EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

26 anpun 2023 r.
EMA/251165/2023
EMEA/H/C/005047

OTTernsiHe Ha 3asB/IEHMETO 3a pa3pelwlaBaHe 3a ynortpeba
Ha Lumevoq (lenadogene nolparvovec)

Gensight Biologics SA oTTernu 3asiBNeHMeTO CM 3a pa3pelleHune 3a ynoTpeba Ha Lumevoq 3a nedeHune
Ha 3aryba Ha 3peHMeTO nopaaun 3abonsiBaHe Ha 04MTe, U3BECTHO KaTo HacneacTBEHA ONTUYHA
HeBponaTus Ha Jlebep.

®upmaTa oTTerns 3aasneHneTo cu Ha 20 anpun 2023 r.

KakBo npeacraBnsaBa Lumevoq v 3a KaKBO € npeaHa3Ha4yeH ga ce
usnonssa?

Lumevoq e pa3paboTeH KaTo fIekapcTBO 3a JiedeHne Ha 3aryba Ha 3peHMeTO Mpu NauneHTn c
HacneacTBeHa oNTUYHA HeBponaTtus Ha Jlebep — 3abonsaBaHe, KOETO 3acara HepBUTe B 3a/HaTa YacT Ha
OKOTO.

MpegHasHayeH e 3a NauMeHTM Ha Bb3pacT Haa 15 roamHu, KouTo MMaT cneumdunyHa MyTaums
(npomMsiHa) B reH, n3BecTteH kato m.11778G>A.

Lumevoq cbabpxa aKTUBHOTO BELWECTBO NeHaaoreH Honnapeosek (lenadogene nolparvovec) n e
TpsibBano Aa ce npeanara noa popMaTta Ha MHXEKUMOHHA CyCMNeH3us B ABETE OYM.

Lumevoq e onpegeneH KaTto ,J1ekapcTBoO cupak" (1ekapcTBO, M3MON3BaHO Npu peaku bonectn) Ha 13
Mai 2011 r. 3a le4eHMe Ha HacneacTBEHa ONTUYHa HeBponaTus Ha Jlebep. JonbnHuUTENHa nHdOpMauns
3a onpeAensHeTo Ha NeKapCTBOTO CMpaK MOXeTe Aa HamepuTe Ha yebcalita Ha AreHuumsTa:
ema.europa.eu/medicines/human/orphan-designations/eu311860.

Kak geicrtBa Lumevoq?

MauneHTUTE C HacneacTBeHa ONTUYHA HeBponaTusa Ha Jlebep umaT reHeTMYHM MyTaunm, KOUTo 3acaraT
npomssexaalwmre eHeprusi KOMMOHEHTU Ha HEPBHUTE KJIETKWU B ouuTe. B pe3ynTtaT Ha Te3n MyTauum
KJIETKUTE He MoraT Aa npoussBexaaT eH3nM (npoTteunH), nssecteH kato NADH agexuaporeHasa 4 (ND4).
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AKTMBHOTO BeLLecTBO B Lumevoq, NeHaforeH Ho/INapBOBEK, Ce CbCTOM OT BUPYC, KOMTO CbAbpXa reHa
3a TO3M eH3mMM. Korato 1eKapCTBOTO Ce MHXEKTUpPa B OKOTO, Ce O4YakBa BUMPYCHLT Aa AOCTaBM reHa B
KNeTKUTe, KOeTO We MM NO3BOAM Aa npoussexaaT eH3uma ND4.

BMpYyCbT, M3M0N3BaH B TOBA JIeKapcTBo (aAeH0-acoumnnpaH BMpYC), He NpuumnHaBa 3abosisBaHe npu
xopara.

KakBo e npeacrasuna cpupmarta B noaKpena Ha CBOeTO 3asBJsieHue?

dupmMaTta npeacraBs pe3yntaTu OT ABE OCHOBHUM Npoy4YBaHMs npu 76 naumeHTn C HacneacTBeHa
OMNTU4YHa HeBponaTus Ha Jlebep, NnpuynHeHa oT MyTaumsaTa m.11778G>A. MNauneHTUTe B TE3N
npoy4yBaHusa noslydyaBaT UHXeKUMs Lumevoq B eAHOTO OKO, @ B ApYyroTO OKO noJjiydasaTt
nceBAOMHXeEKUMS (MPU KOSATO CNPUHLIOBKaTa ce NpUTUCKaA KbM OKOTO, HO HSIMa MHXeKuusa). [BeTe
npoy4YBaHWsa pasrnexaaT B KakBa cteneH Lumevoq nogobpsisa 3peHneTo B CpaBHeHue C
nceBaonHXekumna cnen 48 cegmmun.

TpeTo OCHOBHO Mnpoy4yBaHe npocnegsBa naunMeHTUTe OT ABETE Npoy4yYBaHUA U n3cneaBsa 3peHNETO UM TPpU
roanHun cnea nHXekKkununTe.

