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Bbnpocu n otrosBopu

OTKa3 3a u3gasaHe Ha pa3spelleHune 3a ynoTtpeba Ha
Heparesc (YoBeLWKN XETEPONOXKHU YepHOAPOOHUN KIETKMN)
Pe3ynTaT OT npepasrnexaaHeTo

Ha 25 toHu 2015 r. KoMuTeTbT MO NnekapCTBEHUTE NPOAYKTU 3a XyMaHHa ynoTtpeba (CHMP) npue
oTpuUaTesHO CTaHOBULLE, MPenopbYBaLLO 0TKa3 3a U3JaBaHe Ha paspelleHue 3a ynoTpeba Ha
NlekapCcTBeHMS NMPOAYKT Heparesc, npeAHa3HayeH 3a IeYeHMe Ha HapyLeHUsa Ha UMKb/a Ha ypesTa.
dupmMaTa, KOATO e nojana 3asBfieHne 3a pa3pellaBaHe, e Cytonet GmbH & Ci KG.

3aaBUTENAT € NOUCKan npepasrnexjaHe Ha ctaHoBuweTo. Cnea pasrnexjaHe Ha OCHOBaHUATa 3a
nckaHeto, CHMP npepasrnega nbpBOHa4yasHOTO CM CTAaHOBULLE M MOTBBLPAM OTKasa Ha pa3spelleHune 3a
ynoTtpeba Ha 22 oktomBpu 2015 .

KakBo npeacrasnsBa Heparesc?

Heparesc e nekapCcTBO, KOETO CbAbPXKa XMBW YepHOAPOOHM KIeTKM OT 34paB AOHOP, KOUTO ca
06paboTeHun n cnea ToBa 3aMpaseHM 3a AbJIFTOCPOYHO CbXpaHeHue. JlekapcTBoTo e TpsibBano aa ce
npunara ypes 6aBHO MHXEKTUpaHe npes3 Tpbba, NocTaBeHa XMpypruyeckn B nopranHaTa BeHa (BeHa,
BOZeLla AMPEKTHO KbM YepHusa Apob Ha naumeHTa).

Heparesc e pa3paboTeH KaTo NIeKapCTBEH MPOAYKT 3a MOoAepHa Tepanusi, HapeyeH ,NPoAYyKT 3a Tepanus
CbC COMaTUYHU KNeTkn". To3n BUA NeKapCTBO CbAbpXa KJETKU UM TbKaHM, KOUTO ca 06paboTeHn, Taka
ye Ja ce M3MOJ3BaT 3a /leYeHne, AMarHocTnka unu npodunakTMka Ha 3abonseBaHe.

3a KaKBO ce oyakBa Aa ce um3non3sa Heparesc?

Heparesc e TpsibBano Aa ce M3nonsBa 3a SiIeYeHne Ha Aeua OT paXkaaHeTo A0 3-roanlliHa Bb3pacT CbC
cneumdmrYHM HapyLeHns Ha UMKbia Ha ypesTa. ToBa ca peAKu BpOAEHU CbCTOSHMSA, NPU KOUTO
yepHUAT Apo6 He Npou3Bexaa onpeaesieHn eH3MMK, yYacTBallM B U3XBbPJISHETO Ha @30T OT OpraHM3Ma
ypes BeLLeCcTBO, HapeyeHo ypes. B pe3ynTtaT Ha TOBa B KpbBTa Ce HATPynBaT TOKCUYHU OTNAAHM
npoayKTn nog popMaTta Ha aMOHSAK, KOETO MOXe [a A0Befe A0 MO3bYHU yYBpexXaaHusl, r-pyose
(npunagbumM), KOMa U CMbPT.
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CneunduyHUTe HapyLWeHNs Ha LMKba Ha ypesTa, 3a kouto e 6un npegHasHayveH Heparesc, ce
HapuyaT aeduumT Ha kapbamoundocdart cmHTeTasa 1, AedUUMT Ha OPHUTUH TpaHckapbammnasa,
AedVUnNT Ha aprMHUHCYKUMHAT CMHTeTasa (UMTpynuHemMms tun 1), agedpuumTt Ha aprMHMHOCYKUMHAT
nuasa (aprmHMHCYKUMHMHOBA aumaypus) n aeduuuT Ha aprmHasa (xmnepaprmHmHemus). Heparesc e
6un npegHasHa4vyeH 3a BPEMEHHO fliedeHne Ha Te3n 6onectu npu geua, 4OKATO NopacHaT AOCTaTb4yHO, 3a
Aa uM 6bae HanpaBeHa YepHoapobHa TpaHCnIaHTaUmMs, KOSTO Aa MM U3/eKyBa.

Heparesc e onpepeneH kaTo ,/1eKapCcTBO cupak" (NeKkapcTso, U3Mo0A3BaHO Npu peakn 6onectun) Ha 14
centemBpu 2007 r. 3a AedMUNT Ha OPHUTUH TpaHckapbamunasa n Ha 17 gekemspu 2010 r. 3a gpyrute
ropensbpoeHun 6onectun. PestoMe Ha cTaHoBMLWETO Ha KoMuTeTa No nekapcTeaTta cupaum 3a Heparesc
MOXe Aa ce HaMmepwu Ha yebcawnTa Ha AreHuuaTa: ema.europa.eu/Find medicine/Human medicines/Rare

disease designation.

Kak ce ouakBa ga geicrBa Heparesc?

