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Pe3tome Ha EPAR 3a o6wecTBeHO nosi3BaHe

Holoclar
ex Vivo eKCNnaH3ng Ha aBTOJ/I0XHU YOBEeLIKU pOFOBVI‘-IHVI €rnUTENTHN KNETKHU,
Cb,ﬂbp)I(aLLl,M CTBOJ10BU KJIETKMWN.

HacToswmaTt AOKYMeEHT npeacrasiisiBa pe3toMe Ha EBponenckusa nybnmueH oueHbuyeH goknaa (EPAR) 3a
Holoclar. B Hero ce pa3sscHsaBa Kak AreHuusaTa € oueHuna 1ekapcTBOTO, 3a Aa Npenopbya paspellaBaHe
3a ynotpeba B EC n ycnosusaTta Ha ynotpeba. JoKyMeHTbT He e npeAHa3HayeH Aa npeaocrass
npakTU4yeckn CbBETU OTHOCHO ynoTpebaTa Ha Holoclar.

3a npakTuyecka MHbopMauusa oTHOCHO ynoTpe6baTta Ha Holoclar nauneHTuTe cneaea aa npoyerar
NUCTOBKaTa UaW Aa nonuTaTt CBosA siekap unu cdapMalesT.

KakBo npeacraBnasa Holoclar n 3a kakBo ce nsnonssa?

Holoclar npeactaBnsiBa neyeHne CbC CTBOMIOBM KNETKM, M3MON3BALLO Ce B OKOTO, 3@ NOAMSIHA Ha
yBpeAeHW KNeTKU Ha NOoBbPXHOCTTa (enuTena) Ha poroBuuaTta, Npo3payHuUsT C/loi B NpeAHaTa YacT Ha
OKOTO, NOKpMBaLY Mpuca (LBeTHaTa yacT).

M3nonsea ce Npu Bb3pacTHU NaLMEHTUN C YMEPEH [10 TEXbK AePUUNT Ha NUMEBANHN CTBONOBU KNETKH,
MPUUYMHEH OT U3rapsiH1s, BKIIIOUMTENHO XMMUYECKM M3rapsaHus, Ha ounTe. MNaumeHTuTe C ToBa
3a6015BaHe HAMAT A0CTaTbyHO MMBaNHU CTBOIOBU KNETKM, KOUTO OBMKHOBEHO [eCTBaT KaTo
pereHepupallla cMcTeMa, Bb3CTaHOBSABALLA BbHLIHUTE KIAETKM Ha POroBuLIaTa, Korato Te ce yBpeasT u
ocTtapesr.

Holoclar e nekapcTBeH NpoAyKT 3a MoAepHa Tepanus, HapeyeH ,MpoayKT, NOy4YeH Yype3 TbKaHHO
MHXeHepcTBo". CbCTOM Cce OT KNETKM, B3eTh oT NmMba (Ha pbba Ha poroBuuaTa) Ha NauueHTa, KOUTO
cnen ToBa pacTaT B slabopaTopus, Taka Ye Aa MoraT Aa ce M3MoJ13BaT 3a Bb3CTaHOBSIBaHE Ha
yBpeaeHaTa NOBbPXHOCT Ha porosuuara.
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Tbl kKaTo 6pOAT Ha NauMeHTUTe C AedunumnT Ha NMMbanHM CTBOIOBU KETKM NOpaan U3rapsiHMs Ha ouuTe
e Manbk, bonectra ce cumTa 3a ,paaka“ n Holoclar e onpeaeneH kaTo ,1ekapcTBo cnpak" (n1ekapcTso,
M3MNon3BaHo Npu peakm 6onectn) Ha 07 Hoemspu 2008 r.

Kak ce nanon3ssa Holoclar?

Holoclar Tpsi6Ba fa ce M3nonsBa camo OT NoAXoAALWo 06yyeH U KBaauduUuMpaH o4YeH xupypr B 60HMLa
1 TpsibBa fa ce npuiara camo Ha naumeHTa, YNUTO TMMBANHU KNEeTKN ca U3MNon3BaHu 3a
NPOV3BOACTBOTO Ha JIEKAPCTBOTO.

