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Pe3tome Ha EPAR 3a o6wecTtBeHO nosi3BaHe

XeHoageokcuxoneBsa kucenunHa Leadia nt?

XeHOAEeOoKCHnXosieBa KNCEJINMHA

HacToswmaT AOKYMEHT npeactaBnsiBa pe3stoMe Ha EBponenckunsa nybnuuyeH oueHbueH goknas (EPAR) 3a
XeHopeokcmxoneBa kmcennHa Leadiant. B Hero ce pa3sicHsiBa Kak AreHumsTa e oueHuna nekapcTeoTo,
3a Aa npenopbya pa3pelaBaHe 3a ynotpeba B EC n ycnosus Ha ynotpeba. JOKyMEHTbT He e
npegHasHadeH Aa NpefocTaBsi NpakTMYeckn CbBETU OTHOCHO ynoTpebaTa Ha XeHoaeoKcMxonesa
KucenuHa Leadiant.

3a npakTuyecka MHpopMaLmMsa 0THOCHO ynoTpebaTa Ha XeHoaeoKcuxoneBa kucenvHa Leadiant
naumveHTUTe cneasa Aa NpoyeTaTt IMCTOBKATa MM Aa NonutaT CcBOSA fekap unm dapMauesT.

KakBo npeacraBnsiBa XeHoaeoKkcuxosieBa kucesnuHa Leadiant u 3a kakBo ce
n3nonssa?

XeHopeokcuxoneBa knucennHa Leadiant e nekapcTBo, KOETO CbAbpXKa aKTUBHOTO BELLECTBO
XeHogeoKkcmxoneBa kncenuHa (chenodeoxycholic acid). Tsa npeactasnsiBa ,MbpBUYHA XJTbYHA
KMUCEeNMnHa", KOSITO € OCHOBEH KOMMOHEHT Ha >JTb4kaTa (TEYHOCT, Npom3BexaaHa OT YepHusa apob, KosaTo
rnoMara 3a YCBOSIBAHETO Ha MasHUHUTE).

XeHopeokcuxoneBa kucennHa Leadiant ce nsnonsea 3a neyeHne Ha Bb3pacTHU U Aela Ha Bb3pacT eauH
MeceL u noeeve € LepebpoTeHAMHO3Ha KCaHTOMaTo3a. Te3n naumMeHTu He MoraT Aa npoussexaaT
[0CTaTbUHO KOJIMYECTBO OT MbPBUYHATA XJTbUHA KMUCENIMHA XEHOAEOKCUMXO0/IeBa KMCeIMHa nopaaun
reHeTUYHW aHOManMn, KOETO BOAM A0 IMMCA Ha YepHOAPOOHUS eH3nM cTepon 27-xuapokcunasa. Mpu
nnnca Ha NbpPBUYHU XNTbYHU KUCENTMHU OPraHn3MbT NMpon3BeXaa BMECTO TAX aGHOpMHVI XNBYHU
KUCENWHU U APYrn BeLlecTBa, KOUTO Ce€ HAaTPynBaT B OpraHM3Ma 1 NMpUUYMHABAT YBpPEXAaHeE.

! C npeauiuHo HauMeHoBaHWe XeHOAEOKCUXONeBa KMCenHa sigma-tau.
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Tbl kaTo 6pOAT Ha NauMeHTUTE C ToBa 3abonsiBaHe e Manbk, 6onectra ce cumTa 3a ,psaaka’ u
XeHopeokcmxoneBa kncennHa Leadiant e onpeneneH kaTo ,1eKapcTBo cupak" (1ekapCcTBo, M3MNonA3BaHoO
npu peakun 6onectn) Ha 16 gekemepu 2014 r.

XeHopeokcuxoneBa knucenunHa Leadiant e ,xnbpuaHo nekapcteo”. ToBa 03Ha4yaBa, 4Ye e nNogobHo Ha
~pedepeHTHO flekapcTBo", KOeTO CbAbpXa CbLIOTO aKTUBHO BellecTBO. PedepeHTHOTO NekapcTBo 3a
XeHopeokcmxoneBa kncennHa Leadiant e Xenbilox. Xenbilox ce pa3nnyaBa oT XeHoaeoKkcMxonesa
KncenmHa Leadiant no ToBa, ye e paspelleH 3a gpyra ynoTpeba (3a pasTBapsiHe Ha X/TbYHU KaMbHU OT
xonecrepon).

Kak ce nanon3sa XeHogeokcuxosneBa kucenmHa Leadiant?

XeHopeokcuxoneBa kucenunHa Leadiant ce OTnyCKa no JieKapCKo npeanncaHne n ned4eHneTo TpF|6Ba Aa
ce 3ano4yHe un ga ce Habnwopaea oT neKap C onunT B JIEYEHUNETO Ha Ll.epe6p0TEH£l.VIHO3Ha KCaHTOMaTO3a
nnn apyrum 3abonaBaHus Ha Nnpon3BoACTBOTO Ha MbPBUYHU XNBYHU KUCEJTUHWN.