Heparesc cbabpka YepHOAPOOHM KNEeTKM OT AOHOP, KOMTO MOraT Aa Npomu3BexaaT eH3uMa, IunceaLy
npu NaumMeHTUTE C HapyLEeHMS Ha UMKba Ha ypesiTa. [peanonara ce, 4e KOraTo JIEKapCTBOTO Ce
MHXeKTUpa B NopTanHaTa BeHa, BoAella KbM YepHus 4pob, HIKOM OT CbCTaBsWMNTE O YepHOoAPO6HM
K/TIETKM e Ce YCTAHOBST B YepHMsl Apo6 Ha peuMnueHTa 1 Le 3anoyHaT Aa Npou3BexXaaT SiMncBalLms
yepHOAPO6EH eH3UM, KaTo MO TO3M HaYMH e NOMOrHaT 3a noAobpsiBaHe Ha CUMNTOMUTE Ha
3abonasaHeTo.

KakBo e npeacraBuna ¢oupMaTta B nogKpena Ha CBOEeTO 3asaBJieHue?

Mpeaun npoBexaaHe Ha Npoy4YBaHWs Npu xopa edekTuTe Ha Heparesc ca uscneaBaHu Bbpxy
eKcrnepuMeHTaNHN Moaenu.

dupMaTa e npeacTasuna pesyntaTuTe OT ABE OCHOBHM Npoy4YBaHus npu ob6wo 20 geua C HapyLlleHus Ha
UMKbBIa Ha ypesTa, Npu KouTo edekTuTe Ha Heparesc ca cpaBHEHM C PETPOCMNEKTUBHU pe3yTaTu npwu
[eua, KOUTo He ca nekyBaHu ¢ Heparesc. OCHOBHWUTE MepKku 3a e(heKTUBHOCT ca NpoMsiHaTa B HMBATa Ha
npovsseaeHaTa ypes, MapkupaHa ¢ °C (TecT, npefHasHadyeH Aa nokaxe cnocobHocTTa 3a
NMpOM3BOACTBO Ha ypes), cfies JIEYUEHUETO B CPaBHEHUE C HMBATA Npean JIeYeHUeTo, KakTo U 6posT,
NPOAB/HKUTENTHOCTTA U TEXECTTA Ha ENU30AMTE Ha XMMEPaMOHEMUS MO BPEME Ha Npoy4YBaHUsTa.

KakBu ca ocHOBHUTe onaceHuss Ha CHMP, noBenu oo orkasa?

Tbl kaTo Heparesc e nekapCcTBeH NPOAYKT 3a MoAepHa Tepanus, Tol e oueHeH oT KoMmuTeTa 3a
moaepHu Tepanun (CAT). KaTo B3e npeasua oueHkute, HanpaseHn ot CAT, CHMP 3akntoumn, ye
Heparesc He Moxe aa 6bae oaobpeH 3a neveHne Ha Aeua CbC HapyLleHMsa Ha UMKb/a Ha ypesTa.

CHMP n3kasa onaceHuss OTHOCHO Agu3aiHa 1 NMpoBEXAAaHETO Ha Npoy4yBaHUATa, KOUTO NOCTaBAT NoAa
CbMHEHME NONTYYEHUTE PE3YNITATU N Bb3MOXHOCTTA TE€ Aa Ca HAaCTbnuiun CJ'IyLIal‘/'IHO. B gonbnHeHwue,
CHMP un3kasa onaceHns OTHOCHO KJIMHMYHaTa 3HAa4YMMOCT Ha pe3ynTaTtuTe OoT nacnegBaHundaTa, KOUTo
M3MepPBAT Bb3MOXHOCTTaA 3a NPpON3BOACTBO Ha yped.

Mo Te3n NpuumHu KoMUTETLT CMATA, Ye MoJI3MTE OT JIEYEHNETO He ca A0CTaTbyHo fobpe
[leMOHCTpUupaHu. Mopaan ToBa KbM MOMEHTa Ha MbpPBOHAYassHaTa oLeHKa cTaHoBuLeTo Ha CHMP e, ye
nonsute oT Heparesc He HaABWILABAT PUCKOBETE, U Mpenopbya Aa 6ble 0TKa3aHo U3aaBaHe Ha
paspellueHue 3a yrnotpeba.

Mo BpeMe Ha npepa3srnexgaHeto CAT n CHMP npernegaxa oTHOBO AaHHUTe OT dhmpMaTta 1 ce
KOHCY/ITUpaxa C eKCriepTy B JIeHEHUETO Ha HapyLleHUs Ha UMKbNa Ha ypesTa. W aoBaTa koMuTeTa
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noTBbpAMXa CTaHOBULLETO, Ye epeKTUBHOCTTa Ha Heparesc 3a neyeHne Ha Te3N HapyLLEHUS He €
AOCTaTbyHO Aob6pe AeMOoHCTpUpaHa. Bbnpekun otbenassaHeTo Ha TPyAHOCTMUTE Npu pa3paboTBaHeTo Ha
N1leKapCcTBOTO, BK/IKOUYMTENHO TPYAHOCTUTE 3a HabvpaHe Ha nauMeHTV nopaan peaKkocTTa Ha
3abonsiBaHeTo, CHMP 3akntouyaBa, ye nonsmte oT Heparesc He npeBuLlIaBaT pUCKOBETE, U nMoaabpixa
npeaxoaHaTa Cu npenopbka 3a 0TKa3 OT M3gaBaHe Ha pa3pelleHune 3a ynotpeba Ha ToBa S1eKapcTBo.

KakBu ca nocseqcTBMsiTa OT OTKa3a 3a NaLUMEHTUTE, y4acTBallM B KJIMHUYHU
M3NUTBaHUA WX NPOrpaMm 3a MWIOCbpAHa ynoTpe6a?

d)MpMaTa yBeaomsBa CHMP, ye 0TKas3bT HAMa Aa UMa NoCeacTBUS 3a NauMeHTUTe, BKIKYEHN B
KIIMHUYHU N3NnTBaHUA UM B NporpamMn 3a MMaocbpaHa YI'IOTDEGa.
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