcT Ha EPAR 3a Spinraza moxe aa ce HamMepu Ha yebcaiTa Ha AreHuusTa:
ema.europa.eu/Find medicine/Human medicines/European public assessment reports. 3a noseue
MHdOpMaLMa OTHOCHO JledeHMeTo CbC Spinraza npoyeTteTe nucrToBkaTta (Ccblwo YacT oT EPAR) nnu
nonuTanTe Bawwna nekap nnm dapmauesT.

Pe3toMe Ha cTaHoBMLWETO Ha KomuTeTa No nekapcrBaTta cMpaum 3a Spinraza mMoxe Aa ce HamMepu 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/004312/human_med_002119.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2012/04/human_orphan_001045.jsp&mid=WC0b01ac058001d12b
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