B nbpBMS eTan Ha neyeHMe OT NaumMeHTa ce B3MMa MaJsika 4acT 3apaBa nmMbanHa TbkaH (c pasmep 1-2
mm?) B 60/IHMLATA M B CbLUMSA [ileH ce u3npalua Ha nponssoanTens. Cres ToBa pacTexbT Ha KNeTKUTe B
TbKaHTa ce oCblLLecTBABa B nabopatopusi U Te ce 3aMpa3aBaT A0 NOTBbpXAaBaHe Ha AaTaTa 3a
onepauusl. PaampaseHuTe KneTkn ce n3nonseaT 3a NpuroTesiHe Ha Holoclar ype3 pacTex Bbpxy
meMmbpaHa, M3roTBeHa OT NpoTenH, HapeyeH bunbpuH. Toraea Holoclar, cbcToSW Ce OT KNeTKUTe "
MeMbpaHaTa, ce n3npauwa B 60/HMLUATA, KbAETO He3abaBHO ce MMMaHTMPa Mo onepaTMBEH MbT B OKOTO
Ha NauueHTa.

Cnepn kaTo OT nauneHTUTe e B3eTa AumbanHa TbkaH, TpsibBa ga um ce npunoxart aHTMbuoTmMum 3a
npengoTepaTtsdaBaHE Ha O4YHa VIHd)eKLI,l/IFI. Cnep onepauusTa naumeHTbT Tpﬂ6Ba Aa npunema aHTU6MOTULN 1N
noaxoaswo nNpoTnBOBBL3NAIUTENHO IEKAPCTBO.

Holoclar e npeaHa3sHayveH 3a e4HOKPATHO JleYeHue, BbIPEKN Ye To MoxXe Aa 6bae NMoBTOPeHO, ako
NleKkapsT CMeTHe ToBa 3a HeobxoAMMo. 3a noBeye MHdOPMaLUA BUXTE KpaTKaTa XapaKTepUCTMKa Ha
npoAykTa (Cblo YacT oT EPAR).

Kak pencrBa Holoclar?

AKTMBHOTO BelecTBO B Holoclar ca co6cTBeEHUTE NMMMBaNHN KNETKM Ha NauMeHTa, KOUTO BKJIIOYBaAT
KJIETKM OT MOBBbPXHOCTTA Ha poroBuLaTa U NMMBanHM KNeTKMU, YANTO pacTeX € OCbLIECTBEH B
nabopartopus. MNMpeaun aa ce nanonsea Holoclar, ce npemaxBa yBpeAeHaTa TbKaH Ha MOBbPXHOCTTA Ha
porosuuaTta. Cnes KaTo ce MMMIaHTUPaT B OKOTO, POroBMYHUTE keTkn oT Holoclar nomaraT aa ce
NoAMEHM NOBbLPXHOCTTa Ha poroBuLaTa, A0KaTo NMMBaANHUTE CTBOMOBU KJIETKU CNYXAaT KaTo M3TOYHUK
Ha HOBW KJIETKM, KOUTO HEMPEKbCHATO Bb3CTaHOBSBAT poroeBmuaTa.

Kakeu nonsu ot Holoclar ca yctaHoBeHM B npoyyBaHuaATa?

