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Xenpozyme (olipudase alfa)
Avaokonnon Tou Xenpozyme Kal aitioAoyIko €ykpiong otnv EE

T €ival To Xenpozyme Kdl O€ NOIEG NEPINTWOEIC XPrOIHONOIEITAI;

To Xenpozyme gival @apuako yia T Bepancia acBevwv YE aVENAPKEIA TNG OEIVNG OPIYYORUEAIVACNG
(ASMD), piac YeveTIKNG NdBnong, n onoia ival 10Topikd yvwaoTh oG voooc Niemann-Pick Tinou A, A/B
kal B. Ynapyouv Tpei¢ TUnol TnG vooou Niemann-Pick (A, B kai C), UE JIAPOPETIKA YEVETIKA aiTia Kdal
OIa@OpPETIKA cupnTwPaTa. To Xenpozyme Xpnaoigonolsital yia Tn Bgpansia agbevwv pe TUno A/B iy TUno
B. MpoopileTal yia Tn Bgpancia Twv cupnTOPATWV TNG ASMD nou dev oXeTilovTal HE TOV EYKEPAAO.

H vdoog Niemann-Pick gival «ondvia» kal To Xenpozyme XapakTnpioTnKe «oppavo Gpapuako»
(pappako nou xpnaoiygonolsital g onavieg nabnoeig) oTic 5 AskepBpiou 2016. MepIooOTE PEG
NANPOMOPIEG YIa TOV XApaAKTNPIOHO EVOG PAPHAKOU WG oppavol PNOPEITE va BpeiTe edw:
ema.europa.eu/medicines/human/orphan-designations/eu-3-01-056.

To Xenpozyme nepiéxel Tn dpaacTikn ouacia olipudase alfa.

NMwg xpnoigonoisiTal To Xenpozyme;

To Xenpozyme xopnyeital Jovo e 1aTPIKR ouvTayr Kadl n eniBAewn Tng 6epaneiag npénel va
npayuaTonolgital and enayyeApaTia uyeiag ge epneipia otnv avTideTonion ™g ASMD 1 aAAwv
KANPOVOUIK®WV HETABOAIK®V diaTapaxwv. To Xenpozyme NpéEnel va XopnyeiTal and enayyeAparia uyeiag
ME NpooBacn o KATAAANAN 1GTPIK UNOCTAPIEN YIa TNV avTIMeETONION niBavev coBapwv avTidpdoswyv
onwg ol avTidpacelg unepeuaiagbnaoiag (aAAEPYIKEG) Nou ennpedlouv oAOKANPO TOV 0pyaviouo (BA.
napaypa@o OXETIKA HME TOUG KIVOUVOUG NapakaTw).

To Xenpozyme xopnyeital ye evdo@AERIa €yxuon (oTdydnv xoprynon) kabe dUo €Bdopadeg. H
OUVIOTWHEVN dO0N €E€apTaTal anod To owHaTikO BApog Tou acBevr). H Bepaneia gkiva e Tn Xopnynon
XaunAng d6ong, n onoia au&aveTtal oTadiakd Ewg OTou eMITEUXOEi N CUVICTWHEVN dOON, OUVHBWG PETA
and 14 €wg 16 Bdouadec. Avaloya ye Tn 060N, n didpkela TG £€yxXuong KupaiveTal YeTa&u 18 kai 220
AenTwv (oxedodv 3,7 WPEG).

Ma NepICOOTEPEG NANPOPOPIEG OXETIKA HE TN XPNON Tou Xenpozyme, OUPNBOUAEUBEITE TO PUAAO 0dNYIWOV
XPNoNG N ENIKOIVWVHOTE JE TOV YIATPO | ToV (pappakonold odag.
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Mg dpa To Xenpozyme;

AOYW WIAG YEVETIKNG HETAAAQENG, ol agbeveic ye ASMD TUnou A, A/B kal B napouaialouv EAAEIYn €VOG
A€IToupyikoU evqUHoU, TNG OEIVNG oPIyyOoNUegAIvaoncg, n onoia undpxel ota AucoowuaTa (MEPN Twv
KUTTApwV TOU Opyaviopou nou diacnouv BpenTikd ouoTaTikd kal dAAa oTolxeia) kai gival anapaitTn yid
Tn d1aonacn opIoKEVWY AINwV. H enakdAoudn cuagowpeuon AINwv aAAdlel Tov Tpono dpdong Twv
KUTTApwV Kal NpokaAei Tov 8avaTtd Toug, ennpedlovTag Tn QUOCIOAOYIKI AEITOUPYIa TWV I0TOV Kdl TwV
opyavwy, cupnepIAaPBavopPEvou Tou ANATOG, TOU ONANva, TwV NVEUUNOVWY, TNG Kapdidag Kal Tou
gyKeQaAou.

