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Libmeldy (autoAoya CD34+ kuTTapa €UNAOUTIOUEVA LE
aigornoInTiIKa apxeyova kai ripoyovikd kutrapa (HSPC)
dI1aUOAUCLEVA ex Vivo JUE TN XpNon ¢pakoilkou (popea rnou
KwOIKOMOIEI TO yovidio TNG avBpwnivng
apuAocouAparaonch).

Avaokonnon Tou Libmeldy kar aitiohoyiko €ykpiong otnv EE

Ti gival To Libmeldy ka1 o€ Noleg NEPINTWOEIG XpNOIHONOIEiTAl;

To Libmeldy €ival @apupako nou XpnoidonolsiTal yia Tn Bepansia naidimv PJe HETAXPWHATIKN
AgukoduaTpoia (MLD). H MLD €ival pia onavia kAnpovouikn ndénon katd Tnv onoia undapxel yid
aiAayn (MeTAAAa&n) oTo yovidio nou anaiTeital yia Tnv napaywyr €vog eviUPou nou ovopaleral
apuAogouA@aTaon A (ARSA), To onoio diacnd oucieg nou ovopalovral couA@aTidia. Q¢ ek ToUToU, Ta
OOUAQ®ATIOIa CUCCWPEUOVTAl KAl NpokaAoUv BAGBEC 0To VEUPIKO oUOTNKA Kal o€ AAAa dpyava,
NPOKAA®VTAG CUMNTWHATA O0nwg duokoAia otn Badion, otadiakrn emdgivwaon TNG VonTIKNAG IKavoTNTAg
Kal, ev TEA&l, Tov Bavaro.

To Libmeldy xopnyeiTal oe naidia pye MLD Ta onoia napouaialouv PHeTAAANGEeIC oTo yovidio ARSA.
XopnyeiTal

e 0t naidid PE «OWIHUO BPEPIKO» I «NPWOIKO VEAVIKO» TUMO TNG VOOOU Nou Ogv £€X0UV aKOuUN €Pgaviosl
oupnTOUATa:

e 0€ Naidid nou NAcyouv anod npwiun veavikr MLD Ta onoia eugavifouv apxika oupnTOPaTa aAAd
diatnpoUlv akoun TNV IKavoTnTa aveEapTnTng Badiong Kal dev €X0UV AKOUN EPPAviosl vonTiKnA
enideivwon.

To Libmeldy €ival éva €idog papudkou nponyuévng Bepanegiag nou ovoudleTal «yovidiakn Bepansia».
AUTO TO €id0G Papuakou dpa PECW TNG Xoprnynong yovidiwv aTov opyaviouo. H dpaacTikr oucia Tou
Libmeldy €ival BAacTokUTTapa (CD34+ kUTTApPa), Ta onoia npogpxovTal and Tov JUEAO TWV O0TWV I TO
aipa Tou idlou Tou agBevouc Kal £XoUV TpornonoinBei waoTe va NeEPIEXOUV avTiypapo Tou yovidiou Pe
oTOX0 TNV Nnapaywyn ARSA kai unopouv va diaipebouyv yia TNV Napaywyn dAAwv TUNWV aigoopaipiwv.

H MLD eival «ogndvia» vooog kal To Libmeldy xapakTnpioTnke «oppavo pappako» (papuako nou
XpnolgonolsgiTal o€ onavieg nabnoeic) oTig 13 AnpiAiou 2007. MepioodTEPEG NANPOPOPIEC YIa TOV
XapakTNPIoHO €vOC papudkou wG opPavou PNopeite va Bpeite edw:
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ema.europa.eu/medicines/human/orphan-designations/eu307446.

Mwg xpnoiponoigital To Libmeldy;

To Libmeldy xopnyeiTal povo pe 1aTpikh ouvTayn kai n Bepaneia npenel va xopnyeital povo o€ €181K0
KEVTPO HETAUOOXEUTEWV.

MNa Tnv napaockeur Tou Libmeldy, cuAAéyeTal deiypa nou nepiexel BAaoToOKUTTAPA EITE ANO TOV HUEAD
TWV 00TV Tou acBevoug €iTe and To aipa Tou. Ta ev Adyw BAacTokUTTapa TpononoloUvVTal yid TV
napaokeur| Tou Libmeldy, pge Tnv oupgnepiAnyn evog avTiypdgou Pe aTdxo TNV napaywyn ARSA.

