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OTTernsiHe Ha 3asiB/IeHMETO 3a pa3pellaBaHe 3a ynoTtpeba
Ha Livmarli (MapanukcmbaTtoB xnopwua)

FGK Representative Service GmbH oTTernm 3asiBieHMeTo c1 3a pa3pellaBaHe 3a ynotpeba Ha Livmarli
3a fle4yeHne Ha nporpecuBHa daMuaHa nHTpaxenaTanHa xonecrasa tvn 2 (PFIC2) npu naumeHTn Ha
Bb3pacT 1 roanHa v noeeve.

®dupmMaTa OTTernu 3asB/ieHMETo cu Ha 23 Aeryct 2021 r.

KakBo npeacrtaBnssa Livmarli n 3a kakBO e npegHa3Ha4yeH Aa ce u3nosisBa?

Livmarli e pa3paboTeH kKaTo f1eKapcTBO 3a JieyeHue Ha nporpecmBHa PFIC2 npu nauneHTn Ha Bb3pacT 1
roamHa un noseye. PFIC2 e HacneacTBeHo 4epHOAPOOHO HapyLleHMe, NpU KOETO B KPbBTa U B YEpPHUS
Apob6 ce HaTpynBaT X/ bYHM KUCEIMHN N NPUYNHABAT Cbpbex un yBpexaaHe Ha yepHus apob. Tesu
XKTbYHWN KUCENIMHM Ca KOMMOHEHTM Ha XJTbYKaTa — TEYHOCT, Mpou3BeXaaHa OT YepHusa Apob u
ocsoboxaaBaHa B YepBaTa, 3a Aa Ce NMoAnOMOrHe XpaHOCMUIaHeTo.

Livmarli cbabp>xa akTMBHOTO BeLecTBO Mapanukcmbatos xnopug (maralixibat chloride) u e
npeaHasHayeH ga ce npeanara nog dopmaTta Ha pa3TBOp 3a NpueM npes ycraTta.

ToBa NeKapcTBO e onpeaesieHo KaTo ,1ekapcTBoO cMpak" (J1ekapCTBO, KOETO Ce M3MNON3Ba NpU peaku
6onectn) Ha 16 gaHyapu 2014 r. 3a neyeHune Ha nNporpecmBHa amMuaHa MHTpaxenartasaHa xonecrasa.
JonbnHuTEeNHa MHdoOpMaLmMs 3a onpeaesiSHETO Ha NeKapCTBOTO CMpaK MOXeTe Aa HaMepuTe Ha
yebcaiTa Ha AreHuusaTa: https://www.ema.europa.eu/en/medicines/human/orphan-
designations/eu3131216.

Kak peucrBa Livmarli?

OuakBa ce /1eKapCTBOTO Aa HaMaan KOJIMYECTBOTO Ha X/TbYHUTE KUCENIMHU B KPbBTA M YepHusa apob.
CuuTa ce, 4Ye aKTMBHOTO BewecTBo B Livmarli — mapanukcmubatos xnopua, 61oknpa A4eACTBUMETO Ha
NpoTenH, nsBecteH kato ASBT, KOMTO NoMara 3a NPeHACAHETO Ha XJ/TbYHU KUCESIMHU OT YepBaTa
o6bpaTHO B KpbBTa M YepHusa apob. Korato npotemHmute ASBT ca 610KMpaHU, XNbUYHUTE KUCENTUHN
BMECTO TOBa CE eKCKpeTmpaT oT opraHnsMa. OyakBa ce ToBa Aa HaMasM HaTPYNBAHETO Ha XNbYHMU
KWUCeSIMHWN B KPbBTa W YepHus Apob 1 Mo TO3M HaYMH Aa ce Hamanu cbpbexa 1 yBpexaaHeTo Ha YepHus
Apo6, HabnaaBaHM Npu naumeHTn ¢ PFIC2.
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KakBo e npeacrasuna compmarta B noaKkpena Ha CBOeTO 3asBJieHue?

dupMaTa e npeacTaBuaa pesyaTtaTuTe OoT e4HO NpoyyBaHe, obxsalalwo 25 naumeHTn ¢ PFIC2, kouTo ca
Ha Bb3pacT oT 1 A0 13 roaMHM M ca nekyBaHu c Livmarli B npoab/ikxeHne Ha Hal-MHOro 5 rognHmn nnm
noseye. OCHOBHaTa Msipka 3a ePeKTUBHOCT € MOHMXABAHETO Ha HMBOTO Ha XTbYHUTE KUCETUHU B
KpbBTa cnes 13-ceaMMYHO nedveHune. Livmarli He e cpaBHsABaH C Apyru fnekapctea wnam nnauebo (cnano
nevyenue).

