EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

EMA/423254/2018
EMEA/H/C/002720

Translarna (ataluren)
O6uw, npernea Ha Translarna n 3awo e pa3peweH 3a ynotpeba B EC

KakBo npeacrasnssa Translarna n 3a kakBo ce nsnonssa?

Translarna e nekapcTBo, KOETO Ce M3M0JI3Ba 3a JIeYeHNe Ha NauMeHTU Ha Bb3pacT 2 roAVMHU U MoBeYe, C
MYCKyJTHa Anctpodwus Tmn [JioWweH, KOUTO ca B CbCTOSIHME Aa XoasT. MycKynHaTa anctpodus tmn
[woweH e reHeTMyHO 3abonsBaHe, KOETO NPUUNHABA NOCTENEHHO oTcnabeaHe un 3aryba Ha MycKysHaTa
¢yHkums. Translarna ce n3nonsea nNpu Manka rpyna nauueHTun, YmeTo 3abonsiBaHe ce NpuyMHsaBa OT
cneunduyeH reHetnyeH gedekt (HapeyeH ,HOHCEHC MyTaumsa™) B ANCTPODUHOBUS FEH.

MyckynHaTa auctpodus Tmun [oweH ce cumTa 3a psaako 3abonsasaHe un Translarna e onpeaeneH KaTo
,NekapcTBo cnpak" (nekapcTso, N3Nos3BaHO Npu peakn 3abonseaHus) Ha 27 man 2005 r.
JonbnHuTenHa nHdopmaumsa 3a ,1ekapcTea cmpaum™ MoxeTe Aa HaMmepuTe TyK: ema.europa.eu/Find
medicine/Human medicines/Rare disease designation

Kak ce nanon3Ba Translarna?

Translarna ce oTnycka no nekapcko npeanuMcaHue u nevyeHneTo Tpsi6ea Aa 6bae 3anovyHaTo OT flekap
CneunanuncT C onNuT B OBNIAASABAHETO Ha MYCKy/lHa AucTpodusa Tun JioweH/bekep.

Mpenyn 3ano4BaHe Ha nedyeHuneTo ¢ Translarna Ha nauueHTuTe We 6bae HanpaBeHO MrEHETUYHO
n3cnenBaHe, 3a Aa ce NoTBbpAU, Ye 6osiectTa UM ce AbJ/HKM Ha HOHCEHC MyTaumsa U criegoBaTesHo ca
noaxoasilm 3a neyeHue c Translarna.

Translarna ce npegnara noa ¢gopmMarta Ha rpaHynm (125, 250 n 1 000 mg), KouTo ce npuemaT npe3
yCTaTa cfief CMECBAHETO MM C TeYHa MKW NOoAYyTBbpAa XpaHa (Hanp. kuceno Mnsako). Translarna ce
npvema Tpu NbTU AHEBHO, @ NpenopbumTenHaTta Aosa e 10 mg/kg (10 mg/kg TenecHo Terno) cyTpuH,
10 mg/kg Ha 0654 n 20 mg/kg Beuep (3a nonyyaBaHe Ha obuwa AHeBHa Ao3a oT 40 mg/kg).

3a noseye MHbOpMaLMa OTHOCHO yrnoTpebaTta Ha Translarna BUXTe IMCTOBKATa WM CE CBbPXETE C
nekap wnu cdapMaLesT.
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Kak pencrBa Translarna?

Mpy NauMeHTUTe C MyCcKyfiHa AUCTpoduUa TUN [JIoleH UMncea HopManHUSAT AUCTPOdUH — MPOTEMH,
Hamupaly ce B Myckynute. Tbil KaTo TO3M MPOTEMH MoMara 3a 3aliMTa Ha MYCKYJIUTE OT HapaHsBaHe,
KoraTo MyCKy/uTe ce CbKpallaBaT M OTNycKaT, Npu NauneHTu ¢ MycKysiHa auctpodus tmun [oweH
MYCKY/UTe ce yBpexzaaT U B KpaiiHa cMeTKa cnupart Aa GyHKUMOoHUpaT.

Bb3MOXHa npuymMHa 3a MyckynHaTa guctpodus Tmun [JioweH ca pasiMyHM reHeTUYHN aHoMannun.
Translarna e nokasaH 3a ynotpeba npu nauMeHTH, ymeTo 3abosisiBaHe ce AbJIKM Ha HaNN4YMETOo Ha
onpegeneHu gedektn (HapeyeHn HOHCEHC MyTaunun) B AUCTPOMDUHOBUS FEH, KOMTO NpexXaeBpeMEHHO
cnupa CMHTE3a Ha HOpPMasnHUS NPOTEUH AUCTPOdUH, B pe3yaTaT Ha KOEeTO Ce CMHTE3Mpa CKbCEH MNPOTEUH
OVNCTPOMUH, KOMTO He PyHKUMOHUpa NpaBusHo. [encrtemneto Ha Translarna npu Te3u naumeHTn ce
n3passiBa BbB Bb3MOXHOCTTA NPOTEMH-CMHTE3MPALLMSAT anapaTt B KNeTkuTe Aa 3aobukans aedekTa,
KOEeTO MO03BOJIsiBa Ha KIETKUTE Aa NpousBexaaTt PyHKUMOHaNeH NpOTeEUH AUCTPODUH.