B peTpocnekTMBHO NpoyyBaHe, N3Mnoa3Balwo MeANLUMHCKN AaHHW Ha NauueHTn OT MMHAaNoTo, €
rnokasaHo, 4ye Holoclar e edekTnBeH 3a Bb3CTaHOBsIBaHE Ha cTabuiiHa NMOBBbPXHOCT Ha poroBuuarta npwm
MauneHTn C YMEPEH UK TexbK AedUuUNT Ha TMMBaNIHM CTBOJTIOBU KJIE€TKM, MPUUYNHEH OT U3rapsHUS.
EaHa rognHa cneg MnnaHTupaHe e oueHeHo, Yye npu 75 ot 104 nauneHTn, BKIOYEHU B NMPOYyYBaAHETO
(72%), nmnnaHTaumuTe ca ycnewHu, Bb3 OCHOBA Ha Haanyume Ha ctabuaHa NOBbPXHOCT Ha porosuuaTta
6e3 gedekTn Ha NOBLPXHOCTTA U C MAJSIKO UM HUKAKBM BpaCHaIM KPbBOHOCHM CbAoBe (4YecT Npu3Hak
Ha geduumt Ha nuMbanHu cTBoM0BU KNeTkn). CbhLlo Taka CMMNTOMUTE Ha NauneHTuTe, KaTto 6onka u
Bb3MnaseHne, HaMmanseBaT U UMa NofobpeHns Mo OTHOLLEHWE Ha 3peHMeTo.

KakBu ca puckoseTte, cBbp3aHu ¢ Holoclar?

Han-uectaTa HexxenaHa nekapcrtBeHa peakums npu Holoclar (HabniogaBaHa npu noseye ot 1 Ha
10 naumeHTn) e 6nedapuT (Bb3nNaneHMe Ha Kienadya Ha OKOTO). 3a MbJIHMS CNUCHK Ha BCUYKN
HeXeNnaHW NeKapCTBEHM peakuMn 1 OrpaHUYeHNs BUXTE NMCTOBKaTa.
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3awo Holoclar e paspeweH 3a ynorpeba?

KoMUTeTbT Mo nekapCcTBEHUTE MPOAYKTU 3a XyMaHHa ynoTpeba (CHMP) Ha AreHumsiTa 3aK/ioumn, ye
neyeHneTo ¢ Holoclar e edbekTMBHO 3@ Bb3CTaHOBsIBaHe Ha 34paBeTo Ha MOBbLPXHOCTTA Ha poroeuuaTa
npyv NaAUMEHTU C YMEPEH UM TeXbK AeduuMT Ha NMMbanHn CTBONOBU KNETKU, MPUYNHEH OT U3rapsaHus,
KaKTo 1 3a nogobpsiBaHe Ha cMMOTOMUTE U 3peHneTo. KoMuTeTsT 0Tbenssa, e yMepeHuTe 40 TEXKU
dopMu Ha aedunumT Ha NMMb6anHM CTBOIOBU KNIETKM Ca CEPUO3HKM 3abonsiBaHUSA, KOUTO, ako He ce
NleKyBaT, MoraT Aa AoBeaaT A0 TEXKO yBpexaaHe Uan NbiiHa 3aryba Ha 3peHneTo. Tbi KaTo
HeXenaHuTe neKkapcTBeHN peakumm OT neyeHmeTo ¢ Holoclar mo npuMHUMn MoraT Aa ce KOHTpoaupar,
CHMP 3akntoum, ye nonsmte ot Holoclar ca no-ronemun oT puckoBeTe M NpenopbyBa Aa 6bae paspelleH
3a ynoTtpeba B EC.

3aK/1l0YEHNETO 3@ CbOTHOLWLEHMETO non3a/puck Ha Holoclar ce 6a3npa Ha pe3ynTtaTtu OT ABe
pPEeTPOCNEKTUBHM NpOy4YBaHNs (M3NON3BaLLM MEAULMHCKM AAHHWM OT MMHANoTo) u dupmMaTa e
npeaocTaBn AOMBb/AHUTENHN AaHHU OT NPOCNEKTMBHO npoy4dBaHe (KOETO AOKYMEHTMpa pe3ynTtaTute B
X04a Ha Mpoy4BaHETO).

ETo 3awo Holoclar e pa3peleH 3a ynotpeba no T.Hap. cxema ,pa3pellaBaHe nog ycnosue". ToBa
03HayaBa, 4Ye Ce o4YakKBaT AOMbJIHUTENHM AaHHW 3a J1IeKapCTBOTO, KOMTO dMpMaTa ce 3aab/kaBa Aa
npenocrtasu. Bcsaka roamHa EBpOHeVICKaTa areHuuma no nekapcreata We M3BbpLllBa npernen Ha HoBaTta
MHGOpMaUns U HaCTOSILWOTO Pe3oMe CbOTBETHO LEe Ce aKTyanusupa.

