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OTTernsiHe Ha 3asBJ/IEHMETO 3a pa3pellaBaHe 3a ynortpeba
Ha Nurzigma (pridopidine)

Prilenia Therapeutics B.V. oTTerns 3asaBneHneTo cu 3a paspelwaBaHe 3a ynotpeba Ha Nurzigma,
JlekapcTBo, NpegHa3Ha4YeHo 3a leyeHne Ha Bb3pacTHU € 6onectTa Ha XbHTUHITBH.

dupmaTa oTTerns 3asiBeHneTo cn Ha 7 HoemBpu 2025 .

KakBo npeacrasnsBa Nurzigma v 3a KakBO e npeaHa3HadeH aa ce
usnonssa?

Nurzigma e pa3paboTeH KaTo SlIeKapCTBO 3a JIeYEHME Ha Bb3PacTHU C 60onecTTa Ha XbHTUHITHH.
Bonectrta Ha XbHTUHITBH € HacneaCcTBEHO 3abonsBaHe, KOETO Ce BflolWaBa C TeYeHne Ha BPEMETO U
NpUUMHSABaA CMbPT HA MO3bYHU KNeTKN. ToBa BoAM A0 NpobaeMn C ABUXKEHNETO, KOTHUTUBHUTE
CNocobHOCTH (Bb3NpUsSTME, OCBEAOMEHOCT, MUC/IEHE U MPELIeHKa) U NCUXNUYHOTO 34paBe.

Mo BpeMe Ha oueHkaTa pupMaTa e npeanoxuna NnokasaHMeTo Aa Ce OrpaHUYM A0 Bb3PaCTHU C paHeH
CTaaui Ha 6onectTta Ha XbHTUHITBH, KOUTO HE Ca NeKyBaHW C aHTUAONAaMUHEPIrMYHM NekapcTea. Tesun
NekapcTBa 06MKHOBEHO Ce M3Mo03BaT NpuU NauneHTn ¢ 6onectta Ha XbHTUHITBH 3a JIeYeHne Ha Xopea
(6ypHM 1 HEBOMIHU ABWMXXEHUS) N NOBEAEHYECKM CMMNTOMU (Hanp. arpecus).

Nurzigma cbabpxa akTMBHOTO BellecTBo npuaonuanH (pridopidine) n e Tpabsano ga ce npeanara nog
¢opmaTa Ha TBbPAM Kamncyau.

Nurzigma e onpegeneH KaTo ,f1ekapcTBO cmpak” (1ekapcTBO, KOETO Ce M3Mnos3Ba Npu peaku 6onecrtu)
Ha 20 toHKn 2005 r. 3a neyeHune Ha 6onectta Ha XbHTUHITBH. JonbaHuTEeNHa MHPOpMauus 3a
onpeaensHeToO Ha NeKapCTBOTO CMpaK MOXeTe Aa HaMmepuTe Ha yebcalita Ha AreHuumsTa:
ema.europa.eu/medicines/human/orphan-designations/eu-3-05-288.

Kak pencrBa Nurzigma?

AKTMBHOTO BewecTBo B Nurzigma, npuaonmanH, akTuBmMpa NpoTenH, HapedeH curma-1 peuentop (S1R).
S1R ce HaMMpa B KJIETKUTE M y4yacTBa B KNETbYHM NPOLIECU, KOUTO AOMNPUHACAT 3a 34paBeTo U
ouesisiBAHETO Ha HEpPBHUTe KJeTkK. YUpe3 akTuBMpaHe Ha S1R ce ouyakBa nNpuaonuanH ga nogobpwm
KJIeTbYHUTE MPOLLEeCU, KOUTO y4YacTBaT B YBPEXAAHETO HA HEPBHUTE KNEeTKM U 6oecTTa Ha XbHTUHITBH.
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KakBo e npeacraBuna cpupmarta B noaKperna Ha CBOeTo 3asiB/ieHue?

dupMaTta e npeacTaBuia pes3ynTaTtm OT OCHOBHO Npoy4YBaHe, obxBallawo 499 Bb3pacTHM Ha 25 n
noBeYye roAnHM C paHeH ctagmMn Ha 6onectta Ha XbHTUHITBH. MNauMeHTMTe B NpOy4YBaHETO nosy4vasar
Nurzigma mnnu nnauebo (cnsano nedenme). OCHoBHaTa MsApKa 3a ePeKTMBHOCT € NpoMsiHaTa B OLleHKaTa
Ha obwuns dyHkunoHaneH kanauuteT (TFC) cnep 65 ceammum Ha nedvenune. OueHkaTta Ha TFC namepsa
KoNko aobpe nuue cbc 3abonsgBaHe, KOETO 3acsara HepBHaTa CUCTeEMa, MOXe [a MU3MNbJ/IHABA eXeAHEeBHMU
3a4auun u gertHoctu. dupmaTa e npeacTaBuia Cblo pe3ynTaTy OT aHanmsu B noarpyna ot 208
nauneHTn OT OCHOBHOTO NMpOyYBaHe, @ MMEHHO Bb3PacTHU C paHeH cTagmMi Ha 6onectta Ha XbHTUHITBH,
KOWTO He ca JleKyBaHW C aHTMAonaMmHeprnyHmn nekapcresa. OcseH ToBa hmMpmMaTta e npeacrasuna
pe3ynTatv OT 3 NoAKpenswn Npoy4YBaHns Npu Bb3pacTHU C bonectta Ha XbHTUHITBH.