H dpaoTikn oucia Tou Xenpozyme, n olipudase alfa, gival avTtiypag@o Tou QuaioAoyikoU evlUpou 6Eivn
O@IYYOHUEAIVAON. AVAUEVETAl VA AVTIKATACTAOEI TO EAATTWHATIKO £€vIUMO TwV acBevwv neplopifovTag
ME auTOV TOV TPOMO TN CUCCWPEUON AIN®V 0TA AUCOCMMATA Kdl avakou@ifovTag opiocHEVaA ano Td
CUMNTOMNATA TNG vOoou. QoTdo0, deV avapeVETal vd BEATIWOE!I TA CUPATWHATA NoU ennpealouv Tov
EYKEQAAO, KABWC To pApPako dev pnopei va dianepdoel TOV AIaTosyYKEPAAIKO @payHod, o onoiog
dlaxwpilel To aiga anod Tov eyYKEPAAIKO 10TO.

Moia gival Ta opéAn Tou Xenpozyme cUHP®VA HE TIG HEAETEG;

To Xenpozyme anodeixOnke 0TI BEATIOVEI TN AEITOUPYIAd TWV NVEUUOVW®V KAl HEIOVEI TOV OYKO TOU
onAnva 1600 og eVAAIKEG 000 Kal o€ naidid.

Se pia kUpla HeAETN oTnv onoia peTeixav 36 evhAikeg ye ASMD TUnou B ) A/B, n BeATiwon Tng
A€IToupyiac Twv NVeUPovwy PeTpnBNKe e€eTadlovTag Tn PETABOAR TNG dIAXUTIKAG 1IKavoTNTAg TWV
NVEUPOVWYV Yia To Yovo&eidio Tou avBpaka (DLco), €va €idoc agpiou Nou XPNOILONOIEITAl OE HIKPEG
NooOTNTEC YIa TN METPNON TNG NOCGOTNTAG TOU OEUYOVOU NOU HETAPEPETAl ANo TOUG NVEUPOVEG OTO aija.
MeTa and £va £1o¢ Bepaneiag, n av&non Tou DLco ATav peyaAlTepn oTnV opada TwvV acgbevv nou
€AaBav Xenpozyme (22% au&non kata péco 6po) o oUYKPION WE TNV opada nou EAaBe €IKOVIKO
Papuako (3% augnon katd péco 6po). Me Baon aAAeg nabrosig nou oxeTi(ovTal HE TOUG NVEUNOVEG, Hid
au&non peyaAuTepn Tou 15% Bewpeital onuavTikn BeATiwon.

EnminA€ov, pyeTd anod éva £1og Bepansiag, o 6YKog Tou onAfva os acBeveic nou £éAaBav Xenpozyme
MEIWBNKE KATA YECO Opo KaTd 39%, evw O0TOUG acBeveic nou €AaBav €IkovikKO @Appako augnbnke kaTta
0,5% kaTa Peco 6po. Me Baon Tn vooo Tou Gaucher (GAAN YEVETIKA VOCGOG KATa TNV onoia
ougowpelovTal Ainn aTtov onAnva kai oe dAAa dpyava), n PJeiwaon Tou OYKOU ToU CGNARvVaA o€ N0OCO0TO
MeyaAuTepo Tou 30% Bswpeital KAIVIKG CNUAvTIKA.

Mia deUTepn KUpIa PEAETN DlevepynONKE Pe TN cuppeToXn 20 aoBevwv nAikiag Katw Twv 18 eTwv (4
€pnpol, 9 naidia, 7 Bpépn/Hikpa naidia) ol onoiol €AapBav Xenpozyme. To ¢papuako napouaiace idio
TpoMo dpdacong Kal gixe Ta idla anoTteAéopara o naidia kai evnAIikeg. Mapatnpnénkav €niong BEATIOOEIG
oTn AgIToupyia Twv NVEUPOVWY KAl 0TOV OYKO ToU OnAnva, e péon au&énon Tng DLco kaTta 33% kal
MEiwon Tou OYKOU Tou onAnva kaTta 49% WPeTd ano éva £1oG Bepancsiag.