To Libmeldy pnopei va xopnyn@sei povo otov acBevr) Tou onoiou Ta kKUTTapa Xpnoigonoinénkav yia tnv
napackeur) Tou gpapudakou. To Libmeldy sival epanag aywyr| n onoia xopnyeitar ge €yxuon (evoTaAagn)
oc QAEBaA Kal n ouvioTWHEVN doan €€apTdaTal ano To cwPaTIKO BApoG Tou acBevoUc. MepIKEC NUEPEC NIV
ano Tn Bepaneia xopnyeiTal €éva aAho @apuako, n BoucouApavn, we Bepansia NPoeToINaciag Je oTOXO
TNV aQaipeon TWV UPIOCTAPEVWV KUTTAPWY TOU HUEAOU TWV OOTWV WOTE va KMNopouV va
avTikataotaboUv ano Ta Tpononoinuéva KUTTapa nou nepiéxovral oto Libmeldy. Mpiv and Tn Bgpaneia
ol aoBeveic AauBavouv kal aAAa papuaka yia Tn Yeiwon Tou KivdUvou avTIdpacswy.

Ma nepIooOTEPEC NANPOPOPIEG OXETIKA HE TN XPpHon Tou Libmeldy, cupBouAeuBeiTe To PUAAO 0dnYIWV
XPNoNG i ENIKOIVWVAOTE PE TOV YIATPO 1 TOV Ppappakonold odg.

Nwg dpa 1o Libmeldy;

Ma Tnv napackeur Tou Libmeldy, Ta CD34 + kUTTapa (KUTTapa nou Pnopouv va napdyouv AEukda
aigoo@aipia) ekyxuAiovTal anod To aipa f and Tov JUEAO TwV ooTwV. ‘Eva yovidio nou emiTpénel TNV
napaywyr ARSA gicdyetal ota CD34+ KUTTApa UE TN Xpnon €vog €idouc 10U nou ovopdadeTal pakoiog Kal
£XEl TpononoinBei yYeVETIKA WOTE va PYeTAPEPEl To Yovidio ARSA oTa KUTTapa aAAa dev NpokaAsi loyevn
vOOO0 aToV avepwno.

ApoU xopnynOsei Eava og pAERa Tou acbevoug, To Libmeldy peTa@EpeTal HETW TNG AILATIKAG
KUKAo@opiag aTov pueAd Twv 00TWV 6rou Ta kUTTapa CD34+ apyifouv va avantuooovTal Kal va
oxnuaTifouv gpuaoloAoyikd Aeukda aigoogaipia Ta onoia pnopoUv va napayouv AEITOUpYIKO ARSA. Ta ev
AOYW Agukd aipoopaipia eEanAwvovTal oTov 0pyaviopo Kal napayouv ARSA, BonbwvTtag kat’ auTtdv Tov
Tpdno oTn didonacn Twv coUuAPATIdiwV OTA YUPpw KUTTAPA KAl, GUVEN®G, OTOV EAEYXO TWV
OUMNTWHATWY TNG VOoou. Ta anoTEAECPATA AVAUEVETAl va €xouv PeydAn didpkeia.

Moia €ival Ta opéAn Tou Libmeldy cUH@@va HE TIG HEAETEG;

Ta opeAn Tou Libmeldy oTn 8gpaneia Tng MLD kaTtadeixbnkav og pia kUpla JeEAETN OTNV onoia PeTeixav
20 naidia Pe owiun BPeQIKn f NpwIKn veavikr MLD. H dpaoTikdTnTa TG ARSA au&nbnke o€ 0Aa Ta
naidid o enineda uwnAdTEPA 1 €VTOG TOoU €UPOUG NMou IoXUEl yia Ta uylin naidid evrog 3 pnvav
Bepanciac. 'Eneita and 2 €tn, N ouvoAlkr BaBuoAoyia TnG pETPNONG TNGS adpdg KIVANTIKNAG AIToupyiag
(TipA peTa&U 0 kal 100 nou WPETPA TNV IKAVOTNTA €vOC NaidioV aTo oTadio TNG avanTtuéng va Kavel
(PUOIOAOYIKEG KIVIOEIC ONWG €pNuUcn, oTdaon os 0pBia B€on kal Badion) ATav 72,5 oTnv onada Pe OWiun
Bpepikn MLD, £€vavTi 7,4 nou Kataypa@eTdl 0Toug 1aTPIKOUG (PAKEAOUG NApOUOIWY NaIdI®V nou dev
€\aBav Bepancia. Opoiwg, ota naidid Ye Npwidn veavikr MLD, n péon BaduoAoyia 2 xpovia PETA TN
Bepaneia pe Libmeldy fTav 76,5, evw oTa nponyoUUEVA NEPIOTATIKA Ta onoia dev €ixav unoBAndei os
Bepaneia n péon BabuoAdoyia ATav 36,3. To 0peAog ATav YeyaAlTepo yia Ta naidid nou dev gixav akoun
EUPAvVioEl CUPNNTONATA Kal PAVNKE va unoxwpei ota naidia nou dev pnopouacav nNAgov va Badicouv
ave&apTnTa ) Ta onoia gugaviaav vonTikn ndeivwon.

