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OTTernsiHe Ha 3asB/IEHMETO 3a pa3pelwlaBaHe 3a ynoTtpeba
Ha Miplyffa (arimoclomol)

Orphazyme A/S oTTernn 3asBneHMETO CM 3a pa3pellaBaHe 3a ynotpeba Ha Miplyffa 3a neyeHue Ha
6onectta Ha Niemann-Pick Tun C (NPC) npu nauveHTH Ha Bb3pacT 2 U NoBeYe rogmHn B KOMbMHaLms C
Muraycrat (4pyro siekapcTeo 3a nedveHme Ha NPC).

®upmMaTa OTTerNn 3asB/IEHMETO cU1 Ha 22 mapT 2022 .

KakBo npeacrasnsasa Miplyffa n 3a kakBo e npeaHasHa4yeH Aa ce u3nonsBa?

Miplyffa e npegHa3HauyeH 3a ynotpeba npu nauyMeHT Ha Bb3pacT 2 M NoBeYe roAnHU 3a JIeYeHMe Ha
NPC — 3abonsiBaHe, KOETO NpMHAANEXM KbM rpyna HacneACTBEHN HapyLleHUs, NpuHaanexatm KbM no-
rofIIMOTO CEMENCTBO METABONUTHMN HapyLleHUs, HapeyeHU ,IM3030MHN 60NeCT Ha HaTpynBaHeTo", Npu
KOWUTO B In3030MUTE (4acCTW OT KNETKUTE Ha OpraHmM3Ma, KOUTO pasrpaxaaT XpaHWUTEeNHU BelwecTsa U
ApYyru Matepuanu) ce HaTpynsaT Ma3HMHW NOpaan NPoMeHU B ABa reHa, HapeveHn NPC1 n NPC2.

Miplyffa cbabp)xa akTMBHOTO BewecTBo apmmoknomon (arimoclomol) u e Tpabsano ga ce npeanara noa
dopmMaTa Ha Kancynu, KouTo ce npueMaT npes ycraTa.

Miplyffa e onpeneneH kaTo ,JlekapcTBo cMpak" (/1ekapcTBO, M3MOA3BaHO Npu peakn 6onectn) Ha 19
HoemBpwu 2014 r. 3a nedyeHmne Ha NPC. [JonbnHuTenHa nHdopmaums 3a onpeaensHeTo Ha IEKapCTBOTO
Ccupak MoXeTe aa HamepuTe Ha yebcalita Ha AreHumsaTa: ema.europa.eu/medicines/human/orphan-
designations/eu3141376.

Kak pencrsa Miplyffa?

B NPC HaTpynBaHeTO Ha MacTHM BewecTBa B IN3030MUTE HaMansea cnocobHocTTa UM aa
(dYHKUMOHMpPAT HOPMANHO 1 NpaBn MembpaHaTa OKOJ10 IN3030MUTE HecTabuaHa. AKTMBHOTO BELECTBO B
Miplyffa, apyuMoknomon, e npeaHa3HauyeHo ga CTUMyiMpa eCTeCTBEHMTE MEXAHM3MM Ha KyeTKkaTa 3a
cnpaBsiHe C YBpeXAaHeTo, KaTo yBenmM4yaBa Nnpon3BOACTBOTO Ha MPOTEMHUN, HApeYeHU TOMIMHHU LWOKOBM
NpOTENHW, B KIETKUTE, KOUTO ca nog ctpec. Cunta ce, Ye Tes3n NpoTemMHM cnomarar 3a ctabununsmpaHe
Ha NpoTenHa, Nnpou3BexaaH oT reHa NPC1, n membpaHaTa OKO/10 JIM3030MUTE, KaTO MO TO3M HaYMH
nopobpsasaTt cnocobHOCTTa Ha NM303oMuTe Aa GYHKUMOHUPAT U Aa pasrpaxaaT onpeaesieHn Ma3HUHMU.
OuakBa ce TOBa Aa NpeAOTBpaTM HaATPynBaHETO Ha Ma3HWHW B IM3030MUTE U Aa NMOMOrHe 3a
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HamansBaHe Ha CUMNTOMMUTE Ha 3ab0onsBaHETO, KOMTO BKOYBAT NOBEAEHYECKHU I'IpO6J'IeMVI,
UHTENEKTYa/IHaA HEAOCTATbYHOCT U TPYAHOCTU NpU ABUNXEHUE N TOBOP.