Ha kakbB eTan oT oleHKaTa e 3asiBJIeHMeTo KbM MOMEHTa Ha oTTernsiHero?

MbpBOHaYanHaTa oueHka e npuka4dunia npes tonu 2025 r., korato EBponernckaTa areHuus no
flekapcTBaTa € npenopbyana 0TKas 3a u3gaBaHe Ha pa3pelleHue 3a Tbproeus. Cnej ToBa pupmata e
nouvckana npepasrfiexaaHe Ha npernopbkaTa Ha AreHuusTa, HO e oTTernunna 3asaBjeHneTo cu, Nnpeau To
Aa NPUKIIYK.

KakBu ca OCHOBHMTE NPUYMHMU 3a OTKa3a 3a u3gaBaHe Ha pa3pelLueHue 3a
ynortpeba?

KbM MOMEHTa Ha MbpBOHayanHaTa oueHKa AreHumMaTa cuMTa, Ye OCHOBHOTO MpoyyBaHe u
noAKpensawmTe Npoy4YBaHns He NPeaoCTaBAT AoKa3aTencTea, Yye Nurzigma e edpekTMBEH Npu NauneHTu
C paHeH cTaauii Ha 6osiecTTa Ha XbHTUHITBLH. AreHumsTa oT6ensasa, Ye BannaHoCTTa U YMECTHOCTTa Ha
pesynTaTuTe OT aHanu3uTe B noArpynaTa Ha naumMeHTuTe (Bb3pacTHU C paHeH cTaaunii Ha 6ofiecTTa Ha
XBHTUHITBH, KOMTO He ca JIeKyBaHW C aHTMAOMNAMUHEPTUYHM JIEKAapCTBa) OT OCHOBHOTO MpPOyYBaHe He
ca JloKasaHu.

Mopaan ToBa AreHuusTa e cyena, ye edektTmBHocTTa Ha Nurzigma He e gokasaHa. Bbnpeku ye
durpmMaTa e nogana 3asBNeHME 3a pa3pelleHne 3a ynotpeba noj ycnoBue, IEKApPCTBOTO HE OTroBaps Ha
KpUTEpUUTE 3a n3gaBaHe Ha TO3M BMjA paspelleHune. B pesyntart Ha ToBa AreHuusTa npenopbyBa 4a
6bae oTkasaHo pa3pelleHume 3a ynotpeba nog ycnosue.

KakBu npuumnHM nocouBa (pupMaTta 3a oTTersisHe Ha 3asiBieHuerTo?

B nucMoTo, ¢ koeTo dhmpMaTa yBeAoMsiBa AreHumsTa 3a OTTErISHETO Ha 3asiBJIEHNETO, Ce NMOCOYBa, Ye
OTTErNsHeTo Ce 0OCHOBaBa Ha HeObXoAMMOCTTa OT CbbMpaHe Ha AOMbAHUTENHW KIIMHUYHU AAaHHK, 3a Aa
Ce OTroBopu Hanb/IHO Ha BbMNPOCUTE, NOBAUTHATU OT KomuteTa no NeKapcTtBeHUTE NPOAYKTU 3a
XyMaHHa ynotpeba (CHMP) Ha AreHuwnsaTa.

KakBu ca nocneacreBmMsiTa OT OTTEr/ZISHETO 3a NnauymeHTuTe, ydyactBaillim B
KJIMHUYHMN U3NNTBaAHUA WM nporpamm € MMJI10CbpAHAa uen?

dupmMaTta e ysegomuna AreHuusaTa, ye HaMa NocneacTBus 3a NaunMeHTUTe, BKIIIOYEHN B KJIMHUYHU
M3nNnMTBaHMA UM B NporpamMmm ¢ MMaoCbpaHa uen c Nurzigma.

AKO y4yacTBaTe B KJIMHWUYHO U3NUTBaHE UM B NporpamMa C MUIOCbpAHa LUen U ce HyXJaeTe OT noBeye
VIHd)OpMaU,VIﬂ 3a BallETOo s1e4YeHne, ropopeTe C Bawnd nekap, npoeexaall KIMHUYHOTO U3NUTBAHE.
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