KakBu nonsu ot Translarna ca yctraHOBeHM B NpoyuYBaHUATa?

B eaHO O0CHOBHO npoyuyBaHe npu 174 nauneHTn Ha Bb3pacT oT 5 Ao 20 roanHM € MycKynHa ANCTpodus
T1nN [oweH, KOUTO Ca B CbCTOSAHUE Aa XoAsiT, ca CpaBHEeHW aABe A03u oT Translarna (40 mg/kg AHEBHO m
80 mg/kg aHeBHO) c nnauebo (cnsano neyeHue). OcHoBHaTa MSApKa 3a ePeKTUBHOCT € NpoMsiHaTa B
pa3CTOSIHUETO, KOETO MauMeHTbT MOXe Aa U3MMHE 3a LWEeCT MUHYTK cnej 48 ceaAMMUM Ha NevyeHune.

Bbnpekn ye NbpBOHAYaNHUAT aHa/IM3 Ha pe3ynTaTuTe OT BCMYKU AaHHM OT NPOyYBaHETO He MoKa3Ba
CblLEeCcTBEeHa pa3/inka B pa3CTOSAHMATA, KOMTO MOraT Aa U3MMHAT NauMeHTUTe B rpynuTe, NeKyBaHu C
Translarna 1 nnauebo, AOMBAHUTENHUTE aHaNIN3M NOKa3BaT, Y€ CNOCOBHOCTTa 3a X0AEeHe ce BfiolaBa B
rno-masnka creneH npu npmem Ha 40 mg/kg Translarna aHeBHO, OTKOMIKOTO Npwu niauebo: cnen,

48 cegMMUM Ha nedyeHue, nauneHTnTe, npnemawmn 40 mg/kg Translarna gHeBHO, MoraT Aa U3MUHaT
CpefHo no 32 MeTpa noBeye, 0TKOJIKOTO npuemawmnTe nnauebo. Mo-cunHo nspaseH edekt e oTbenasaH
B noArpyna oT nauMeHTH, YNSTO CMOCOBHOCT Aa XOAST Ce BioWaBa, KaTto naumMeHTnuTe, KOMTO npmuemat
40 mg/kg Translarna gHeBHO, ca B CbCTOSSHUE Aa U3MMHAT cpeaHo 50 MeTpa noBeye OT NauueHTUTE Ha
nnauebo. bnaronpuaTHMAT edeKkT OT NO-HMCKaTa A03a € NoAKPeneH 1 oT NofobpeHnsiTa B APYrn Mepku
3a edheKTUBHOCTTA, BK/IOUUTESTHO M TE3M, KOUTO Ca NPSIKO CBbP3aHU C eXeAHEeBHUTEe AEeHOCTU Ha
nauunenTute. He ce Habnoagasa noaobpeHune ¢ no-eucokaTa aAo3a (80 mg/kg/neH).

Cnep nbpBOHa4yasHO 0406peHME e 3aBbpLIEHO AOMBJHUTENHO NpoyyBaHe npu 230 nayMeHTn Ha
Bb3pacT OT 7 A0 14 rogmHu C BAowWaBalla ce cnocobHOCT Aa XOAST, HO pe3ynTaTuTe OT Hero ce cyuTar
3a HeybeauTenHu. Bce nak gaHHUTE Noka3eaT, Ye Translarna okassa nosoxuTteneH edekT BbpXy
pa3nMyHN MepKKn, HanpmMMep BpeMeTo 3a npobsreaHe/u3BbpBsiBaHe Ha 10 MeTpa, BpeMeTo 3a KayBaHe U
Cnm3aHe no 4 ctbnana n BpeMeTo A0 3aryba Ha cnocobHOCTTa 3a xoaeHe. M B ABeTe nNpoy4yBaHus
6naror|pvaHV|Te ed)eKTl/I oT Translarna narnexaat no-saBHU Npu NnauneHTUTE C YMEPEHO BJiOLLABaHE Ha
3abonaBaHeToO.

Manko npoy4BaHe npu Aeua Ha Bb3pacT OT 2 A0 5 roAnHM C MyCKyJIHa ANCTPOodUS Ha [oWeH e
yCTaHoOBeHO, Yye obuyanHaTta pgosa Translarna 40 mg/kg aHeBHO e buna goctatbyHa. Translarna
narnexaga edekTnMBeH Npu oueHka Ha dusmyeckaTa akTMBHOCT Npu 12 naumeHTn B CpaBHeEHME C
npeavwHn gaHHm 3a 11 naymeHTn Ha cxogHa Bb3pacT, KOMTO He ca 6unn nekysaHu ¢ Translarna.

