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Libmeldy (aBTos10)kHa, oborareHa ¢ CD34+ K/eTKku
ronysnauynsi, KoOTo CbAbpi)Ka XeMOINOETUYHU CTBOJIOBU U
MPOreHUTOPHU KJIETKU, TPaHCAYUNPaHN ex Vivo 4Ype3
JIEHTUBUPYCEH BEKTOP, KOAMpaLY reHa Ha YOoBEeLIKa
apwsacyrsgarasa A)

O6w, npernep Ha Libmeldy n ocHoBaHus 3a pa3spewaBaHe B EC

KakBo npeacrasnaBa Libmeldy u 3a kakBo ce nsnonssa?

Libmeldy e nekapCTBO, KOETO Ce M3MOJ3Ba 3a JiIe4eHMe Ha Aeua C MeTaxpoMaTuyHa JIeBKoANCTpodus
(MN4). MNA e paagko HacneacTBeHo 3abonsiBaHe, Npyn KOETO MMa NpoMsHa (MyTaums) B reH, Heobxoanm
3a CMHTE3a Ha eH3MMa, HapeyeH apuncyndaTtasa A (ARSA), KOWTO pa3rpa)zaa BellecTBa, HapeyeHu
cyndaTtmuan. B pesynTtaT Ha ToBa cyndaTtnamte ce HaTpynBaT M YBpEXAaT HEPBHATa CUCTEMA U ApYTH
OpraHu M NpUYnHABaAT CUMMATOMM KaTo 3aTPyAHEHUS NPU XOAEHE U MNOCTEMNEHHO B/OWaBaHe Ha
YMCTBEHOTO CbCTOSIHME, @ B KpailHa CMeTKa BOASAT A0 CMbPT.

Libmeldy ce nsnonssa npu geua c MJ14, npu KoUTo uMa MyTaumsa Ha reHa ARSA. lNpunara ce

° npu Aeua € KbCHa AE€TCKa WInN paHHa lOBEHWUJTHA q)opMa Ha 3360ﬂ9|BaHETO, KOWUTO BCE OLlE HE Ca
pa3suaun npmnsHauum nam cCMMnNTomMu,

e Mpwv Aeua C paHHa loBeHUNHa dopMa Ha MJ1[, KOMTO MMaT HayalHW CUMMATOMM, HO MPOAb/KaBAT Aa
MMaT CNocobHOCT Aa XOAST CAMOCTOATENTHO M MPU KOUTO BCE OLLE HE CE € PasBWJ/IO B/iOLABaHe Ha
YMCTBEHOTO CbCTOSIHUE,

Libmeldy e nekapcTtBeH npoayKT 3a MoAepHa Tepanusl, Hape4yeH ,NpPoAYKT 3a reHHa Tepanus®. To3u Bug
NeKkapcTBO AeNCTBa Ype3 BbBEXAAHE Ha MreHn B opraHm3aMa. AKTMBHOTO BelecTso B Libmeldy e
CTBONOBU KneTkn (CD34+ KNeTkn), U3BJIeYEHU OT COBCTBEHMS KOCTEH MO3bK MW KPbB Ha NauueHTa,
KOWTO ca MoamduUapHn Taka, Ye Aa CbAbpXKaAT KOMMe Ha reHa 3a cMHTe3 Ha ARSA 1 KOMTO MoraT ga ce
AenaT n aa npousBexaaTt APYrv BUAOBE KPbBHU KNETKU.

MNA ce cunta 3a psaako 3abonsasaHe u Libmeldy e onpeneneH kaTto ,/iekapcTBo cupak™ (nekapcrso,
M3Mnon3BaHo Npu peakun 3abonssanusg) Ha 13 anpun 2007 r. JonbaHUTeNnHa nHdopMauusa 3a
nekapcTBaTa cupaum MOXeTe Aa HaMepuTte TyK:
ema.europa.eu/medicines/human/orphan-designations/eu307446.
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Kak ce m3nonsea Libmeldy?

Libmeldy ce oTnycka no sekapcko npeanmcaHne n Moxe Aa ce npuiaara camo B cneumanusmpaH LUeHTbp
3a TpaHcnaaHTaumu.