YeTBBbPTO OCHOBHO Npoy4YBaHe npu 98 naumeHTn C HacneACTBEHA ONTUYHA HeBponaTtus Ha Jlebep,
npuymHeHa ot m.11778G > A MyTauus, CpaBHsBa JIeYEHNETO Ha ABeTe oun ¢ Lumevoq C nevyeHneTo Ha
eAHOTOo OKO ¢ Lumevoq, a Apyroto — ¢ nnauebo (cnsana) nHxexkums.

Ha kakbB eTan oT oLeHKaTa e 3asBJIeHMeTO KbM MOMEHTa Ha oTTernsiHero?

3asBNeHMETO e OTTerNeHo, cnel kato EBponenckaTta areHumMs no nekapcreaTta e oueHmna
MHOopMauuaTa, npeacraBeHa ot dmpmaTa, U € n3roTBuia BbLNpocn KbM pupmarta. Cneg kaTto
AreHuusTa e oueHuna oTroBopuTe Ha mMpMaTa Ha NocnefHaTa rpyna BbNpocKu, BCe owe ocTaBaT HAKOM
HepaspelleHu npobnemu.

KakBu ca npenopbkute Ha AreHLUMATa KbM MOMEHTa Ha oTTernsHero?

KbM MOMeHTa Ha oTTernsaHeTo AreHumnsTa nMa nsBectHu 3abenexkm n nspasssa npeaBapuTesIHOTO
cTaHoBuwe, ye Lumevoqg He Moxe aa 6bae ogobpeH 3a neyeHne Ha HacneacTBeHa ONTUYHa HeBponaTus
Ha Jlebep, npuynHeHa oT MyTaumaTa m.11778G>A.

Pe3yntaTuTe OT NpoyyBaHMsITa He NOKa3BaT 3HAUMTEsIHA pa3niMKa Mexay 3peHMeTo B oUnTe,
WMHXXEKTUpaHu ¢ Lumevoq, 1 Te3an, Ha KOMTO ce npuara NceBaonHXeKkums nnum nnauebo. OcseH ToBa
npoy4YBaHWATa He NpefoCTaBAT A4OCTaTbYHO AOKasaTesiCTBa, Ye npuiaraHeTo Ha Lumevoqg u B ABeTe
oun 61 6uno oT Nonsa 3a NnaunmeHTuTe.

AreHumaTa MMa CbLLO Taka HAKOW BLMPOCU OTHOCHO na6opaTopHV|Te npoyyBaHunda, npoBeaeHu C
NeKapCcTBOTO, KaKToO U OTHOCHO NMpon3BOoACTBEHUA nMpouec n obekTuTe, KOUTO LLE npounseexaart v
TecTBaT TbProBCKMs NpoAyKT. lNMopaan ToBa KbM MOMEHTa Ha OTTErnsiHeTO CTaHOBMULIETO Ha AreHuusTa
e, 4ye nonsuTte oT Lumevoq He npeBuLLaBaT pUCKOBETE.
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KakBu npuumHu nocousa c¢pmpMara 3a oTTer/isHe Ha 3asaBJ/IeHUeTo?

B nncmoTo, ¢ KoeTo pmpmaTa yBeaoMsBa AreHumsaTa 3a OTTer/I9HETO Ha 3asiB/IeHMeTO, ce Noco4Ba, ve
OTTErNSIHETO Ce OCHOBaBa Ha cbobpaxkeHusaTa Ha KomuTteTa 3a moaepHu Tepanum (CAT) Ha EMA oTHOCHO
non3mTe OT 1eKapCTBOTO.

KakBu ca nocneacrBmMaTa OT OTTEr/IAHETO 3a NnauymeHTvuTe, ydyacTBalimn B
KJIMHUYHUN U3NNTBaHUA WIN NporpamMmm € MUI0OCBbpAHAa uen?

(DVIpMaTa VIH(bOpMMpa AreHumsaTa, 4e HAMa MOCNeAcTBUSA 3@ NMaunMeHTUTe, KOUTO Beye ca NIeKyBaHu n
NMOoHaCToAWEM y4YacTBaT B KIIMHUYHU U3NNTBAHNA UKW B NporpaMn 3a naJimatuBHa yr|0Tpe6a.

dupmaTa Bb3HaMepsiBa Aa Bb30OHOBM CBOUTE NMporpamu 3a paHeH AOCTbI, KOraTo JIeKapcTBOTO €
HalIMYHO 3a KIMHWYHa ynoTpeba.

AKO y4yacTBaTe B KIIMHWYHO U3NUTBAHE UM B NMporpaMa C MMNOCbpAHA LUen U ce HyxXaaeTe OT noseye
VIH(bOpMaLI,Mﬂ 3a BallETOo SiIe4YeHNE, CBBbPXXETE CE C NeKaps, KOWTO BU o e npeanucan.
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