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Cerdelga (eAiyAouorarn)

Avaokonnon Tou Cerdelga kal aitioAoyiko €ykpiong otnv EE

Ti eival To Cerdelga kal 0€ NOIEG NEPINTMOEIG XpNOIMONoOIEiTaAl;

To Cerdelga €ival pdpuako nou XpnoIKonoIEiTal yia TN HAKpoxpovia Bepaneia TG vooou Gaucher Tunou
1 og eviAIkeg kal og naidid nAikiag 6 eTwv kal dvw, Badpoug TouAdaxioTov 15 kg, Twv onoiwv n vooog
EAEYXETAI ENApKWG Pe Bepaneia evQUMIKNG unokataoTaong (ERT).

H vooog Gaucher gival yeveTikr nddnon katd tnv onoia &va Ainidio nou ovoualeTal YAUKOGUAKEPANidIo
(N YAUKokePEPRPOOIiSIO) CUCOWPEUETAI OTOV 0PYAVIOUO, GUVRABOWG OTO fNAp, 0Tov ONAfva Kai ata ooTd.
AUTO NpoKaAei cupNTOUATa ONWCG avaipia (XapnAa snineda epubp®v aigoo@alpivyv), KoNnwan, eUKOAN
dnuIoupyia JwAwnwyv, dI0YKWAN TOU ONANVa Kdl ToUu ANartog, Novo oTd 00Td KAl KaTtayuartd. H vooog
npokaAeital and Tnv €AAeIwn evog evlUpou nou euBuveTal yia Tn diaonacn Tou Aimidiou.

H vooog Gaucher gival ondavia kal To Cerdelga €xel XapakTnpIioTei «oppavo papuako» (papuako nou
XpnoigonolgiTal o€ onavieg nabnoeig) oTic 4 AskeuBpiou 2007. MeplocOTEPEC NANPOPOPIES YId TOV
XapakTNPIoUO evOG Ppapudakou wG op@avou PNopeite va BpeiTe oTov SIKTUAKO TONO Tou EMA.

To Cerdelga nepigxel Tn OpaAaCTIKN oudia eAlyAouaTdaTn.

Nwg xpnoiponoieital To Cerdelga;

To Cerdelga pnopei va xopnynOei povo pe 1atpikn ouvtayn. H évap&n kai n eniBAeywn Tng epaneiag 6a
npénel va NpayuaTonolgital ano yiatpo Pe eunelpia otn diaxeipion Tng vooou Gaucher.

To Cerdelga diaTiBeTal o yop®n Kawakiwv nou AayfavovTal ano 1o oToud. Asv npénel va AauBaverai
0€ oUVOUAOUO HE YKPEINPPOUT N ToV XUMO Tou. IMNa va AaBouv Bepaneia pe Cerdelga, Ta naidid npénel
va gival og Bon va katanioUv Ta kawakia. Mpiv and Tnv évap&n Tng Bspanciag, o acBevig unoBAaAAeTal
o€ €E€Taon yia va npoadiopiodei n TaxuTNTa KE TNV onoia diacndTtal To ¢ApHako GToV opyaviouo Tou. Ol
€VNAIKEC aoBeveic Twv onoiwv 0 opyaviopog diacnd To GApUako PE QualoAoyikn TaxUuTnTa AauBavouy 1
Kawakio dU0 QOPEC TNV NUEPT, EVW Ol A0BEVEIC TwV onoiwv 0 opyaviopog diacnd To pAapuUako apyd
AauBdvouv 1 kawdakio pia gopd TNV nuépa. Ta naidid Twv onoiwv 0 opyaviouog diacnd To GApPUAKO HE
qualoloyikn TaxuTnTa Aappavouyv 2 kaywdkia dUo PopEG TNV NUEPT, EVM EKEIVA TWV OMOIWV 0O
opyaviopog diacnd To pAapuako apyd AapBavouv 1 kawdkio dia gopd Tnv nuUEpa.
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O1 aoBeveig Twv onoiwv 0 opyaviopog diacnd auTo To GApuako NoAU ypriyopa (acBeveig e «unepTaxeia
peTaBoAikn ikavoTnTa») dev npénel va Aappavouv Cerdelga. Eniong, acBeveic nou dev £xouv unoPBAnBei
o€ €EETAON N TWV OMoiwv Ta anoTeAéopaTa TnG EETaong dev eival aagn dev npenel va Aaupavouv auTd

TO QPApPHAKO.

Ia nepIocOTEPEG NANPOYPOPIEC OXETIKA PE TN Xpron Tou Cerdelga, ouPBoUAeUBEiTE TO PUAAO 0dNYIWV
XPNONG 1 ENIKOIVWVAOTE JE ToV yIaTpd 1 Tov pappakonold odg.