3a nony4asaHe Ha Libmeldy ce B3MMa npoba OT CTBOSIOBU KIE€TKU, KOUTO Ce Cbbupart OT KOCTHUSA MO3bK
WInM OT KpbBTa Ha naumeHTa. Te ce moamdurumpar 3a noyyaBaHe Ha Libmeldy, kaTo ce Bk/o4Ba konue
Ha reHa 3a cuHTe3 Ha ARSA.

Libmeldy Moxe aga ce npunara camo Ha naumeHTa, YANTO KNeTKU Ca U3MOA3BaHW 3@ NPUroTBSIHE Ha
nekapctBoTo. Libmeldy ce npunara noa ¢popmaTa Ha uHdpy3ns (BnvBaHe) BbB BEHa U
npenopbynTENHaTa 403a 3aBMCU OT TE/IECHOTO Terso0 Ha nauueHTa. HAKoNKo AHW Npeau NevyeHneTo ce
npunara Apyro nekapctso, 6ycyndaH, KaTo T.Hap. pexXuM Ha KOHANLUMOHMPAHE , 3a Aa Ce U3YUCTAT
CTapuTe KOCTHOMO3bYHU KIETKU U Aa 6baaT 3aMeHeHu ¢ moamnduumpaHuTe kneTkn B Libmeldy. Ha
nauneHTUTe ce npunaraT Cblo APYrK SleKapcTBa, 3a Aa Ce HaManu pUCKbT OT peakuuu.

3a noseye MHPOPMaLMA OTHOCHO yrnoTpebaTta Ha Libmeldy BMXTe nMCTOBKaTa UK Ce CBbPXETE C
BalliMa nekap unmn dapMaLesT.

Kak gencrBa Libmeldy?

3a Nnpon3BoACTBOTO Ha Libmeldy oT KpbBTa MM OT KOCTHUS MO3bK ce U3BamM4aT CD34+ KNeTKn (KneTku,
KOUTO MoraT Aa obpasyBaT 6enun KpbBHU KNeTku). 'eH, KOMTO MM N03BONSABa Aa cuHTe3ampaT ARSA, ce
BkapBa B CD34+ KkneTkuTe, KaTo ce U3Mnon3ea TUM BUPYC, HapeveH NeHTUBMPYC, KOUTO € NpOMEHeH
reHeTUYHO, Taka 4Ye Aa HOCK reHa 3a ARSA B KNeTKUTE U Aa HE NPUYNHABA BUPYCHO 3abonsBaHe npwu
Xopa.

Cnep BEHO3HOTO My MPUJIOXEHME Ha nauneHTa, Libmeldy ce TpaHcnopTupa oT kpbBoOb6paLLeHNeTo B
KOCTHWUS MO3bK, KbAeTo CD34+ KieTkuTe 3amno4yseaT Aa Ce pa3MHoXaeaT v Aa obpasysBaTt HOpMasnHu 6enn
KPBbBHM KN1I€TKM, KOUTO MoraTt Aa npoussexaat ARSA. Te3n 6env KpbBHU KETKM Ce pasnpocTpaHaBaT B
opraHusma u npoussexaaTt ARSA, KOETO noMmara 3a pasrpaxgaHeTo Ha cyndaTnamTe B OKOHUTE
KNEeTKN N NO TO3M HAaUYMH KOHTpOsiMpa cuMnToMmnTe Ha 3abonasaHeTo. OvakBa ce edekTuTe Aa
NpoAb/KaT AbJrO.

KaksBu nonsu ot Libmeldy ca yctaHOBeHM B npoy4yBaHuATa?

