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Bbnpocu n oTtroBopm

OTTernsHe Ha 3asB/IEHNETO 3a pa3pellaBaHe 3a ynoTtpeba
Ha Kyndrisa (drisapersen)

Ha 31 man 2016 r. BioMarin International Limited odnumanHo yBegomMsiea KomuteTa no NeKapCcTBeHUTE
NpoAyKTKU 3a XyMaHHa ynoTtpeba (CHMP), ue xxenae aga oTTer/n 3asiBIEHNETO CU 3a pa3pellaBaHe 3a
ynoTtpeba Ha Kyndrisa, nmoka3aH 3a Jle4yeHue Ha MyCKyJiHa auctpodusa Tmn [roLweH.

KakBo npeacrasnsasa Kyndrisa?

Kyndrisa e nekapcTBo, KOETO CbAibp>Xa akKTUBHOTO BellecTBO ApucanepceH (drisapersen). Tpsa6eano e
[a ce npeanara noa opMaTta Ha MHXEKLMOHEH Pa3TBOP 3a MOAKOXHO npuiaraHe.

3a KaKBO ce o4yaKBa aa ce u3nonssa Kyndrisa?

OuakBa ce Kyndrisa ga ce n3nonssa 3a leyeHne Ha MycKynHa auctpodums Tun [ioweH Npu naymMeHTm Ha
Bb3pacT 5 nam noseye roagMHM, KOUTO MOraT Aa XOAST U umeTo 3abosisiBaHe ce AbJIXKU Ha onpeaeneHu
reHeTu4yHn Mytauuu (aedekTtn), KOUTo MoraT Aa ce fieKyBaT C ,TEXHOIOrMATa Ha NponyckaHe Ha

ek30H 51%. MyckynHaTa anctpodus Tmn [JoWweH € CeEpuo3HO reHeTUYHO 3abonsiBaHe, KOeTo 3acsra
npeavMMHO MOMYeTa U 0BUKHOBEHO Ce AMarHOCTMUMpa Npean HaBbpLlUBaHe Ha 6-roauHa Bb3pacT.
MpuumHsaBa nporpecuBHa cnabocTt 1 3aryba Ha MycKysHa GyHKUMS U 0BMKHOBEHO BOAM AO CMBPT B
IOHOLLEeCKa UM Mnaja Bb3pacT.

Kyndrisa e onpeaeneH kKaTo ,J/iekapcTBO cupak" (n1ekapcTBo, KOeTo ce M3Mnosi3Ba npu peaku 6onectn) Ha
27 deBpyapu 2009 r. 3a MyckynHa auctpodmsa tun JoweH. JonbaHuTenHa nHdopmaums 3a
onpeAenstHETO Ha NeKapCTBOTO CMPAK MOXE ia HaMepuTe TyK.

Kak ce ouakBa ga geuncrea Kyndrisa?

MycKynHaTta auctpodusa Tmn JiolweH ce NpuiMHaABa OT MyTaLMK B reHa 3a NpoTenHa ANCTPOodUH, KOUTO
BOASAT 0 NPOM3BOACTBO Ha HedyHKLMOHaNeH AucTpodurH. ToBa NIeKapcTBO AelCTBa Upes
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»TEXHONOIMATa 3a NponyckaHe Ha €K30H 51%. Ta3n TexHoNOrMs gasa Bb3MOXHOCT Ha npouvseexaawmna
NMPOTENHW anapaT Ha KNETKUTE Aa NponyCcHe (I'IpeCKOl-IM) HsKOM 0bnacTu oT reHa Ha ,D,MCTpOd)MHa n
no3BoJsidBa Aa Cce npomsesene CKbCeH, HO YaCTUYHO dDYHKLI,VIOHVIpaLLI, ,CI,I/ICTpOd)MHOB NMPOTEUH.

KakBo e npeacrasuna compmarta B noakpena Ha CBOeTO 3asBJieHue?

Kyndrisa e nscnegBaHa B Tpu npoyyBaHus npm o6wo 290 nayMeHTn C MyCcKyJiHa Auctpodusa tun
[oweH. Te3n npoy4dBaHus cpaBHaBaT edekTnTe Ha Kyndrisa ¢ nnauebo (HecbAbp)Kallo akKTUBHO
BELLECTBO JIeKapCTBO) M OCHOBHAaTa Msipka 3a eeKTMBHOCT € NpoMsiHaTa B pa3CTOSIHUETO, KOUTO
nauMeHTbT MOXE Aa U3MUHE 3a WeCT MUHYTKU, cnesl 24 unn 48 ceaMmnun OT NEeYEHUETO.

Ha kakbB eTan OoT oLeHKaTa e 3asABJ/IEHMEeTO KbM MOMEHTa Ha OoTTerJisHeTo?

