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OTKa3 3a u3gaBaHe Ha pa3peleHne 3a yr|0Tpe6a Ha
Exondys (eteplirsen)
Pe3ynTaT OoT npepasrnexaaHeTo

Ha 31 man 2018 r. KoMUTETbT N0 NekapcTBeHUTe NpoAyKTU 3a XyMaHHa ynoTtpeba (CHMP) npue
oTpuUaTesHO CTaHOBULLE, MPeNopbYBaLLO OTKa3 3a U3JaBaHe Ha paspelleHue 3a ynoTpeba Ha
nekapcTBeHus NpoAykT Exondys, npeaHasHadeH 3a fle4eHne Ha MyckynHa anctpodus Tun JioweH. Ha
1 1oHm 2018 r. AVI Biopharma International Ltd — dupmaTta, nogana 3asBfeHue 3a pa3pellaBaHe,
noucka npepasriexgaHe Ha ctaHosuweTo Ha CHMP.

Cnep kaTo 06Ccban oCHOBaHMATa Ha uckaHeto, CHMP npepa3srnena ctaHOBMWETO cU 1 Ha 20 cenTeMBpu
2018 r. noTBbpAM OTKa3a 3a U3gaBaHe Ha pa3pelleHune 3a ynortpeba.

KakBo npeacrasnsasa Exondys?

Exondys e nekapcTBo, KOETO CbAbpXXa aKTUBHOTO BeLwecTBo eTennmpceH (eteplirsen). Tpabsano e aa ce
npegnara nog dopMaTa Ha KOHUEHTpAT 3a NpUroTBsiHE Ha MHGY3MOHeH (KankoB) pa3TBOp 3a B/IMBaHe
BbB BeHaTa.

3a KakBO ce o4yakBa Aia ce unsnonssa Exondys?

Exondys ce e oyakBano Aga ce M3nosi3Ba 3a JiIeyeHue Ha MycKysiHa auctpodusa tun AioweH (DMD) npu
nauneHTn Ha Bb3PAcCT OT 4 roamHu ¢ Mytaums (npomsHa) B DMD reHa, KOSITO M0O3BOISABA JleUeHme,
BKJ/1OYBALLO ,MpeckavyaHe Ha ek30H 51". ToBa o03HauyaBa, ye DMD reHbT Ha NauneHTUTE MoXe Aa
CuHTE3mpa ,paboTHa popmMa™ Ha AUCTPOPNHOBUSA NPOTENH, KOraTO 4YacT OT reHa, Hape4yeH ek30H 51, He
ce 1M3non3Ba.

Exondys e onpeneneH kaTo ,1eKapcTBO cupak” (N1eKapCcTBO, KOETO Ce M3Nosi3Ba Npu peakn 6o5ectn) Ha
3 nekemBpu 2008 r. 3a nedyeHmne Ha DMD. JonbnHuTeNHa MHpOPMaUMs 3a oNpeaenssHeTO Ha
NeKkapcTBOTO CMpaK MOXeTe Aa HamepuTe TyK.
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Kak pencrBa Exondys?

Mpv naumeHTUTe ¢ DMD He ce cuHTe3Mpa NpoTeUH, HapeyeH ANCTPodUH. JlekapCcTBOTO NO3BOJISBA
eKk30H 51 ga 6bae NponycHaT M Mo TO3M Ha4YuH Aa ce CTUMYMpa NPOM3BOACTBOTO Ha CKbCEH BapuaHT
Ha ANCTpOodUH. TO3N CKbCEH MPOTEMH CE OYaKBa fa AelCTBa KaTo HopManHusa auctpoduH. ToBa nomara
Ha opraHvM3Ma Aa KoMMeHcupa svncaTa Ha AUCTPOMdUH U MO TO3M HauuH obriekyaBa CUMMNTOMUTE Ha
DMD.