Mon3uTe ot Libmeldy 3a neyeHne Ha MJ1[1 ca nokasaHn B OCHOBHO Npoy4BaHe, ob6xsawallo 20 geua C
KbCHa AeTCcKa MKW paHHa oBeHunHa dopma Ha MJ14. AKTUBHOCTTa Ha ARSA ce ysenunuyasa npu BCUYKKU
Aeua A0 HMBa Ha4 Wiu B AManas3oHa 3a 34paBu feua B paMKuTe Ha 3 Meceua cnepj neyeHueto. Cnep 2
roavHun obwms pesyntar 3a usMeputens Ha obuwarta agsuratenHa dyHkumsa (GMFM): (cTtonHocT Mexay O
1 100, namepsalla crnocobHOCTTa Ha AETETO Aa M3BBLPLUBA HOPMasHU ABUMXEHUS KaTo NbN3eHeE,
u3npaBsHE N XO0AeHe) e 72,5 B rpynaTta c KbCHa AeTcka dopma Ha MJ1[], B cpaBHeHWe CbC 7,4 npu
MeaAMUMHCKUTE NnoKasaTenn 3a HenekyBaHu Aeua B NogobHO cbcTosHMe. 1o cxoAeH HaumMH Npu geua ¢
paHHa oBeHuHa dopMa Ha MJ1[ cpegHMAT pesynTaTt 2 roaguHu cne nedveHue ¢ Libmeldy e 76,5,
[0KaTo TO3M NMpu HenekyBaHW Npean Toea ciyyaun e 36,3. Ha-ronsiMa e nonsata Npu geua, KOUTO BCe
olle He ca pa3BWIM CUMMTOMU, @ NPU TE3N, KOUTO Beye He MoraTt Aa XOAAT CaMOCTOATENIHO UKN Npu
KOWTO Ce e pa3Buo BSIOLLABAHE HA YMCTBEHOTO CbCTOSIHME, TakaBa Nnos3Ba usrnexaga He moxe ga 6vae
yCTaHOBeHa.

lMpn npocneasaBaHeTo e YCTAHOBEHO, Ye nos3arta OT JIeYEeHMETO Npoab/iKasa A0 8 roAuHN.
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KakBu ca puckoBeTte, cBbp3aHm ¢ Libmeldy?

Hal-uectaTta HexenaHa peakumsa npu Libmeldy (kosiTo Moxe Aa 3acerHe nose4ye oT 1 Ha 10 aywu) e
Cb3faBaHe Ha aHTuUTena cpelly ARSA, BbMNpekn Ye TOBa U3rnexzaa He BAusie Bbpxy AeNCTBUETO Ha
Libmeldy. B pe3ynTat Ha KOHANLMOHMPALLMS pexuM ¢ bycyndaH vyecto ce HabnoaaBaT HUCHK H6poi
6enn KpbBHM KIETKU, NOHSAKOra NpuapyXeHo ¢ TemnepaTtypa (Npu3Hak Ha nHdekumns), metabonmnTHa
aumposa (aucbanaHc B HMBaTa Ha KUCeNMHA B OpraHusMa), ctoMatuT (Bb3nasieHme Ha ycraTa),
noBpblUaHe, Xxenatomeranus (yronemeH yepeH Apob), BeHOOKy3nBHa YyepHoapobHa 6onecT (koraTo
KPbBOHOCHUTE CbAOBE Ha YepHUs Apob ce 3anyLwaT, NPUYNHSABAMKN yBpeXaaHe Ha yepHusa apob) um
oBapuasnHa HefoCTaTb4YHOCT NpM MOMMYeTaTa.

3a MbAHWUA CNUCBK Ha HexenaHuTe peakuuu, cbobuweHun npu Libmeldy, BuxTe nnucroeBkaTta.

Libmeldy He TpsibBa Aa ce usnonssa nNpu nNauMeHTU, KOUTO Npeaun ToBa ca 6MAn NOANOXKEHW Ha reHHa
Tepanus, BK/OYBaLLa KpbBHW CTBOSIOBW K/IETKU, MU MPU MauMeHTn, Ha KOUTO He MoraT Aa ce npwiarart
nekapcrteaTa, Heob6xoaMMn Aa rm NOAroTBAT 3a NPOM3BOACTBOTO WM npuema Ha Libmeldy. 3a nbaHus
CMNCBK Ha OrpaHUYyeHunsTa BMXTE JIMCTOBKATA.

3awo Libmeldy e paspeuweH 3a ynoTtpeba B EC?

Mon3sute ot Libmeldy npn nauneHTtn ¢ MJ1[1, KOUTo BCE OLlEe He Ca pa3BUIN CUMNTOMU, Ca ACHU U Mpe3
nepvoga Ha Npoy4YBaHETO NauueHTUTe nMaT Hanpeabk, nogobeH Ha To3u npu 3apaeu nuua. MNMonsata e
Nno-Manko n3paseHa u No-nNpoMeHsInBa Npu naunmeHTUTe C paHHa oBeHuNHa dopma Ha MJ1[, kouTo Beye
uMaT CMMNTOMM, 3aToBa yrnoTpebaTa B Ta3u rpyna e orpaHmM4yeHa Ao Te3u, KOMTO BCe olle MoraT Aa
XOASAT M NMPU KOUTO HSAIMA BJiOIAaBaHe Ha YMCTBEHOTO CbCTOSHME.

