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OTTernsiHe Ha 3asiB/IeHMETO 3a pa3pellaBaHe 3a ynoTtpeba
Ha Dazluma (Tpopuny3os Xnapoxnopua MOHOXMUApaT)

Biohaven Bioscience Ireland Limited oTrernu 3assBneHneTo Cu 3a pa3pelwaBaHe 3a ynortpeba Ha
Dazluma 3a neuyeHune Ha cnuHouepebenapHa atakcms, reHotun 3 (SCA3), HacNeaCTBEHO MO3bYHO
HapyLleHne, KOeTO 3acsira KOOpAMHaLUMsTa U paBHOBECUETO.

®dupmMaTa OTTernn 3asaB/IeHMETO cn Ha 24 mapT 2025 .

KakBo npeacrasnsiBsa Dazluma u 3a kakBO e npeaHasHadeH Aa ce usnonssa?

Dazluma ce paspaboTBa KaTo /IeKapCcTBO, KOETO Aa Ce U3MNO0Js3Ba Npu Bb3pacTHM 3a fieyeHue Ha SCA3.
Mo BpeMe Ha oueHkaTa MpmaTa € KaHAMAATCTBana 3a paswupsBaHe Ha NOKa3aHMEeTo, Taka ve aa
BKJ/lOUBA BCMUYKM hOpMUM Ha cnuHouepebenapHa atakcus. MNpu cnnHouepebenapHa atakCua HEPBHUTE
KNIeTKM B Mankusi MO3bK (4acTTa OT MO3bKa, KOATO ynpaBnsiBa ABMXXEHUETO N paBHOBECUETO) ce
yBpexaaT n ymmpat. ToBa BoAM A0 NpOrpecnBHM npobnemm ¢ KoopamHaumsaTa, peyTta, XO4AeHETOo U
paBHOBECUETO.

Dazluma cbabp)xa akTMBHOTO BELLECTBO TPOPWUIY30/ xmuapoxnopua moHoxmapart (troriluzole
hydrochloride monohydrate) n e TpsséBano aa ce npeanara noa dopmaTa Ha Kancynu 3a npuveM npes
ycTaTa.

Dazluma e onpefeneH KaTo ,1ekapcTBo cupak" (SlekapcTBo, KOETO ce M3MoJs3Ba npu peaku 6oiectu) Ha
10 aexkemBpu 2021 r. 3a feyeHne Ha cnuHouepebenapHa aTakcus. JonbiHuTeNHa MHdopMaums 3a
fleKkapcTBaTa cMpaumn MoXeTe Aa HamepuTe Ha yebcaiTa Ha AreHumaTa:

Kak pencrBa Dazluma?

AKTUBHOTO BellecTBo B Dazluma, Tpopuny3son xuapoxnopua MOHOXMAPAT, € NPeKkypcop Ha puayson.
ToBa 03HayaBa, Ye B opraHmMaMa ce npeobpasyBa B akTMBHaTa cu hopMa pusyson.

BucoknTe HMBa Ha ryTaMaT, XMMUYHO BELLECTBO, KOETO MO3BOJIsIBA HAa HEPBHUTE KIETKM Aa
KOMYHUKMPAT C ApYrX KNETKW, YBENNYaBaT CTUMyaumsTa Ha peuentopute (MpoTeMHUTE) B Mankus
MO3bK. TOBa MOXe Aa YBESIMUYM HMBATa Ha KaluWi B HEPBHUTE KNETKU, KOETO MOXE Za AoBeAe A0
CMBbpTTa UM. CMsATa ce, Ye MexXaHU3MbT Ha AEeNCTBME Ha TPOPWUITY30/ NpW ClvHouepebenapHa aTakcus
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HaMmansBa HMBAaTa Ha rytamaT BbB BPb3KUTE MeXAYy HEPBHUTE K/1eTKU. TOBa MOXe Aa NPOMeHU
CBp'bXB'bBGy,D,VIMOC'I'I’a Ha HEPBHUTE KNETKU (KOFaTO HEPBHUTE KJIETKN CTaBaT NpeKaaeHo ‘-IYBCTBVITEJ'IHM)
B MaJiIKnsa MO3bK, KOETO NoOMara 3a KOHTpOJIMpaHeE Ha paBHOBECUETO N KooOpAMHaAUUATA.