Libmeldy (autoAoya CD34+ KUTTapa UNAOUTICUEVA E aAIONOINTIKA apxXEyova Kai

npoyovika kUTTapa (HSPC) diauoAUCHEVa ex Vivo JE TN XPrAon GakoilkoU popea nou

KwdIKOMNOIEI TO YoVidlo TNG avBpwnivng apuAocouApaTacncA).

EMA/689753/2020 SeAida 2/4


https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu307446

Yndapyxouv evOEIEEIC yIa NAPATETAPEVO OPENOC O NEPINTWON CUVEXIONG TNG Bepansiac yia nepiodo €wg
Kal 8 €n.

Moiol kivduvol cuvdéovTal Pe To Libmeldy;

H ouxvoTepn avemBUUNTN evépyeia Tou Libmeldy (ev3d€xeTal va euavioTel o€ NEPIOCCOTEPA And 1 oTOUG
10 aoBeveic) €ival n avanTu&n avTICWPATWV KATa Tou ARSA, av Kadl To YeyovOog auTo dev ¢paiveTal va
ennpealel TNV anoTeAeoPaTikoTNTa Tou Libmeldy. Adyw Tng Bepansiag nposToipaciag pe BoUcouApavn,
ep@avifovTal niong NoAU oguxva XaunAd €nineda Aeukwv aigoopaipiny, vioTe Je NUPETO (EvOeIgn
NOIMWENG), MeETaBOAIKN o&€wan (diaTapaxn TwV EMNEdWV TWV 0EEWV TOU opyaviopou), oToudTiTiIda
(pAeypovr Tou oTONATOG), EUETOC, nRaTopeyaAia (d10YKwaon Tou ANAToG), PAEBOANOPPAKTIKN
nnatondabeia (andppadn Twv aloPOPWV AYYEIWV TOU NNATOG NOU NPOoKAAsi NnaTikr BAARN) kai
avendapkela TV wobnKwv) o KopiTola.

MNa Tov NAfPN KAataAoyo TWV aveniBUUNTWY EVEPYEI®V NMoU £XOUV avapepBei e To Libmeldy,
OUMBOUAEUBEITE TO PUAAO 0dNYI®V XPRAONG.

To Libmeldy dev npénel va xopnyeital oe acBeveic nou €xouv unoBAnBei NponyoupévwG o yovidiakn
Bepaneia ye BAAOTOKUTTAPA TOU AigaToG | 0 aoBeveic aTouG onoioug dev pnopoUv va xopnynbouv Ta
@dpuaka nou anaiToUvTail yia TNV NPOETOIYACia TOUG yid TNV NAPACKEUN N Tn Xoprynon Libmeldy. MNa
TOV MANPN KAaTaAoyo TwV NEPIOPICH®Y, GUUBOUAEUBEITE TO PUAAO 03NnYINV XPNONC.

MNa noioug Adyoug eykpidnke 1o Libmeldy ornv EE;

Ta o@éAn Tou Libmeldy os agBeveic pe MLD ol onoiol Ogv €ixav akOun EU@Aviosl cupnTOPaTa ATav
oaen Kai Kkata Tn di1apKela TNG nepiddou PHEAETNG ol acBeveic diaTrpnaoav napopola Npoodo HE Ta uyin
unokeipeva. To OpeA0g NTAv AlyOTEPO ONUAVTIKO KAl Mo PETABANTO OTOUG ACBEVEIG JE NPWIKN VEAVIKN
MLD ol onoiol gixav ndn €ugaviosl CUPNTWOPATA KaAl, WG €K TOUTOU, N XPrnon o€ auThv Tnv opada
neplopifeTal oToug acBeveic nou diaTnpoUv akOPn TNV IKAvoTnNTa BAadiong kal dev €X0UV €UQpAVioel
EKMNTWON TNG VONTIKNAG AEIToupyidag.