Nwg dpa 10 Cerdelga;

H dpaoTikn ouaia Tou Cerdelga, n eAiyhouoTdarn, dpa avacTéAlovTag Tn dpacn evog eviUhou nou
CUMMETEXEI OTNV Napaywyn Tou Aimidiou YAUKooUAKepapidio. ENeidr) n cucowpeuon Tou v AOYw
Almdiou og dpyava 6nwc o onAnvac, To nNap Kal Ta ooTd NPoKAAEi Ta CUPNTWHPATA TNG vooou Gaucher
TUNou 1, n PEiwon TNG NAPAywyng Tou GUUBAAAEI aTnV NPOANWN TNG CUGOWPEUCNG, ENITPENOVTAG KAT'
auToOVv TOV TPOMO TNV KAAUTEPN AITOUpyia TwV NPooBANBEVTWY Opyavwy.

Moia €ival Ta opéAn Tou Cerdelga cUpNP®WVA HE TIG HEAETEG;

Ano peAétec npokunTel 0TI To Cerdelga €ival anoTeAeopaTikd oTn Bepansia Tng vooou Gaucher TUnou 1,
OUMNEPIAAPBAVOPEVNC TNG MEIWONG TOU YEYEBOUG TOU DIEUPUHEVOU OMANVA KAl TOU fNaTtoc.

Se Jia YeAETN oTnv onoia peteixav 40 acBeveic nou dev gixav AdBel kata To napeABoOv Bepaneia yia T
vOoo Gaucher TUnou 1, ol acBeveig nou ¢é\apav Cerdelga napouciacav peTd ano 9 pnveg Bepaneiag
Meiwan Tou Pey€Boug Tou anAnva kaTtd 28%, og oUyKpIon YE au&nan Tou Pey€Boug Tou onAnva kaTd
2% yia Toug acBeveic nou éAapav €IKoVIKO gapuako (gikovikn Bgpaneia). O1 acBeveic nou €AaBav
Cerdelga napouciagav €niong BeATiwon og AAAEG ev3EIiEEIC TNC VOOOU, ONWC UEIWON TOU PEYEBOUG TOU
nnartog kar augnuéva eningda aipooeaipivng (TG NPWTEIVNG TWV EpUBPWV AIHOCPAIPiWV NOU PETAPEPEI
0oEuyovo).

Mia aAAn PeAETN €E€Taoe TNV €nidpaon Tou Cerdelga og 159 aoBeveic Twv onoiwv n vooog nrav
ENAPKWG EAEYXOMEVN HE TN Xoprynon Bepaneiag evIUMIKNG UNOKATACTACNG. S€ AUTAV TN MEAETN, N
vO0OoG napépeive atabepn oTo 85% Twv acbsevwv nou dAha&av Bepancia kal EhaBav Cerdelga yia €va
£€T0C, KABWC Kal 0To 94% TwV acBsvwV Nou Guvexioav Tn Bepaneia ev(UUIKNAG UNOKATACTACNC.

Mia nepaitépw PeEAETN o€ 51 naidid nAikiag 2 €éwg 17 eTwv Pe vooo Gaucher TUnou 1 kal TUnou 3 €deIEe
oTI To Cerdelga avauéveral va dpdoel oTa nNaidid Je Napopolo TPONo ONwE KAl GTOUG EVIAIKEC.

Moiol kivduvol cuvdéovTal Je To Cerdelga;

Ma Tov NARpPn KAaTaAoyo TV aveniBUPNTwV EVEPYEIMV KAl TWV NEPIOPICHOV MOU £XOUV avapepOEi Y To
Cerdelga, oupBouAeuBeite To PUAAO 0dNyIWV XProNG.

H nio ouyvr aveniBuunTtn evepyeia Pe To Cerdelga eival n duoneyia (kaolpa), n onoia pnopei va
ennpeacel €wg kai 1 oToug 10 eviAIkeg kal nepiogdTepa anod 1 ora 10 naidid.

To Cerdelga dev npenel va AauBaveral and opioPEVOUG aoBeveic e NNATIKG NpoBARMATa fj anod acgbeveicg
nou AauBAvouv CUYKEKPINEVA PAPUAKA Nou PnopoUV va eNNPEACOUV TNV IKAVOTNTA TOoU opyaviopoU va
dlaonaocel To GApHAKo.

lMNa noioug Adyoug eykpiOnke 1o Cerdelga oTnv EE;

