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MepiAnyn EPAR yia To KOIVO

Vpriv
BeAayAoukepaon aApa

To napov eyypago anoTeAei ouvown TnG Eupwnaikng Anpooiag ‘EkBeang AloAoynang (EPAR) Tou Vpriv.
Enggnyei Tov Tpdno pe Tov onoio n Enitponr ®apudkwyv yia AvBpwnivn Xprion (CHMP) a§oAdynoe 1o
@appako npoToU dIaTUNWOEl TN BETIKA TNG YVMOUN YIA TN XoprRynon adsiag KukAo®opiag, kKabwg Kal TIG
OUOTAOEIG TNG OXETIKA JE TOUG OPOUG XPprong Tou Vpriv.

Ti givai To Vpriv;

To Vpriv €ival papuako nou nepiexel Tn dpaocTikn oucia BeAayAoukepdon dA@a. AlaTiBeTal o€ Hopon
OKOVNG YIa TNV napaockeun d1aAUPaTog Npog £yxuon (evoTdAagn os pAERa).

3£ NOIEG NEPINTWOEIG XPNOIHONOIEiTAl TO Vpriv;

To Vpriv xopnyeiTal yia Tn pakpoxpovia Bepaneia acbevwv pe vogo Tou Gaucher. H vooog Tou Gaucher
gival yia ondavia kAnpovouikn diatapaxn. Ta aTtoua PeE TN CUYKEKPIPEVN VOOO Ogv OIdBETOUV ENAPKN)
noooTNTa Tou ev{UPOU YAUKOOEPEBPOGIDAGDN, TO OMOIO UMO KAVOVIKEG oUVONKeG diaond Tnv Ainapr| ouaia
YAukooegpeBPoaidio. Xwpic To &v{UPo auTd, N YAUKOKEPERPOTIdN CUCCWPEUETAl GTOV 0PYAVIOMHO, 1I3iwg
oTO ANap, Tov GNAfRva Kai Ta 00Td, NPOKAAWVTACG TA CUMNTWHATA TNG VOOoou: avaipia (XxapunAog apibuog
aigoo@aipinv), KOnwaorn, eUKoAn dnuioupyia JWA®N®V Kal Taon yia aijoppayia, onAnvoueyaAia kai
nnatopeyaAia (d10ykwaon Tou ONARva Kai Tou nNaTtog), Novo oTa ooTd Kal KaTayuaTa.

To Vpriv xopnyeital og agBeveic nou naogxouv ano Tnv vooo Gaucher TUnou 1, Tn HopPr Nou ouvhdwg
npooBAaAAel To ANap, Tov onAnva kai Ta ooTd.

A€dOPEVOU TOU HIKPOU apiBuol acbevwv pe vooo Tou Gaucher kai, apa, Tng onavioTnTag Tng acbéveiag,
To Vpriv XapakTnpioTnKe «op@avo @apuako» (pAapuako To onoio XpnoIPonoIEiTal O ONAVIEG AOBEVEIEG)
oTIc 9 Iouviou 2010.

To pAapuako xopnyeitalr yovo He IaTPIKA ouvTayn.
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Mwg xpnoiponoligital To Vpriv;

H Bepaneia pe Vpriv npénel va eniBAéneTal anod yiatpo Pe guneipia otn diaxeipion aocbevwv e vOOo Tou
Gaucher.

H ouvioTwuevn doon Tou Vpriv gival 60 Hovadeg/KIAO owuaTIkoU BApoug, n onoia Xopnyeital JEow
£€yxXuong d1dpKelag Jiag wpag pia gopd ava duo eBdouddec. H doon pnopei va npooappoletal cUPNewva
HE Ta CUPNTWHATA Tou KABe aoBevoUg Kal TNV avTanokpion Tou oTn Bepaneia. O NpwTeG TPeIg eyXUOEIG
XopnyouvTal 0 VOOOKOMEIaKO NepIBAAAov, aAAd ol undAoineg ynopouv va xopnyndouv kat’ oikov
€pOOOV TO PAPHAKO €ival KAA®MG avekTo and Tov acBevry. O1 eyxUOoEeIg KAT' oikov NpEnel va XopnyouvTal
uno Tnv eniBAewn enayyeAparia Tou ToPEa TNG UYEIAG EKNAIOEUPEVOU OTNV AVTIMETWNION NEPIOTATIKOV
EKTAKTOU avaykng.