Ha kakbB eTan OoT oLeHKaTa e 3asABJ/IEHMeTO KbM MOMEHTa Ha OoTTerJZiIsHeTo?

3asaBfieHMeTo e oTTersieHo, cnea kato EBponenckaTta areHuMs nNo nekapcrearta e oueHmna
NMbpBOHa4a iHaTa MHqupMaLl,Mﬂ, npeacraBeHa oT chpMaTa, M e N3roTemna Crncbk c BbNpocu. KoM
MOMEHTa Ha oTTersIiHeTo hmupmaTa BCe Olle He e OTFroOBOpua Ha BbMNpoCcuTeE.

KakBu ca npenopbkute Ha AreHUMsiTa KbM MOMEHTa Ha OoTTernsiHeTo?

Bb3 ocHoBa Ha nperneaa Ha AaHHUTE, KbM MOMEHTa Ha OTTErNSIHETO AreHumaTa uMa U3BEeCTHU
ornaceHus 1 nspassiBa NpeABapuUTEIHOTO CTaHOBULLE, Ye He e 6uno Bb3MOXHO Livmarli aa 6bae
onobpeH 3a nedeHue Ha PFIC2.

OnaceHunsATa Ha AreHumnsTa ce OTHacsAT A0 ePeKTUBHOCTTA Ha JIEKAPCTBOTO Npu neyeHneTo Ha PFIC2 Bb3
OCHOBA Ha BaX>XHW HEACHOTU OTHOCHO HaNM4YHUTE AaHHW. 10 OTHOWEHME Ha edEeKTUBHOCTTA
NMpoy4YBaHETO He MokKa3Ba 3HauMM edeKT OT leyeHneTo nNpu nauneHTn ¢ PFIC2 cnep 13-cegMunyHo
neyeHue. MNMopaamn ToBa He € Bb3MOXHO [a Ce HanpassT 3aK/to4YeHNs OTHOCHO AbArocpoyHaTa
edeKkTMBHOCT Ha Livmarli B uenesaTta nonynaums nauneHTn. OcBeH ToBa AreHuusaTa uMa onaceHus
OTHOCHO HSIKOWM aCneKkTW Ha NPOM3BOACTBEHMS NMPOLEC M Cna3BaHeTo Ha f06puTe NPON3BOACTBEHM
NpaKkTUKMN.

Mopaan ToBa KbM MOMEHTa Ha OTTErNsIHeTO CTaHOBULLETO Ha AreHumndara e, 4e nonsuTte oT Livmarli He

npesunaBaT PUCKOBETE.

KakBu npnynHM nocouBa chpMaTa 3a oTTerJisHe Ha 3asiBJieHMeTo?

B nucmoTo, ¢ KoeTo pupmaTa yBegoMsaiBa AreHumsaTa 3a OTTEr/ISHeTO Ha 3asiBIEHMETO, Ce NMOCOYBa, Ye
pelleHmneTo 3a oTTer/IssHe ce OCHOBaBa Ha NpoMsiHa B BU3HeC 1 perynaTtopHUTe cTpaTterMm Ha gpupmaTta
cnen obcvxpgaHe ¢ CHMP n B oyakBaHe Ha NpeacTtoswm AOMb/AHUTENHN AAHHMW.

KakBu ca nocneacremsATa OT OTTErJISHETO 3a NauveHTUTe, yyacrtBalum B
KJIMHUYHWU U3NUTBaHUA?

OupmMaTta e ysegommna AreHuuaTta, ye HaMa NocneacTBMA 3a NaunMeHTUTe, BKKOYEHU MOHaCTOSLWEM B
KIWHUYHU n3nuTtBaHusa ¢ Livmarli.

AKO yyacTBaTe B K/IIMHUYHO U3MUTBAHE N Ce HYXAaeTe OT rnoseye MHd)OpMaLI,VIH 3a BalleTo nedveHune,
FOBOpPETE C BalWlhg niekap, nposexaalw, KJIMHUYHOTO U3NnTBaHeE.
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