Mapd 1o yeyovog 0TI To 0PeAOG ano Tn ARwn Tou Libmeldy dipknos apkeTa xpovia, dev ival akdoun
oa@eG €av Ba napayeivel did Biou kal anaiTeital napateTapévn napakoAouBnaon. Asdopévou 0TI N MLD
gival onavia vooog, ol HEAETEG €ival KAT' avaykn HIKPEG KAl 0 apliBpPoC Twv dIaBE0INwY dedOUEVWV
OXETIKA JE TIG avenIBUNNTEG EVEPYEIEG €ival NEPIOPIOHEVOC, EVE ANAITEITAI ENioNG Jakpoxpovia
napakoAouBnon. QoTdoo, oI avenBUUNTEG EVEPYEIEG NOU £XOUV NApaTnpnBsi €éw¢ onuepa ouvadouv Pe
TIC AVAPEVOUEVEC YIa auToU Tou €idoug Tn Bepaneia. Aedopévng TnG coBapdTnTag TnNG NAbnong Kal Tng
EANEIYNC uPioTdpevwV Bepansi®y, o Eupwnaikdg Opyaviopog dapuakwy EKPIVE OTI TA OPEAN TOU
Libmeldy unepTepoUv Twv KIVOUVW®V Nou CUVOEOVTAl [E AQUTO Kal EI0NYNBNKE TNV £yKpIion TNG XPnong
TOU v AOYW (Qapuakou atnv EE.

Moia pérpa AapBavovTal yia Tnv ac@paAn Kal anoTEAECHATIKA XPRON TOU
Libmeldy;

H eTaipeia nou epnopeveTal To Libmeldy 6a dievepynoel HakpoXpovia HEAETN MPOKEINEVOU va NAPACXEI
NEPICOOTEPEG NANPOPOPIEG OXETIKA HE TA OPEAN KAl TNV ACPAAEId ToUu papudakou, kal Ba AdaBel HETpa
npokeigévou va diao@aAiosl 0TI ol agBeveic nou NAnpouv TiIG NpolnoBeasig yia Bepaneia pnopouv va
eNW@eAOUVTAl TAXEIAG NAPACKEUNG TOU PAPHAKOU WOTE va Knopouv va unoPBaAilovral oe Bepaneia 600
To duvaTdv nio ypnyopa, npiv and Tnv evapén n tTnv €EEAIEN Twv cupNTWPATWV. ENiNAgov, n €Taipeia Ba
napaoyel eknaideuTikd UAIKO yIa TOUC eNayyEAUATIEC TOU TOPEA TNG UYEIAG KAl TOUG AOBEVEIG ) TOUG
(PPOVTIOTEG TOUG OXETIKA HE TOV TPOMO XPNoNG Kai napakoAoubnong Tng xpnong Tou Libmeldy, kabwg
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kal kapTa nposidonoinong acBevolcg OXETIKA HE TN Bgpanseia Toug, TNV onoia Npensl va eMdeIkvUouV ol
aoBeveig 0Tav AapBdavouv uyeiovouikn NepiBaiyn.

>TnV NepiAnWn TwV XapakTNPIOTIK®V TOU NPOIOVTOC KAl 0TO GUAAO odnyI®V Xprnong cuphnepiAngnkav
OUOTACEIG KAl NANPOYPOPIES YIa TIG KATAAANAEG NpoPUAAEEIG Mou npenel va AapBavovTal ano Toug
ENAyyeAUATIEC TOU TOPEA TNG UYEIAG KAl TOUG AgBeVEiG yia TNV aoc@aAr| Kal anoTEAEGUATIKN XPron Tou
Libmeldy.

'Onwg yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpnon Tou Libmeldy TeAoUv uno cuvexn
napakoAouBnaon. OI aveniBUNNTEG EVEPYEIEG MOU €nionuaivovTal Je To Libmeldy a&lohoyouvTal
NPOCEKTIKA Kal AapBavovTtal OAa Ta anapaiTnTa YETPA Yid TNV NPocoTacia TwV adoBevmV.

Aoinég nAnpo@opieg yia 1o Libmeldy

MNepioagdTepeg nAnpogopieg yia To Libmeldy diaTtiBevtal oTov diadikTuakd Tono Tou OpyaviopoU, oTn
diguBuvon
ema.europa.eu/medicines/human/EPAR/libmeldy.
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	Τι είναι το Libmeldy και σε ποιες περιπτώσεις χρησιμοποιείται;
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