KakBo e npeacrasuna compmarta B noakpena Ha CBOeTO 3asBJieHue?

®dunpmMaTa e npeacTaBuaa faHHM OT OCHOBHO Mpoy4yBaHe, obxBalalio 218 Bb3pacTHU C pas3nndHm Gopmu
Ha cnumHouepebenapHa atakcus, BknountenHo SCA3, B koeTto Dazluma e cpaBHeH ¢ nnauebo (cnsano
neyeHne). OCHoBHaTa MsipKa 3@ ePeKTUBHOCT € NpoMsaHaTa B CEPUO3HOCTTA Ha CMMNTOMUTE, U3MepeHa
C noMoLyta Ha PpyHKLMOHaNHaTa CKana 3a OLUeHKa U cTeneHyBaHe Ha aTakcusTa (f-SARA) cnep 48
ceaMnum Ha neverue. C f-SARA ce namepsa cnocobHOCTTa Ha JIMLETO Aa U3NMbJAHSABA 3a4ayvn, KOUTO
rnokasBaT KoMKo Aobpe MoXe Aa KOHTponMpa ABMXEHUSTa CUM M Aa NoaabpXKa paBHOBECUETO CU.
OueHkuTe Bapupat oT 0 4o 16, KaTo NO-BUCOKMUTE CTOMHOCTM NoKa3BaT MNo-TeXKa atakcus. No Bpeme Ha
oueHkaTa dupmMaTa npeacTaBs CbLO AAHHW OT MpakTukaTa Npu NaumeHTn CbC cnnHouepebenapHa
aTaKkcusl, CpaBHsIBaLLKM NporpecnpaHeTo Ha 3abonsiBaHeTo Npu NauneHTn, nekyeaHu ¢ Dazluma, c ToBa
npwv HeNeKyBaHu NauneHTw.

Ha kakbB eTan oT oL eHKaTa e 3asABJ/IEeHMeTO KbM MOMEHTa Ha OoTTersZiIsHeTo?

3asaBneHneTo e oTTerneHo ot dupmaTta, cnes kato EBponeinckata areHUMs Mo siekapcTBaTa € oueHuna
nHdopmauusiTa, NnpeactaBeHa oT pmpmaTa, M e M3roTBUIa BbNpocK 3a pupmata. Cnep kaTo AreHumsaTa
€ oueHwuna oTroBopuTe Ha hupMaTa Ha nocseaHaTa rpyna BbMpocu, BCe OLe OCTaBaT HAKOM
HepaspeweHn npobnemu.

KakBu ca npenopbkute Ha AreHUMsiTa KbM MOMEHTa Ha OoTTernsiHeTo?

Bb3 ocHOBa Ha nperneaa Ha AaHHUTE U OTroBOpUTEe Ha dupmaTta no BbLNPOCUMTE Ha AreHumusaTa, KbM
MOMEHTa Ha OTTerNnsHeTo AreHumnaTa nMma M3BeCcTHU 3abenexku n nspasssa NnpeaBapuTenHoOTO
ctaHoBulle, ye Dazluma He Moxe aa 6bae ogobpeH 3a fiedeHne Ha cnuHouepebenapHa aTakcus.