KakBo e npeacrasuna compmarta B noaKkpena Ha CBOeTO 3asBJieHue?

dupmMaTa e npeacTaBuia pesyatatuTe OT ABEe OCHOBHM NpoyyBaHusa, obxeawawm 12 MoMyeTa Ha
Bb3pacT oT 7 Ao 13 roauHu ¢ DMD, KOUTO MMaT reHeTUYHa MyTaums, noanexatlia Ha neyeHue c
rnpeckadaHe Ha ek30H 51. B nbpBoTO NpoyuBaHe Exondys e cpaBHeH ¢ nnauebo (cnsino neyeHune) npes
nbpBuUTE 24 CeAMULN, Crief KOETO BCUYKM MauueHTn ca nekyBaHu ¢ Exondys. OcHOBHaTa MsapKa 3a
edeKTUBHOCT € NpoMsiHaTa B pa3CTOSSHMETO, KOETO Ce M3MMHaBa NO BpeMe Ha 6-MUHYTEH TeCT C XoAeHe
cnen 24 ceamuum.

BTopoTo npoyuyBaHe, pa3lWMpeHne Ha MbpBOTO, BK/OYBA CbLUMTE MALMEHTU, KaTO BCUYKU Ca JIEKYBAHU
c Exondys B npofbnkeHue Ha owe 4 roguHu.

dupMaTa cpaBHsABa CbLO pe3ynTaTuTe OT NpoyvBaHMATa C Te3M OT Pas/IMYHN UCTOPUYECKUN AaHHU.
KakBu ca ocHOBHUTe onaceHuss Ha CHMP, noBenu oo orkasa?

CHMP n3pa3ssiBa 3arpu>eHoCT, Ye B OCHOBHOTO MNpoy4YBaHe, KoeTo o6xBalla camo 12 naumeHTn, Exondys
He e cpaBHeH c nnauebo cnes 24-Te ceAMULM, NPeE3 KOMTO HE € YCTaHOBEHA 3HauYMMa pasfivka Mexay
Exondys v nnaue6o npu 6-MUHYTHUSI TECT C XOAeHe. MeToauTe 3a CpaBHsIBaHe Ha pe3ynTaTuTe oT
OCHOBHMWTE NPOYYBAHUS C UCTOPUUYECKUTE AAHHWU HE Ca 3a40BOJSIMTENHM 3@ AEMOHCTPMpPAHE Ha
edeKTUBHOCTTa Ha JIeKapCcTBOTO. KOMUTETBLT CMsiTa, Ye ca HEO6X0AMMU LOMbIIHUTENHW AaHHW, 3a fa ce
NMokaxe, Ye MHOMO0 HUCKUTE KOMIMYECTBa CKbCEH ANCTPOMUH, MPOU3BEXAAH B Pe3yNTaT Ha SlIeYeHue C
Exondys, HOCAT TpaliHu Mon3u, KOUTO ca OT 3HaYeHWe 3a NauueHTa.

Mopaan ToBa CHMP cunTa, 4Ye CbOTHOLIEHMETO nNon3a/puck 3a Exondys npu neyeHneto Ha DMD He
MoXe Aa 6bae ycTaHOBEHO, M NMpenopbya 0TKas 3a M3gaBaHe Ha pa3pelleHne 3a ynotpeba 3a To3um
npoaykTt. OTkasbT Ha CHMP e noTBbpAeH cnep npepasrnexaaHeTo.

KakBu ca nocneacrBMsTa OT OTKasa 3a NaLMeHTUTe, y4YacTBalUM B KJIMHUYHMU
n3nuTBaHunA?

d)MpMaTa € yBegoMmuna CHMP, ye HaMa nocneacTems 3a NauUMEHTUTE, BKIOYEHN MOHACTOSALLEM B
KIIMHUYHN N3NNUTBaHNA C Exondys.

AKO yyacTBaTe B K/IIMHUYHO U3MUTBAHE N Ce HYyXAaeTe OT rnoseye MHq)OpMaLI,VIFl 3a BalleTo nedveHune,
CBbpXXETe Ce C IeKyBalwha nexKap oT U3anmMTBaHETO.
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