Mwg dpa 1o Vpriv;

H vooog Tou Gaucher npokaAeital AOyw Tng EAAEIYPNC evOG ev{UPOU nou ovopddleTal
yYAukooepeBpoaidaon. H BehayAoukepdon aApa avTikabioTa To £v{upo nou Asinel anod Toug acBeveic pe
vOoo Tou Gaucher, cugBaAAovTag £1al oTn d1ACNAcn ToU YAUKOOEPERPOOIdiou Kal dlIakonNTovTag Tn
OUOOWPEUCT) TOU OTOV 0Opyaviouo.

Moieg HeAETEG EkNOVAONKav yia 1o Vpriv;

>e pia kUpia YeAETN oTnv onoia peteixav 35 aoBeveic (cupnepiAapBavopévmv 9 naidiwyv) Je vOGo Tou
Gaucher Tunou 1, To Vpriv ouykpiBnke pe IdiyAukepaaon (aAAo @AapPako nou XpnoiPonolsiTal yia Tn
Bepaneia TNg vooou Tou Gaucher). O Baoikdg dEIKTNG HETPNONG TNG ANOTEAEOUATIKOTNTAG ATAV N
BeATiwon TNG avaiyiag, evog and Ta CUPNT®UATA TNG VOooU, UaTepa anod 41 BOopaAdes. H HeEAETN
€EETAOE €NiongG Tov €AEyX0 Kal AAAWV onueiwv TNG vooou, ONwc Tnv au&énon Tou apiduol Twv
aidoneTaAiov kal Tn Peiwon Tou PeyEBOUG TOU ANATOC KAl ToUu onAnva.

Moio €ival To 0PeAOG TOU Vpriv CUHP®VA HE TIG HEAETEG;

To Vpriv nTav €&icou anoTeAeouaTikO PE TNV INIYAUKEPAON OTN Meiwon TnG avaipiag. To Vpriv algnoe
TNV NoooTNTa TNG aigoa®aipivng (TnNg NpwTeivng nou undpyel ota epubpd alpooPaipia Kai JETAPEPE! TO
0E&uyovo) KaTa PEoo 6po 1,6 ypappdpia ava dekdAiTpo (ano 11,4 g/dl) evw n 1diyAukepdon al&noe Tnv
noooTNTA TNG aiooPaipivng katd yeoo 6po 1,5 g/dl (and 10,6 g/dl). Ano Tn HEAETN NPOEKUYE €Miong
OTI To Vpriv gival eEicou anoTeAeopaTikd We TNV IMIYAUKEPAON oToV EAeyX0 AAAWV onueiwv TNG vOoou
Tou Gaucher.

Moiol kiviuvol ouvdéovTal PHE TO Vpriv;

O1 ouxvoOTEpEG avemBUUNTEG evépyeleg Tou Vpriv (eggavifovTal o NepIcoOTEPOUC anod 1 oToug 10
aobeveig) eival avTidpdaoeig nou oxeTifovTal Je TNV €yXUON, KAl 0TIG 0Noieg oupnepiAapBavovTal
novokEPaAog, Cain, undtaon (XaunAn apTnpiakn nieon), unéptacn (UWnNAR apTnpiakn nieon), vauTia,
€€aogBevion (aduvapia) f k6nNwon (koUpaon) kai nupe&ia (NUPETOC) ) au&nuévn BepPokpacia owPAToC.
O1 coBapoTEPEG aveniBUNNTEC eVEPYEIEG gival avTIOpAoeIC unepeualiaobnoiac (aAAepyikeéC avTIOpdoEiq).