TbW KaTo pe3yaTaTuTe OT OCHOBHOTO MpOy4YBaHe He nokaseaT, Ye Dazluma e no-edekTuseH ot niauyebo
3a sledyeHne Ha cnmHouepebenapHa aTakcmsl, AreHumsaTa cuymTa, Ye OT Hero He MoraT Aa ce HanpassaT
3aknoveHns. dupmaTta cpaBHsaBa Cblo edeKTMBHOCTTA Ha Dazluma ¢ gaHHM OT NpakTuKaTa npwm
HenekyBaHW naumeHTU. Bbnpeku ToBa AreHumsTa cumTa, Ye pesynTaTuTe OT TOBa CpaBHEHME He ca
BaNMAHMW, Tbi KaTo Hepa3rnefaHn B aHanusa AoNbAHUTENHN (haKTOPU MOXe Aa ca NMOBAUANM Ha
pa3nukaTa B Nporpecusita Ha 3abonsiBaHeTO Mexay naumeHTuTe, nekyBaHu ¢ Dazluma, n HenekyBaHuTe
naumeHTn. Nopaamn ToBa KbM MOMEHTa Ha OTTEr/ISHETO CTaHOBULLETO Ha AreHuusaTa e, ye
edekTnBHocTTa Ha Dazluma 3a neuyeHune Ha cnuHouepebenapHa aTakcms He e goKasaHa.

dupmarta e nogana 3aseneHne Dazluma ga 6bAe onpeaeneH KaTto HOBO akTMBHO BELLECTBO Bb3 OCHOBA
Ha ToBa, Ye edumKacHOCTTa U 6e30nacHOCTTa Ha aKTMBHaTa My CbCTaBKa Ce pa3niMyaBaT 3HauYUTENHO OT
Te3n Ha leKapCTBO, KOETO Beye e pa3speleHo 3a ynotpeba B EBponelickns cbto3 (EC). AreHuunsaTa
cumuTa, Ye pupmMaTa He e nokasana, 4ye epukKacHoCTTa unmn 6e3onacHoOCTTa Ha TPOPUY30/1 XNAPOXI0pUa
MOHOXMApPAT Ce pasnMyaBa 3Ha4YMTENHO OT aKTUBHATa My (popMa, puUy30/1, KOSATO BEYe e paspelleHa 3a
ynoTtpeba kaTto nekapcrteo B EC. MNopaaun ToBa Bb3 OCHOBa Ha NpeAcTaBeHaTa A0 MOMeEHTa MH@OpMauns
AreHumMsiTa HE MOXa [ia 3aKJ/1loun, Ye TPOpUsy30/ XMAPOXI0pua MOHOXMAPAT € HOBO aKTUBHO BELLECTBO.
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KakBu npuumnHM nocouBa pupmMarta 3a OoTTersisHe Ha 3aABJIEHUETOo?

B nnucmoTo, ¢ KoeTo CbVIpMaTa yBeaoMsaBa AreHumsTa 3a OTTEr/IGHETO Ha 3asB/IEHMETO, Ce NoCoYBa, ve
qJVIpMaTa Bb3HaMepsaBa Aa NoAroTeu AONBIHUTENHWN AaHHU 3a NPU3HaBaHE Ha HOBO aKTWUBHO BELLECTBO
3a Tpopunyson xumapoxnopuna MoHoxmapaTt M Bb3HaMepsaBa Aa nNoAdae HOBO 3adBJ/iIEHUE, Cie KaTo Te3n
AdHHW CTAHAT HaIU4YHN.

KakBu ca nocneacremsATa OT OTTErZISHETO 3a NauveHTUTe, yyacrtBalum B
KJIMHUYHU M3NnTBaHnUAa Uan nporpamm ¢ MUIoCbpaHa uen?

®upmMaTta e ysegommna AreHuuaTa, ye HaMa NocneacTBmA 3a NaunmeHTUTe, BKIKOYEHU MOHACTOSLWEM B
KNMHWYHKU n3nuteaHmsa ¢ Dazluma. d)MpMaTa 3ano4yBa nporpamMn ¢ MmnocobpaHa uen.

AKO yyacTBaTe B K/IIMHUYHO U3MUTBAHE N Ce HYXAaeTe OT rnoseye MHd)OpMaLI,VIFI 3a BalleTo nedveHune,
FOBOPETE C BalWlhg niekap, nposexaalw, KJIMHUYHOTO U3NUTBaAHE.
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