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OTKa3 Ha NpoMsiHa B pa3peLleHneTo 3a ynomég}a Ha
Translarna (ataluren) @2*
OTKa3bT e NOTBbPAEH CleA npepasriexaaHeTo &

QQ/

Cnepn kaTo npepasrnexaa NbpBOHaYanHOTO CU CTaHOBULLE, EBpon@aTa areHuus no nekapcrearta
noTBbPAM NMpenopbkaTta 3a 0TKa3 Ha NPoMsHa B pa3peLleHneTo notpeba Ha nekapCTBEHUS NMPoAYKT
Translarna (ataluren).lpomMsiHaTa e cBbp3aHa C pasmmpﬂBaH@a rnokasaHueTo C uen ga ce aobasu
fleyeHune npu naumeHTn ¢ MycKysiHa AucTpodus Tmn ,U,IOLIJ@ KOWTO Be4ye He MoraT Aa xoasT.

AreHumsaTa nsgage ctaHosumuwe Ha 17 oktomepu 2019 r.}zhea KaTO MPUKIIOUM NpepasrnexnaHeTo.
MbpBOHaYasIHOTO CTAHOBMLLE € n3gafdeHo Ha 27 mHV@lQ r.

dupmMaTta, nogana 3asaBieHMETO 3a NPoOMsHa B pa@meHmeTo 3a ynotpeba Ha Translarna, e PTC
Therapeutics International Limited. @

KakBo npeacrasnsaBsa Translgrw& 3a KaKBO ce u3noJsidea?

Translarna e nekapcteo, KoeTo ce M3r@3Ba 3a NleYeHne Ha NauMeHTH Ha Bb3pacT 2 1 NoBeYve rofuHU C
MyCKyfHa anctpodus Tun [oweH, k&?ﬁo ca B CbCTOsIHME Aa XoAsT. MycKynHaTa amuctpodus Tmn
JoweH e reHeTUYHo 3a60ﬂﬂBal-&l\0€T0 npuYMHABa NocTeneHHo oTcnabeaHe U 3aryba Ha MycKyfHaTa
dbyHkuMA. Translarna ce nsno npv Manka rpyna naumMeHTu, 4ymeto 3abonsBaHe ce NpuumMHaBa oT

cneuyndunyeH reHeTUYeH aeda*T (Hape4yeH ,HOHCeHC MyTaumsa®™) B ANCTPODUHOBUS TFEH.

Translarna e pa3speuweH GE oT tonm 2014 r. Cbabpka aKTMBHOTO BeLLecTBO atanypeH (ataluren) u ce
npegnara noa daopmaQa rpaHyn, KOUTO ce Npuemat npe3 ycraTa.

Ha AreHuuaTa: .europa.eu/medicines/human/EPAR/translarna.

JonbnHutenHa M;¢$4auMﬂ 3a HacTosiwmTe ynotpebu Ha Translarna Moxe ga ce Hamepu Ha yebcanTa

3a KaKBAfppOMﬂHa e kaHampaartcreana ¢pupmara?

®dupm nogana 3asBfieHNe 3a pasllMpsaBaHe Ha NokKasaHMeTo C Len Ao6aBsHE Ha NieveHune npu
nay @M C MyCKyfiHa AucTpodus Tun [IoleH, KOMTo Beye He MoraT Aa XoaAT.
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Kak pencrBa Translarna?

Mpy NauMeHTUTe C MyCKyfiHa AUCTpoduUa TUN JIoleH NUMncea HopManHUAT AUCTPOMUH — MPOTEMH,
HaMupall ce B MyckynuTe. Tbil KaTo TO3M NPOTEUH NoMara 3a 3alinTa Ha MyCKy/uTe OT HapaHsaBaHe
KOraTo MyCKy/IMTe Ce CbKpalllaBaT U OTnycKaT, Npu NauMeHTn C MycKyfHa auctpodusa tun Adiowe fb
MYCKYJIUTE Ce yBpexaaT M B KpaliHa cMeTKa cnupat Aa dyHKLMOHMpaT. Q/

Bb3MoXHa npuumMHa 3a MycKynHaTa guctpodus Tmun [JioweH ca pasiMyHm reHeTUYHU aHomaw.
Translarna e noka3saH 3a ynotpeba nNpu NauneHTu, YMeTo 3abonsiBaHe ce Ab/IKM Ha Hanum 1@0 Ha
onpegeneHu gedektn (HapeyeHu ,HOHCEHC MyTauun®™) B ANCTPOPUHOBUSA reH, KOWTO N €BPEMEHHO
cnupa CUHTEe3a Ha AUCTPOMdUH, B pe3ynTaT Ha KOeTO Ce CMHTE3Mpa CKbCEH NMPOTEUH ANCTPOMUH, KONTO
He dyHKUMOHMpa npaBusiHO. denctBneto Ha Translarna npu Te3u naumMeHTu ce ms @Ba BbB
Bb3MOXHOCTTa MPOTEMH-CUHTE3NPALLMAT anapaT B KNeTKUTe aa 3aobukans p,eq)eK}fb, KOeTo Mo3BoJIsIBa
Ha KIeTKuTe aa npoussexaaTt GyHKUMOHaNeH NpOTEUH AUCTPODUH. sz‘

Q

KakBo e npeacraBuia ¢oupmarta B nogkpena Ha CBoeTe&ﬂBneHue?