3asAB/IEHNETO e oTTerneHo, cnes kato CHMP e oueHWn AOKYMeHTauuaTa, npeactaBeHa oT ¢pupMara, u e
M3roTBUA CMUCHLK C Bbnpocu. Cnea kato CHMP e oueHun oTroBopuTe Ha ¢pupMaTta Ha nocneaHarta rpyna
BbMNPOCK, BCE OLLe OCTaBaT HAKOM HepaspelueHn npobremu.

KaksBu ca npenopbkute Ha CHMP kbMm MOMeHTa?

Bb3 ocHOBa Ha npersiega Ha AaHHUTE M OTrOBOpPUTE Ha pmpMaTta No cnucbuuTe € BbNpocn Ha CHMP,
KbM MOMeHTa Ha oTTernsHeTo CHMP nma n3BecTHM 3abenexkn n uspassasa npeaBapuTenHO CTaHOBULE,
ye Kyndrisa He Moxe aa 6bae ogobpeH 3a nedeHne Ha MyckKynHa aucTpodus Tmun ioweH.

CraHoBuLeTo Ha KomuTeTa e, Ye AaHHUTE OT KJIMHUYHUTE NMPOy4YBaHUS HE AEMOHCTPMpPAT B A4OCTaTbyHa
cteneH noneseH edekT oT Kyndrisa: 0CHOBHOTO Npoy4YBaHe He Noka3Ba HMKaKBa Nonsa npu
nauueHTUTe C TOBa CbCTOSIHME, @ OCTaHanuTe ABe NPOy4YBaHUS He ycnsiBaT nocnefoBaTeNiHO Aa nokaxar
noneseH edekT. B gonbnHeHne, NnpodunbT Ha 6€30MacHOCT Ha ToBa J1IeKapCTBO He € NpueT 3a
3a/l0BOIUTENIEH, B YAaCTHOCT NOpaAn pMcka OT NepCUCTUpaLLM peakLMn Ha MACTOTO Ha UHXeKTUpaHe
(Hanp. noagyBaHe, Bb3MNajeHWe 1 yiuepaumm), KoeTo MoXe Aa Ce 0TPasn HeraTMBHO BbPXy KayecTBOTO
Ha XMBOT, a CbLLO M pUCKa OT TpoMbounToneHums (HamaneH 6pon Ha TpoMbounTUTE B KPbBTA), KONTO
MOXe Aa MU3M10XW NaumMeHTUTE Ha PUCK OT CEPUO3HU KPbBOUZIMBHU YCIOXHEHNUS. B gonbnHeHune,
KoMUTeTbT NoCcTaBs Noj BbNPOC NpeasioXeHnTe MeToam 3a CTepunsmMpaHe Ha 1eKapCcTBOTO.

Mopaawn ToBa KbM MOMEHTA Ha OTTernsHeTo cTaHoBuweTo Ha CHMP e, ye non3nte ot Kyndrisa He
rnpeBuvLLaBaT pUCKOBETE.

KakBu npuunHM nocouBa ¢pupmarta 3a oTTersisiHe Ha 3asiBJieHueTo?

B nmucMoTo, C KoeTo ce yBeaoMsBa AreHUmnsTa 3a OTTErISHETO Ha 3asABNeHneTo, pupMaTa nocoysa, 4e
HAMa [la € B CbCTOSIHWE Aa OTroBopM Ha 3abenexkute Ha CHMP OTHOCHO pe3ynTaTUTe OT KIMHUYHUTE
NpoyyBaHUsl B 0OYaKBaHWUA CPOK OT BpeMe.

MMCcMOTO 3a OTTErNAHETO MOXe Aa Ce HaMepu TyK.

KakBu ca nocneacremsAta OoT OTTErJISHETO 3a NnauueHTuTe, yyactBauium B
KJIUWHNUYHN N3NMTBaHNA U NporpamMmm ¢ MUNIOCbLpPAHA uen?

®dupmMaTa TBbPAW, Ye UMa HaMepeHue aa crnpe pa3paboTeBaHeTO Ha TOBa JIeKapCTBO, HO NiaHupa Aa
paboTn CbBMECTHO C fleKapu, NauneHT U MeCTHW perynaTtopHu BNacTu, 3a Aa AaAe Bb3MOXHOCT Ha
NleKyBalluuTe ce B MOMEHTa NauMeHTu Aa uMmaT A0CTbM A0 OCTaHaIuUTe B HAJIMYHOCT KOJSIMYecTBa OT
Kyndrisa.
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AKO yyacTBaTe B K/IMHUYHO U3MMTBAHE M Ce HyXaaeTe oT noseye nHdopMaums 3a BaweTo feyeHue,
CBBbpXXeTe ce C fiekaps, KonTo Bu ro e npeanucann.
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