KakBu ca puckoBeTte, cBbp3aHu ¢ Translarna?

Hali-uectnte HexenaHu peakumu npu Translarna (KOMTO MOXe Aa 3acerHaTt noseye oT 5 Ha 100 agywwn)
ca nospblyaHe, anapus, rageHe (No3MBKM 3a NOBpbLIAHE), rNaBobonme, CToMalHM 6O/TIKN U METEOPU3DBM.
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Translarna He TpsibBa Aa ce u3nonsesa e4HOBPEMEHHO C aMUHOMMKO3UAHW aHTMOMOTMLUM, NpuUiaraHu
ypes nHxekTupaHe nnm nHdy3us (BMBaHe) BbB BEHA.

3a MbJHUSA CNUCBbK HA BCUYKM HEXeNaHW peakumn u orpaHmyeHunsTa, cbobweHn npu Translarna, BuxTe
NNCToBKaTa.

3awo Translarna e paspeweH 3a ynorpe6a B EC?

EBponeiickaTa areHuUMs Mo fiekapcTBaTa peLlu, Ye nonsnTe oT ynoTpebaTta Ha Translarna ca no-ronemu
OT PUCKOBETE M TO3M MPOAYKT MOXe fa 6bAe pa3pelleH 3a ynotpeba B EC.

Bbnpekn Heobx0aMMOCTTa OT AOMb/IHUTENHU AaHHU, AreHumnsaTa cYMTa, Ye MMa AoKasaTesiCTBa, Bb3
OCHOBa Ha KOWTO MOXe Aa ce npeanosara, ye Translarna 3abaBs nporpecuaTa Ha 3ab0/1iBAHETO U Ye
HeroBuAT Npodua Ha 6e30MacHOCT He NoBAMIra CEPMO3HM OnaceHus. AreHumnsaTa npusHa, ye naumeHTuTe
C MyCKy/nHa auctpodust Ha [ioweH nMaT He3aAoBoJIeHaTa HyX4a OT SledeHNe Ha ToBa CEPUO3HO
3abonsasaHe.

Translarna e pa3pelieH 3a YI'IOTPEGa Mo T. Hap. CXeMa ,pa3pellaBaHe noa YCJ'IOBVIE“. ToBa o3HayaBa, ye
Ce o4yakBaT AONDBJHUTENHM AaHHM 3@ 1eKapCcTBOTO, KOUTO dnpMaTa ce 3aab/Kaea Aa npefocTasy.
Bcsika rogmHa AreHuusTa wWe M3BbpliBa npernes Ha HosaTa nHdopMaums N HaCToALWOTO pe3toMe
CbOTBETHO LWLEe Ce aKTyanun3unpa.

KakBa nHcopMmaumna ce oyaksa 3a Translarna?

Tl kaTo Translarna e pa3speweH 3a ynotpeba no T. Hap. CxeMa ,pa3pellaBaHe nog ycnosue",
dvpmaTa, kosATo npegsnara Translarna, Wwe npeaocTaBy pesyTaTtv OT HOBO Npoy4YBaHe, CpaBHSABALLO
Translarna c nnauebo, 3a Aa NOTBbpPAM HeroBaTa e(eKTUBHOCT 1 6e30MacHOCT.

KakBu Mepku ce npeanpuemMar, 3a fa ce rapaHTupa 6e3onacHaTta m
edexkTuBHa ynorpeba Ha Translarna?

MpenopbkuTe 1 NpeanasHUTe Mepku 3a 6esonacHaTa u edekTuBHa ynotpeba Ha Translarna, kouto
cnepBa da ce cnasBaT OT MeAMUMHCKUTE Creunannct 1 nauneHTnTe, ca BKKYEHW B KpaTKaTa
XapaKTepucTmka Ha npoayKTa u B IMCTOBKaTa.

KakTo npu BCUYKM NekapcTeBa, AaHHUTE BbB Bpb3Ka C yn0Tpe6aTa Ha Translarna HEMNpEeKbCHATO Ce
npocneaasar. CbobLieHunTe HeXenaHu peakunn, CBbp3aHn C yn0Tpe6aTa Ha Translarna, BHUMATENHO Ce
oueHABaT U Ce npeanpmneMaTt BCUYKA HeobxoanMm MEPKWM 3a 3allnTa Ha NauneHTUTE.

AonbnHutenHa nHdpopmauma 3a Translarna

Translarna nosy4yaBa pa3pelleHue 3a ynotpeba ,noa ycnosme", sanngHo B EC, Ha 31 tonm 2014 r.

JonbnHutenHa nHdopmMauus 3a Translarna MoxeTe ga HamepuTe Ha yebcanTa Ha
AreHuusaTa: ema.europa.eu/Find medicine/Human medicines/European public assessment reports.

[aTa Ha nocnefHO akTyanusMpaHe Ha TekcTa: 06-2018.
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