(DMpMaTa npeactaeda AaHHU, KOUTO NOKa3BaT, Y€ OpraHn3MbT O6pa6$HEKapCTBOTO Mo CXo4A€eH Ha4yuH
npun nauneHTn, KOUTo Ca B CbCTOAHNE Oa XO4AT, U Npu I'IaLI,MEHTM,/@ O HE MOraT Aa XoAasT.

B ponbnHeHue, TS NpeacTaBa pe3yntaTuTe OT NpoyyBaHe, 06XBQ&LIJ,O 94 nauMeHTUn C ,,HOHCEHC
MyTaumsa® npyv MycKysHa anctpodus tvn oweH, oT KOUMTO 4@9eqe He ca B CbCTOSIHME Aa XOAAT.
Bbnpekn ye ocHOBHaTa Len Ha Npoy4YBaHeTo € Aa ce oueanrocpquaTa 6e3onacHocT Ha Translarna,
npoy4BaHeTo nacnensa Cbllo edeKTUBHOCTTA Ha neqe»—u@so npyv NauMeHTU, KOUTO He MoraT Aa XOAST,
n3MepBankm npomMeHnTe B 6enogpobHaTta GyHKUMUS. [ ToBa pmpMaTa cpaBHsiBa pe3y/TatuTe C
AAHHW OT MMHANOTO 3a NauMeHTU C MyCKy/Ha nmcnggiﬂ Tun JoweH, 3anncaHun B 6asaTta AaHHWU Ha
CINRG (Cooperative International Neuromuscula@esearch Group).

KakBu ca OCHOBHUTE NPUYMNHUN 3@ pTKasa Ha NPOMsiHa B pa3pelueHneTo 3a
ynortpeb6a? J
)
(DaKT'bT, ye Translarna ce O6pa6OTB QopraHmMa Mo cXoAeH Ha4yuH Npu NauneHTU, KOUTO MOoraT u
KOWUTO He MOoraT Aa Xo4AaT, He € AOC%HEH, 3a Aa noTebpAau eq3EKTMBHOCTTa Ha Translarna npu
naunMeHTUTe OT BTOpaTa rpyna. QWMHaTa e, ye NnauneHTnTe, KOUTO He Ca B CbCTOAHME Aa XOA4AT, Ca B
no-HanpeaHan CTa,D,Mﬁ Ha 3a BaHETO N MMaT HaMa/lleHa MYCKYJiIHa Maca. Cne,u,osaTenHo non3unTte oT
eyeHneTo Morat Aa 61:.Cl,a JINHHN.,

JonbnHuTenHuTe naHHv@ poy4YBaHeETO CbLIO He MOraT Aa NoTBbPAAT Nnonsata oT Translarna npwm
nauneHTn, KoMTo Be Ca B CbCTOSIHME Aa X0AsT, TbM KaTo MMa nNpobnemMmn C HaunHa, No KOMTO ca
noabpaHun m aHanmsg

edekTnTe oT Tr rna.

aHu paHHuTe oT 6a3arta aaHHu CINRG, nanonseaHa 3a MHAWPEKTHO CPaBHEHUNE Ha

Mopaau TOB@aHOBMLu,eTo Ha AreHuusaTa e, Ye CbOTHOLIEHMETO Nonsa/puck 3a Translarna npum
nauMeHTUFENHecnocobHM Aa XoAAT, He Moxe Aa 6bAe YCTAaHOBEHO, M TS NpenopbyBa 0TKas Ha
npoms B pa3spelleHneTo 3a ynotpeba. OTKasbT € NOTBbPAEH Ce NpepasriexaaHeTo.

Ka@su Ca nocnencTBmsATa OT OTKa3a 3a NaunMeHTUTe, ydactBallim B KJIMHUYHAU

&MTBaHMH?

(DMpMaTa yBeaoMsaBa AreHumaTa, Ye HaMa NocneacTBUS 3a naumeHTuTe, npvemalum Translarna B
KJIMHUYHN N3NNUTBaHUA.
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AKO yyacTBaTe B K/IIMHUYHO U3MUTBAHE N Ce HYXAaeTe OT rnoseye MHq)OpMaLWIFI 3a BalleTo nevyeHune,
FOBOPETE C BalWlhd nekap, npoesexaal, KJIMHUYHOTO U3NUTBaHE.

KakBu ca nocneacrBusitTa 3a Translarna 3a sie4eHMe Ha NaLUMEHTMU C ’b
MYCKYJ/IHa aucTtpocdumsa Ha [lioWeH, KOMTO ca B CbCTOSSTHME Aa XoAaAT? b

Hama nocneactsusa 3a ynotpe6aTa Ha Translarna npu paspeLweHoTo nokasaHue. /&
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