Bbnpekun ye nonsata oT Libmeldy npoabmkaBa HAKOMKO FOAMHW, BCE OLLE HE € SCHO Aann TS Wwe
NPOABLI/IKM Npe3 Luenms X1MBOT U Jann € HeobXoAnMO NPOABLIIKUTENHO NpocneasBaHe. Tbin kato MJ1J e
psaKo 3abonsBaHe, NpoyYBaHUsATa ca HEN36EXHO ManKku, a HalIMYHUTE JaHHW 3a@ HeXeNaHn peakumn ca
OrpaHWyYeHun, 3aTOBa € HYXXHO AbJIFOCPOYHO NpocneasBaHe. HabnogaBaHuTe gocera HexenaHu peakumm
CbOTBETCTBAT Ha OYaKBaHWUTE 3a TO3M TuN fiedeHune. MNpeasma CEpMO3HOCTTa Ha 3abonsBaHeTo n
NuncaTa Ha CblyecTByBallM nevyeHns EBponerickata areHUMs no fiekapcreaTa peLwn, ye nonsmte ot
Libmeldy ca no-ronemu ot puckoBeTe 1 TO3M NPOAYKT Moxe Aa 6bae pa3peweH 3a ynotpeba B EC.

KakBu mMepku ce npeanpuemMart, 3a Aa ce rapaHTupa 6e3sonacHata m
ecdexkTnBHa ynotpeba Ha Libmeldy?

®upmMaTa, KoaTo npeanara Libmeldy Ha nasapa, we nposeae Ab/rOCPOYHO MpoyyBaHe, 3a Aa
npeAoCcTaBu JonbiHUTENHA MHMOPMauKnsa 3a non3nTe n 6e30nNacHOCTTa Ha 1IeKapCTBOTO U Le B3eMe
MepKu, 3a Aa rapaHTvpa, 4Ye f1ekapcTBOTO MOXe Aa ce npomssexaa 6bp30 3a naumMeHTuTe, KOUTo
OTroBapsAT Ha yCNoBUSTa Ha NieyeHne, 3a Aa MoraT Te ga 6baaTt ekyBaHM Bb3MOXHO Hali-paHo, npeau
CUMNTOMMUTE Aa 3arno4yHaT unu ga nporpecmpat. OcBeH ToBa dmpmMaTa LWwe ocurypm obyuymtenHm
MaTepuanun 3a MeANUNHCKUTE CrneumanmcTtn n nauueHTmTe uam texHmte 6oHorneaaym OTHOCHO TOBa
Kak fa ce usnonsea u Habnwgasa Libmeldy, kakTo 1 curHanHa KapTa Ha naumMeHTa, KOSTO Te Aa
rnokKassaT Nnpu JieveHune.

MpenopbkuTte 1 NpeanasHMTe Mepku 3a 6e3onacHaTa u edekTuBHa ynotpeba Ha Libmeldy, kouTto
cnepjga Aa ce crnassaT OT MeAMUMHCKUTE Creunanncti 1 nauneHTnTe, ca BKJKYEHN CbLLO B KpaTkaTa
XapaKTEPUCTMKA Ha NpoAYyKTa U B JIMCTOBKATA.
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KakTo npu BCMYKM nekapcTBa, AaHHUTE BbB Bpb3Ka C ynotpebarta Ha Libmeldy HenpekbcHaTo ce
npocnepssat. CbobueHUTe HexenaHn peakummn, cebp3aHu ¢ ynotpebaTta Ha Libmeldy, BHMMaTenHo ce
oueHsBaT M ce npeanpuemMaT BCUUYKM HEObX0ANMMM MEpPKM 3a 3aluTa Ha NnaumeHTuTe.

AonbnHutenHa nHdopmauma 3a Libmeldy:

JonbnHutenHa nHdopmauus 3a Libmeldy moxeTe ga Hamepute Ha yebcanTa Ha AreHuusTa:
ema.europa.eu/medicines/human/EPAR/libmeldy.

Libmeldy (aBTonoxHa, oborateHa ¢ CD34+ KneTKu nonynauuns, KOSTo CbAbpXxa
XEeMOMOETUYHN CTBOJIOBU U MPOrE€HUTOPHU KJIETKM, TPaHCAYLMPaHN ex vivo 4ypes
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