XeHopeokcmxoneBa kncennHa Leadiant ce npeanara noa dopmaTta Ha kancynm (250 mg), kouTo ce
npuemaTt Tpu NbTU Ha AeH NpUbAN3NUTENHO NO e4AHO U CbLo BpeMe BCeKM AeH. [lHeBHaTa Ao3a ce
onpefens u Kopurupa no BpeMe Ha IeYEHUETO 3a BCEKU MaLUMEHT B 3aBMCUMOCT OT Bb3pacTTa,
'-IepHO,EI,pO6HaTa CDYHKLLVIFI M HMBATa Ha XNbYHUTE KNCEJIMHUN B KPBbBTa U YPUHATa Ha NauMneHTa. 3a
MankKu aeuda v geua, KOMTo He MoraT Aa nornblaT KancysnTte, CbAbpPXaHUETO Ha Kancynte MOXe Aa ce
cMmecu ¢ 8,4 % pa3TBop Ha HaTpueB bukapboHaT 3a NosyyaBaHe Ha TEYHOCT.

3a noBeye MHd)OpMaU,VIFI BMXXTE NTNCTOBKATA.
Kak peicTBa XeHoaeokcuxoneBa kKucenmHa Leadiant?

XeHozeokcnxonesa kucenvHa Leadiant e eaHa 0T OCHOBHUTE MbPBUYHM XITbYHU KUCETUHU,
npousBexaaHu oT YepHust Apob. XeHoJeoKCnxXoneBaTa KMCcennHa, Cbabpialla ce B TOBa JIeKapCcTBo,
3aMecTBa SIMMcBalllaTa XeHOLEOKCUXOeBa KUCeNMHa y naumeHTa. ToBa noMara 3a HaMansiBaHe Ha
NMpOU3BOACTBOTO Ha abHOPMHM BellecTBa U CNocobCcTBa 3a HOpMasiHaTa AEMHOCT Ha XTb4ykaTa B
XpaHocMuIaTeNnHaTa CUCTEMA, KaTo MO TO3M HauyMH ce obnekyaBaT CUMNTOMUTE Ha 3abosisiBaHeTo.

KakBu nonsm ot XeHoaeokcuxonesa kucenmHa Leadiant ca ycraHoBeHu B
npoy4ysBaHuATa?

XeHopeokcuxonesa kucenuHa Leadiant e nscnegeaH B npoyyBaHe, KOeTo pasrfiexga pesynratute Ha 35
naumMeHTn ¢ uepebpoTeHAMHO3HA KCAaHTOMaTo3a, KOMTO NpMeMaT XeHOA4EeOKCUXosieBa KnucenmHa B
NpoAb/HKEHNE Ha OKOJ10 9 roanHu. MNpu BCuukUTe 23 NauneHTn, 3a KOUTO Ca HaMYHM AAHHW 3a HMBaTa
Ha XITbYHU KUCENNHU B KPbBTA, ce HabnoaaBa HaManeHne B HMBaTa (CpeaHo HamaneHue 56—

69 pmol/l). OT 14 naumeHTH, 3a KOUTO Ca HANMYHWN AaHHWN 3@ HMBATA Ha X/TbYHU KUCENMHU B ypUHaTa,
npun 79 % (11 ot 14) ce HabnogasaT HaManeHn HMBa B NOCNEAHOTO UM uscneasaHe. Npu noseyeTo
naumeHTn ce Habnoagaea nogobpeHne Ha cMMNTOMUTE Ha 3abonsgBaHETO: BCMUKK CbobLliaBaT 3a
nopobpeHve npu guapus, npmn 89 % OT NAUMEHTUTE € YCTaHOBEHO NoaobpeHne B YMCTBEHUTE UM
cnocobHoctu, npmn 60 % OT NauMeHTMTE e YCTaHOBEeHO nogobpeHune B NOABUXKHOCTTA, @ npu 85 n 77 %
OT NauMeHTUTe e YCTaHOBEHO NCUxmMaTpnyHo nogobpeHne Bb3 OCHOBa Ha ABa pasfiIMyHK pesynTaTa.

KakBu ca puckoBeTe, cCBbp3aHM ¢ XeHoAeoKcuxoneBsa kucenmHa Leadiant?

HexenaHute nekapcTBeHn peakuuu npu XeHoaeoKcmxonesa kucenvHa Leadiant ca 3anek v abHOPMHM
CTOMHOCTW Mpu u3cneaBaHe Ha YyepHusa Apob. TaxHaTa yectoTa obaye He MOXe Aa 6bae HaaexXaHo
OLEHEeHa OT HalIMYHUTE OrpaHnYeHn AaHHU. Te ca NeKn NN yMEPEHM MO TEXECT U KPaTKOTPamHM.
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3a Crucbka Ha orpaHu4yeHunsaTa BUXXTE IMCTOBKaTa.

3awo XeHoaeokcuxoneBa kucesnmHa Leadiant e paspeweH 3a ynorpe6a?