To Vpriv dev NpEnel va XopnyeiTal o€ AToua nou napouaoialouv coBapec aAAEPYIKEG avTIOPATEIG OTN
BeAayAoukepdon dAga ) o€ onolodnnoTe AAAO and Ta CUOTATIKA TOU (PAPUAKOU.

O NAAPNG KaTAAOYyoG Twv aveniBUuPNTWV EVEPYEIOV KAl TWV NEPIOPICHWOV NOU avapepdnkav We 1o Vpriv
nepiAapBaveral oto @UAAO odnyI®V Xpnong.
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MNa noioug Adyoug eykpidnke 1o Vpriv;

H CHMP £kpive OTI Ta o@&EAN Tou Vpriv unepTepOUV TWV KIVOUVWV NMou guvdEovTal Je auTd Kal
€10NyNOnKe Tn xopnynon adeiag KUKAoOQopiag yia To ev AOYyw GpApuako.

Moia péTpa AapBavovTal yia TV ac@PaAn Kal anoTEAECHATIKA XPRoN Tou
Vpriv;

H napaokeudoTpia Taipeia Tou Vpriv 8a napaoyel eknaideuTIKO UAIKO 0 OAOUG TOUG YIAaTpoUG Kal TouG
aoBeveic nou NpoOKeITal va Xpnoldonoinoouy To Vpriv, e To onoio Ba Toug EVNUEPWVEI Yid TOV TPOMO
dlaxeipiong Twv avTiIOpAgewV Nou ouVOEOVTAl HE TNV £€yXUON TOU papudkou 0Tav auto Xopnyeital kat'
oikov.

ZTNV NePIANWN TV XapakTNPIoTIKWV TOU NPOIiOVTOG KAl To GUAAO odnyi®V Xpnong cUPnepIAn@dnkav
€niong oUCTACEIG KAl NANPOPOPIEC YId TIG KATAAANAEG NPOPUAAEEIG Nou Npénel va AauBavovTal and Toug
ENAYYEAUATIEG TOU TOUEA TNG UYEIag Kal Toug acBeveic yia TNV ao@aAn Kal anoTEAECUATIKN XPron Tou
Vpriv.

MAoinég nAnpoopisg yia 1o Vpriv

>TIG 26 AuyouaoTou 2010 n Eupwnaikn EmTponn xopriynoe adsia KukAogopiag, n onoia IoxUel og
oAOkANpn TNV Eupwnaikr ‘Evwon, yia To Vpriv.

H nAnpnc EPAR Tou Vpriv diaTiBeTal aTov dikTuako Tono Tou OpyaviopoU, otn distBuvan EMA
website/Find medicine/Human medicines/European Public Assessment Reports. [ad NePIGOOTEPEG
NANPOQOPIEC OXETIKA e TN Bepaneia e To Vpriv, diaBacTe To GUAAO 0dnyInV XProng
(oupnepihapBaveral eniong otnv EPAR) 1| ENIKOIVWVAOTE KE TOV YIATPO | TOV (pAPHAKONOoIO 0dac.

H nepiAnyn TNG yv®UNG TNG ENITPONAS 0pPavwy GApPakwy yia To Vpriv diaTiBeTal oTov dIKTUAKO TOMO
Tou OpyaviouoU, oTn dieuBuvon EMA website/Find medicine/Human medicines/Rare disease

designations.

TeAeuTaia evnuépwon TNG nNepiAnywng: 06-2016.
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http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/landing/epar_search.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d124&searchkwByEnter=false&alreadyLoaded=true&status=Authorised&status
http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/landing/epar_search.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d124&searchkwByEnter=false&alreadyLoaded=true&status=Authorised&status
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2010/09/human_orphan_000802.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2010/09/human_orphan_000802.jsp&mid=WC0b01ac058001d12b
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