Ano TIG yeAETeC npokUnTel 0TI To Cerdelga €ival anoTeAeouaTiko 6gov apopd Tn BeATiwon Twv
OUMNTWHATWY TNG vooou Gaucher TUnou 1 oTnv nAgiovoTNTa TWV £VNAIKWV Nou dev €ixav unoBAndei os
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nponyouuevn Bepaneia, kaBwc kal 6oov agopd Tn diaTApnon TG oTabepdTnTAC TNG VOOOU OTNV
nAslowneia Twv evnAikwv nou eixav unoBAnBei oTo napeABOv oe Bepaneia ev{UUIKNAG UNOKATACTAONG
(ERT). QoTb00, Pia peiowneia acbevwv (nepinou 15%) nou petéBnoav ano Tnv ERT oto Cerdelga dev
avtanokpibnkav BEATIOTA PeTA ano Bepaneia evog €Toug. MNa Toug ev Aoyw aoBeveig Ba npenel va
e€etaoTolV Kal AAAeg BepansuTikEG enAoyEG. 'OMol o1 agBeveig nou petaBaivouv and Tnv ERT oTo
Cerdelga 6a npénel va napakoAouBoUvTal TakTIKA yia €EEAIEN TNG VOOOU.

‘Ocov apopad TNV acgPaAeia, ol aveniBUUNTEG EVEPYEIEG NTAV WG €Ni TO NAgIOTOV AMIEG KAl GUVTOUNG
didpkelag. QoTdoo, n eTaipeia nou eynopevletal To Cerdelga npénel va dIEPEUVNOEI NEPAITEPW TN
HaKpoxpovia acpAaleia Tou @apudakou.

O Eupwnaikog Opyaviopog ®appudkwv kpive 6T Ta o@EAn Tou Cerdelga ungpTepPoOUV TwV KIVOUVWV NOU
ouvO£ovTal JE auTod Kal €I0NYNBNKE TNV €yKpion Tou v Adyw ¢appakou otnv EE.

Moia pérpa AapgpavovTral yia Tnv ac@aAAn Kal anoTeAECHATIKA XpPRON TOU
Cerdelga;

H eTaipeia nou gunopeleTal To Cerdelga Ba napdoxel 0Toug yiaTpoUG Nou avaueveTal va
ouvTayoypagproouVv To pApuako £vav odnyo ouvTayoypa@nong, oToug de aoBeveiG 0TOUG 0Moioug
ouvTayoypageiTal To ¢Aapuako, 8a napdoyel pia kapta acevolc. AUTO To ekNAISEUTIKO UAIKO Ba
BonBnoel va diaopaAioTei 0TI HOvo ol aoBeveic Ye voogo Gaucher TUnou 1 unoBailovTal os Bepancia pe
Cerdelga kair 0TI To Cerdelga dev xpnoidonolgiTal og opIoUEVOUG AOBeVEIG e NNATIKA NpoBAnuaTa ouTe
XPNOIKoMoIEiTal o€ cuvdUAoHO PE PAPPAKA NouU PWNopoUv va PETABAAOUV onUavTika Ta enineda Tou
Cerdelga oTo aipa. H eTaipeia 6a Tnpei eniong apxeio Twv acbevwv nou ehaBav Bepaneia pe Cerdelga
NPOKEINEVOU VA €EETATEI TN HAKPOXPOVIA ACOPAAEId TOU PAPHAKOU.

TNV NepiAnWn TwV XapakTNPIOTIK®WV TOU NpoidvTog Kal oTo GUAAO odnylwv Xprnong CUNNEPIANPOnKav
€nionG CUCTACEIG KAl NANPOYPOPIES YId TIG KATAAANAEC NPOPUAGEEIC Nnou Npénel va AauBavovTal and Toug
ENAyYYEAUATIEG TOU TOPEA TNG UYEIAG KAl TOUG A0BEVEIG yIa TNV aoPaAn KAl anoTEAECUATIKR XPRon Tou
Cerdelga.

'Onwg yia 6Aa Ta papuaka, Ta dedopeva yia Tn xpnon Tou Cerdelga TeAoUv und cuvexn
napakoAouBnaon. O1 avenBUPNTEG eVEPYEIEG Nou enionuaivovTal he To Cerdelga a&loAoyouvTal
NPOCEKTIKA Kal AapBavovTtal OAa Ta anapaitnTa YETPA yid TNV NpooTacia Twv acBevav.

Noinég nAnpo@opieg yia 1o Cerdelga

2Tig 19 Iavouapiou 2015 xopnynBnke oTto Cerdelga ddeia kukAopopiag, n onoia IoxUel o€ OAOKANPN TNV
EE.

MNeplocodTepeG NANpogopisg yia To Cerdelga diaTiBevTal oTov d31adikTuako Tono Tou Opyaviopou, aTn
dieuBuvon: ema.europa.eu/medicines/human/EPAR/cerdelga.

TeAeuTaia evnuépwaon TNG avaokonnong: 11-2024.
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