XeHozeoKcMxoneBaTa KMCennHa ce M3non3Bea 3a iedeHme Ha uepebpoTeHAMHO3Ha KCaHToMaTo3a B
npoAb/XeHNe Ha okoso 40 roaMHM, Makap Ye He e paspelleH 3a Tasu ynotpeba. Mopaaun psaKoTo
pa3npocTpaHeHne Ha 3abonsiBaHeTo obauye 3a ynotpebaTta Ha NEKAPCTBOTO Ca HaJIMYHN OrpaHUYEHM
AaHHW. Bce nak B npoy4yBaHusa € yCTaHOBEHO, Ye N1eKapCTBOTO € OT NnoJsi3a 3a NauneHTuTe U HAMa
3HAYMMM HeXEeNaHW NeKapcTBEHN peakumm. KOMUTETLT MO NeKapCcTBEHUTE MPOAYKTU 3@ XyMaHHa
ynotpeba (CHMP) Ha AreHumsiTa peLlu, Yye non3uTe oT XeHoaeoKcMxonesa kucenmHa Leadiant ca no-
rosieMmn oT PUCKOBETE, M NpenopbyYya XeHoAeoKcuxoneBa kncennHa Leadiant na 6bae paspelueH 3a
ynotpeba B EC.

XeHopeokcuxoneBa knucennHa Leadiant e paspelweH 3a ynotpeba npu ,1M3BbHpeaHn obcTosaTencrea".
ToBa ce Ab/xn Ha dakTa, Ye Nnopaaun psSAKOTO pasnpocTpaHeHMe Ha 6onecTTa He e 6UI0 Bb3MOXHO Aa
ce nony4ym NbjHa MHdopMaums 3a XeHoaeoKkcuxonesa kncenunHa Leadiant. Bcsika rogmHa EBponelickaTa
areHuUMs No nekapcTeaTa e M3BbpLIBa Nperfien Ha HoBaTa MH(OpPMaLMs M HAaCTOSILLOTO pestoMe
CbOTBETHO LUe Ce aKTyanausmpa.

KakBa mH¢popmMaLma ce ouakBa 3a XeHoeOKcuxosieBa kucenmHa Leadiant?

Tbl KaToO XeHogeokcmxonesa kmcenmHa Leadiant e paspeweH 3a ynotpeba npu ,M3BbHPEaHM
obcrogatencrea"®, pupmMarta, KOSTO Npeanara ToBa 1IeKapcTBO, We Cb3haje perucTop 3a HabnwaeHne Ha
nonsute n 6e3onacHoOCTTa Ha NeKapcTBOTO.

KakBun Mepkm ce npeanpuemMar, 3a fa ce rapaHTupa 6e3onacHaTta un
ecdexkTBHa ynotpeba Ha XeHoaeokcuxoneBa kucesnimHa Leadiant?

MpenopbK1TE M NpeanasHUTe Mepku 3a 6esonacHaTa U edekTMBHa ynoTpeba Ha XeHoAEe0oKCMX0NeBa
KucenuHa Leadiant, kouTo cneaBa Aa ce CnasBaT OT 34paBHUTE CMeLManncT 1 naumMeHTuTe, ca
BKJ/TIOUEHM B KpaTKaTa XapaKTepucTuka Ha npoAykTa U B INCTOBKATA.

AonbnHutenHa nHdopMmaumsa 3a XeHoaeokcuxoneBa kucenumHa Leadiant:

Ha 10 anpwun 2017 r. EBponeickaTa KOMUCUS M34aBa pa3spelleHne 3a ynotpeba Ha XeHoaeokcmxonesa
KucenuHa Leadiant, BannaHo B EBponeiickns cbto3. MIMeTo Ha NekapCcTBeHUs NPOAYKT € MPOMEeHEHO Ha
XeHopeokcmxoneBa kmcennHa Leadiant Ha 12 manm 2017 r.

MbnHUaT TekcT Ha EPAR 3a XeHopeokcmxoneBa kucenuHa Leadiant moxe fa ce Hamepwu Ha yebcanTa Ha
AreHumaTa: ema.europa.eu/Find medicine/Human medicines/European public assessment reports. 3a
noseye nHMOpMaLUna OTHOCHO JIEYEHUETO C XeHogeoKcmxonesa kucenmHa Leadiant npouetere
nucroskaTta (Cblo Yact oT EPAR) unu nonuTalite Bawus nekap nin dapMauesT.

PestoMe Ha cTaHoBMLWETO Ha KoMuTeTa 3a ,JiekapcTBaTa cMpaun” 3a XeHoaeoKkcuxonesa KnMcenmHa
Leadiant moxe fa ce Hamepu Ha yebcarTa Ha AreHumsaTa: ema.europa.eu/Find medicine/Human
medicines/Rare disease designation.

[aTa Ha nocnefHo akTyanusvpaHe Ha Tekcta 06-2017.
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http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/004061/human_med_002019.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2015/02/human_orphan_001496.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2015/02/human_orphan_001496.jsp&mid=WC0b01ac058001d12b