KakBa nHopmaumna ce ouaksa 3a Holoclar?

Tbit kaTo Holoclar e paspelleH no T.Hap. cxema ,pa3peluasaHe noj ycnosue®, dupmaTta, KosITo
npeanara Holoclar, we npeaoctaBu AOMBAHUTENHN AaHHW OTHOCHO Holoclar. TS we npenocTtaBu AaHHU
OTHOCHO nonsnTe u puckoseTe oT Holoclar oT NpoCNeKTUBHO KIMHUYHO MPOyYBaHe.

KakBu Mepku ce npeanpuvemMar, 3a Aa ce rapaHTupa 6esonacHaTa u
ecdekTBHa ynoTtpeba Ha Holoclar?

Pa3paboTeH e niaH 3a yrnpasJfieHVWe Ha pucKa, 3a [a ce rapaHTupa, ye Holoclar ce M3nonssa Bb3MOXHO
Hall-6e3onacHo. Bb3 ocHOBa Ha TO3M MiaH MHbopMaumaTa 3a 6e30MNacHOCTTa € BK/loUeHa B KpaTKaTa
XapakKTepucTuka Ha NpoAyKTa U B IMCTOBKaTa 3a Holoclar, BKIIOUMTENHO MOAXOAALM MPeanasHu MepKu
3a 3paBHUTE CMeuMannucT 1 naumeHTuTe,

B aonbnHeHue dpupmaTa, KoaTo npomssexaa Holoclar, Wwe npeaoctaBy Ha 34paBHUTE CNeLMAnnCTym
obpasoBaTeneH MaTepuan 3a 6esonacHaTta ynotpeba Ha ToBa fieuyeHne, BKIUUTENHO 3a n3bopa v 3a
npocneasiBaHeTo Ha NauneHTUTe, 1 3a cbobllaBaHe Ha HeXeNnaHu NekapcTBEHW peakuuun. Ha
nauueHTUTe, NOAOXEHM Ha NleYeHmne, Cbllo e 6bae ocurypeH o6pa3oBaTtefnieH Matepuarn.

JonbnHutenHa VIHCbOpMaLI,VIﬂ MOXe AJa Ce HaMepu B PE3IOMETO Ha MJiaHa 3a ynpaBJZiIeHME Ha pUCKa.

AonbnHutenHa nHdpopmauyma 3a Holoclar

Ha 17 deBpyapu 2015 r. EBponenckaTa KOMUCKS M3[aBa pa3pelweHne 3a ynotpeba Ha Holoclar,
BasnaHo B EBponelickns cblos.

MbnHUAT TekcT Ha EPAR n pesioMe Ha nnaHa 3a ynpasneHue Ha pucka 3a Holoclar Moxe aa ce Hamepu
Ha yebcalita Ha AreHuusTa: ema.europa.eu/Find medicine/Human medicines/European public
assessment reports. 3a noseye MHPpOpPMaLMsa OTHOCHO NevyeHneTo ¢ Holoclar npoyeTeTe nucroskaTa
(cbwo vact ot EPAR) unun nonutanTe Bawusa nekap nnm dapMauesT.
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http://www.ema.europa.eu/docs/en_GB/document_library/EPAR_-_Risk-management-plan_summary/human/002450/WC500179032.pdf
http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/002450/human_med_001844.jsp
http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/002450/human_med_001844.jsp

PestloMe Ha cTaHoBMLWEeTO Ha KoMuTeTa nNo nekapcreata cupaum 3a Holoclar moxe pa ce Hamepu Ha
yebcanTta Ha AreHumsaTa: ema.europa.eu/Find medicine/Human medicines/Rare disease designation.

[aTa Ha nocnegHo aKTyanusmMpaHe Ha TekcTta 02-2015.
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2014/11/human_orphan_001432.jsp&mid=WC0b01ac058001d12b
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