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OTTernsiHe Ha 3asB/IEHMETO 3a pa3pelwlaBaHe 3a ynoTtpeba
Ha Upkanz (deferiprone)

Apotex B.V. oTTernm 3asBneHNETO Cu 3a pa3pellaBaHe 3a ynotpeba Ha Upkanz 3a neyeHue Ha
MaHTOTEHaT KMHa3a-acouumpaHa HeBpoaereHepaums.

OdupmaTa oTTernm 3assneHmeTto cv Ha 10 asryct 2020 r.

KakBo npeacrasnssa Upkanz u 3a KakBO ce o4yakBa fia ce usnosnssa?

Upkanz e pa3paboTeH kaTo NekapCcTBO 3a JleYeHWe Ha NaHTOTEHAT KMHa3a-acoummnpaHa
HeBpoaereHepauuns (PKAN), psako HacneacTtBeHo 3abonsiBaHe, KOETO NMPUYMHSBA HapacTBallo
yBpexaaHe Ha MO3bKa M MOXe Aa AoBeAe A0 CbCTOSAHMS KaTo ANCTOHUSA (HEKOHTPONIMPAHO ABMXXEHME Ha
MYCKYNuTE), NapKMHCOHM3BM U AeMeHuns. MbpBMTe NpusHaum Ha 3abonsiBaHETO ce pa3BuBaT B
0eTCTBOTO.

Upkanz cbabpixa akTMBHOTO BewecTtBo deferiprone (aedepunpoH) un Tpsbsalle ga ce npeanara noa
¢opMaTa Ha TeYHOCT 3a nepoparseH npuem.

Upkanz e onpegeneH kaTto ,1ekapCcTBO cupak”" (1ekapcTBO, KOETO ce M3non3ea npu peakn 6onectn) Ha
27 toHKM 2018 r. 3a neyeHMe Ha HeBpoAereHepaums C HaTpynBaHE Ha Xens30 B Mo3bka. [JlonbaHuTeNnHa
MHdOopMauus 3a onpeaensiHeTo Ha IeKapCTBOTO CMPaK MOXeTe Aa HaMepuTe Ha yebcalTa Ha
AreHumaTa:_ema.europa.eu/medicines/human/orphan-designations/eu3182034.

Kak pencrBa Upkanz?

Mpu naumeHTn c PKAN ce HabnofaBa HaTpyrnBaHe Ha Xesnfa30 B YacTW Ha MO3bKa, BK/IIOYUTENHO B TE3M,
KOMTO y4acTBaT B KOHTPO/SIa Ha ABMXEHUSATA. M3NMLIHOTO KOMMYECTBO XeNa30 BoAN A0 YBpexAaHe.
HedepunpoH, akTBHaTa cbCTaBka B Upkanz, e xenatop Ha Xens30To, KOeTo 03HayaBa, yYe ce CBbp3Ba
C XXeNA30TO B opraHn3aMa. ToBa MNpeyn Ha Xenda30To Aa NpeAn3BMKBa YBpexXaaHe U No3BoJisiBa To Aa
6be U3XBbPJIEHO OT OpraHM3Ma, OCHOBHO Ypes ypuHaTa. OuyakBalle ce aedepunpoH Aa HaBfese B
MO3bKa M Aa MOMOrHe 3a NpeAoTBpaTsABaHe Ha HaTPYNBAHETO Ha XEeJA30 B MO3bUHUTE KJIETKM U MO TO3U
HauUMH Aa HaManau MO3bYHUTE yBpeXaaHus.
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KakBo e npeacrasuna compmarta B noakpena Ha CBOeTO 3asBJieHue?

dupmaTa e npeacTaBuaa pesyaTtaTn OT OCHOBHO nMpoy4yBaHe, o6xBawawo 89 nauneHTn Ha Bb3pacT Haj
4 roanHun ¢ PKAN. lNMpoy4yBaHETO CpaBHsABa NMPOMEHUTE B TeXecTTa Ha AUCTOHMUATA NpU NauMeHTUTe,
nony4yasawm Upkanz, ¢ naumeHTn, nonyyasawm niauebo (cnsno nedenme).

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

3asAB/IEHNETO € OTTErNIeHo, cnea kato EBponeiickarta areHuMs no fiekapcreara € oueHuna
MHdopMaumaTa, NpeacTaBeHa oT pupMaTa, M e U3roTBUIa BbNPocKu KbM pupMaTa. KbM MOMEHTa Ha
OTTErNsIHETO hMpMaTa BCE Olle He € OTroBopusa Ha nocneaHaTta rpyrna BbMpocu.

KakBu ca npenopbkute Ha AreHUMATa KbM MOMEHTa Ha OTTernssHeTro?

Bb3 ocHOBa Ha nperneaa Ha AaHHUTE U OTrOBOPUTE Ha dMpMaTa Nno BbNpocuTe Ha AreHumsTa, KbM
MOMEHTa Ha OTTer/ISHeTO AreHumMsTa MMa U3BECTHM OMaceHns U n3passiea NpeaBapuUTENIHOTO
ctaHoBuule, ye Upkanz He Moxe aa 6bae onobpeH 3a neyeHune Ha PKAN. Mo-KOHKpeTHO AreHumsaTa e
3arpuxeHa, Ye OCHOBHOTO NMpOyYBaHE He e NoKa3ano SICHO, Ye IeKapCTBOTO e edheKTUBHO.

Mopaau ToBa KbM MOMEHTa Ha OTTErIAHETO CTAHOBULLETO Ha AreHuusTa e, Ye Tbil kaTo eheKTUBHOCTTa
He e AokasaHa, nonsute oT Upkanz He npeBuLLaBaT pUCKOBETE.

KakBu npuuuHM nocouBa ¢pupmarta 3a oTTersisiHe Ha 3asiBJiIeHueTo?

B n1cMoTo, ¢ KoeTo dmpMaTa yBeaoMaBa AreHuusaTa 3a OTTEr/IAHETO Ha 3asB/IEHMETO, Ce MOoCoYBa, Ye
cnef NpexsBbpisiHE Ha N1eKapcTBOTO Ha Apyra dvpMa ce U3BbpLlUBa NMOBTOPHA OLEHKA Ha HEroBOTO
paspaboTBaHe M NyckaHe Ha nasapa.

KakBu ca nocneacrBmaTa OT OTTEr/ISHETO 3a NnauMeHTUTe, yyacTBallm B
KJIMHUYHU U3MNUTBaAHUA UM NporpamMuvm c MuwiaocbpaHa uen?

®upmMaTta e ysegommna AreHuusaTa, ye HaMa NocneacTBMA 3a NauMeHTUTE, BKIIIOYEHU B KJIMHUYHU
N3NnMTBaHUA N nporpamMmn ¢ MMaoCbpaHa uen c Upkanz.
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