KakBo e npeacrasuna compmarta B noakpena Ha CBOeTO 3asBJieHue?

dupmMaTa NpefocTaBu pe3ynTaTM OT e4HO OCHOBHO NMpoy4yBaHe, B KOETO ce pasrnexaa edekTMBHOCTTa
Ha Miplyffa 3a 3abaBsiHe Ha nNporpecusaTa Ha 3abonIBaHETO C TeYeHMe Ha BpeMeTo. PesynTtatute ce
OCHoBaBaT Ha 50 naumeHTM Ha Bb3pacT Mexay 2 u 18 rogmHu, konto nonydasaTt Miplyffa unn nnauebo
(cnsino neyeHne) B NpoAb/KEHWE Ha eAHa roAMHa B AOMbHEHME KbM PYTUHHUTE KIIMHUYHU FTPUXKN Ha
naumeHTa (BKAKYUTENHO MUITYCTaT, KOraTo e Npuioxumo). EdbekTnBHoCTTa € naMepeHa ypes
M3non3BaHe Ha cTaHgapTHa ckana (5-domain NPCCSS), 3anuncBalla TexecTra Ha CUMNTOMUTE BbB
BpEMETO.

dupmMaTa e npeacraBuna CbLIO AaHHM OT Nporpama 3a paHeH goctbn (EAP), B koaTo Miplyffa ce
npunara cbC unu 6e3 Murnycrar.

Ha kakbB eTan oT oLeHKaTa e 3asABJ/IeHMeTO KbM MOMEHTa Ha OoTTerJIsHeTo?

3asaBneHneTo e oTTerNeHo, cnea kato EBponeickata areHUnsl Mo nekapcreaTta € oueHuna
nHdopMauusiTa, NnpeactaBeHa oT pupmaTa, M e U3roTBuIa BbNpocu KbM pmpmaTa. Cnes KaTo
AreHumnaTa e oueHuna oTroBopuTe Ha pmMpMaTa Ha nocsiegHaTa rpyna BbNpoCcK, BCe oue OCTaBaT HAKOM
Hepa3speweHn npobnemu.

KakBu ca npenopbkute Ha AreHUMsiTa KbM MOMEHTa Ha OTTernsiHeTo?

Bb3 ocHOBa Ha npernega Ha HannyHata uHdopMaunsa, KbM MOMEHTa Ha oTTernsHeTo AreHuusTa uma
M3BEeCTHM 3abenexkn n n3passBa npeaBapuTeNHOTO CTaHoBMLe, Ye Miplyffa He Moxe fa 6bae
pa3spewleH 3a neyeHmne Ha NPC.

AreHumsTa cunTa, Ye pesynTaTuTe OT NPOyYBaAHETO He NoKasBaT B AOCTaTbyHa cTeneH, ye Miplyffa e
edeKTMBeH 3a noaobpsaBaHe Ha cMMNToMUTE, cBbp3aHu ¢ NPC, unu 3a 3abaBsHe Ha NporpecusTa Ha
3a260/19BaHETO, HUTO B KPAaTKOCPOUYEH, HUTO AbAroCpoYeH nnaH (cnea eaHa roguHa u noseye). MNo-
cneumnanHo AreHumsTa nMa 3abenexKkn OTHOCHO HavyuHa, Mo KOWTO ce npeanara Aa ce TbAKyBaT
pesynTaTtuTe oT npoy4dBaHeTo. MonsnTte oT Ao6aBsaHeTo Ha Miplyffa kbM MUFyCTaT CbLLO HE ca
NOTBbPAEHMU.

Mopaawn ToBa KbM MOMEHTA Ha OTTEr/ISHETO AreHunaTa He € B CbCTOSTHWE Aa AOCTUIHE A0 NOJIOXUTENHO
3aKJ/loYeEHNE OTHOCHO edeKTMBHOCTTa Ha Miplyffa 3a neyeHne Ha NPC 1 CTaHOBMULLETO M €, Ye NoN3nUTe
oT Miplyffa 3a Ta3m ynotpeba He npeBulaBaT PUCKOBETE.

KakBu npnynHM nocouBa chpMaTa 3a oTTerJisHe Ha 3asiBJiIeHMeTo?

B nucmoTo, € kKoeTo mpmaTa yBeaomsisa AreHumsaTa 3a OTTer/ISHETO Ha 3asB/IeHMeTOo, ce Noco4Ba, ve
T e oTTernnna 3asiBNeHNEeTo CU BCneacTBue Ha 3abenexkute Ha EMA n NnporHo3aTa l)l, ye CblnTe He
MoraTt Aa 6baaTt peweHn B CblLUieCTBYBALLNTE CPOKOBE.
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KakBu ca nocneacremsita OT OTKa3a 3a NauMeHTUTe, y4YyacTBaluM B KJIMHUYHM
M3NUTBaHUA?

®dupmaTa e yBegoMuaa AreHumsTa, de HMa NoCneAcTBUA 3a NaLMeHTUTE, BKKOYEHM MOHACTOSLLEM B
KITIMHUYHU U3NUTBaHUSA, nanonssawm Miplyffa.

AKO yyacTBaTe B K/IIMHUYHO U3MUTBAHE N Ce HYXAaeTe OT rnoseye MH(bOpMaLI,VIH 3a BalleTo nedveHune,
FOBOPETE C nNeKapsa, nposexaall KJIMHNYHOTO U3NMUTBaAHE.
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