Mool kivduvol ouvdéovTal HE TO Xenpozyme;

O1 ouXVOTEPEG avENIBUNNTEG EVEPYEIEG TOU Xenpozyme (eVOEXETAI va EPPAvIOTOUV GE NEPIOCTOTEPOUG
and 1 otoug 10 aoBeveic) eival NOVOKEPAAOG, MUPETOC, KVNOWOG, kvidwaon (deppaTiko eEAavOnua nou
ouvodeleTal and kvnopd), vautia (aiodnua adiabeoiacg), EPETOC, KOIAIAKOG NOVOC, HUIKOG NOVOG Kal
au&nuéva enineda C-avTiIdpwoag NpwTEIVNG oTo aipa (O€ikTNG PAEYHOVNG). & KAIVIKEG DOKIMEG,
avTIdpAoeIG OXeTICOMEVEG HE TNV €yXUOn, NepIAAPBAvVOPEVNG TNG unepeualadnaiag (aAAEpYIKEG
avTiIdOpdoseIg), EPPavioTnkav o€ nepiocdTEPoUG and 1 oToug 2 eVAAIKEG Kal o€ nepinou 2 ota 3 naidid.
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O1 ooBapec aveniBUPNTEC EVEPYEIEC MOU ava@EPBNKAv KaTa TN SIAPKEIQ TWV KAIVIK®OV dOKIJHWV ATav ol
EKTAKTEG OUOTOAEG (MpOoBeTol KApdiakoi NAaApoi Nou dIakONTOUV TOV PUCIOAOYIKO Kapdlako pubuo) oe
€vav aoBevn nou €ixe ndn unooTei BAGBRN oTov Kapdiako pu. =& naidid avaPEpdnKkav ava@uAakTIKn
avTidpaon (aipvidia, coBapn aAAepyikn avTidpaon) kai coBapd NepioTaTika kvidwong, eEavOnuaTocg,
unepeuaiobnaoiag kKabwc kal auEnuéva enineda apivoTpavoPepdacnc TG aiavivng oto aipa (nnatikd
€vlupo). O1 coBapéc avTidpAaceig unepeualocbnaoiag nou cuvdEéovTal U TNV £€yXUON NTAV OUXVOTEPEG OTA
naidid and o,T oToug EVRAIKEG.

Ma Tov NARpn KataAoyo Twv aveniBUuUNTwV EVEPYEINV KAl TWV NEPIOPICH®V MOU €XOUV ava@epOei Je To
Xenpozyme, cUuBOUAEUBEITE TO PUAAO 0dNYIWV XProng.

MNa noloug Adyoug eykpiOnke To Xenpozyme ornv EE;

O1 BepaneuTIKEC EMAOYEC YIia TOUG agBeveic e ASMD €ival noAU NeplopICPEVEG. 'EXel anodeixBei 0TI To
Xenpozyme napexel KAIVIKA onuavTikd opéAn oe aobeveic pe ASMD TUnou B n Tunou A/B, BeATI®VOVTAG
TN A€IToupyia TV NVEUPOVWV KAl HEIWVOVTAC TOV OYKO ToU onAnva. e 6,T apopd TNV acPdaA&ia, ol
avemBuUuNTEG eVEPYEIEC TOU Xenpozyme €ival YEVIKA NMNIEG £WG PETPIEC. EvOExXETal va epgavioTolV nio
ooBapEc aveniBUPNTEG EVEPYEIEG, KUPIWG 0oBapeC aAAepYIKEG avTIOPATEIG, Ol OMNOIEC OPWS BewpouvTal
dlaxeIpioIpeG Je Ta e@appolopeva HETpa eAaxioTonoinong Tou kivduvou. O Eupwnaikdg Opyaviouodg
DapudkwyV EKPIVE OTI Ta OQEAN TOU Xenpozyme unepTEPOUV TwV KIVOUVWV Nou cuvdEovTal HE auTo Kal
€10NYNONKE TNV £YKPION TOU €V AOYw Qpappakou otnv EE.

Moia péTpa AapgpavovTail yia Tnv ac@paAn Kal anoTeAECHATIKNR XpPHon ToU
Xenpozyme;

H napaokeudoTpla €Taipeia Tou Xenpozyme KaAgiTal va dlaveigel EKNAideUTIKO UAIKO OTOUC
€NayYEAUATIEC UYEIAG, TOUC AOBEVEIC I TOUG (PPOVTIOTEC NPOKEINEVOU va ouPBAAel atn diaxeipion Tou
KIvOUVOU gNQAvVIoNG coBapwyv avemBuunTwV EVEPYEIMV, KAl KUPIWG goBapwv aAAEpPYIK®V avTIdOpdoewy
nou axeTtidovTal ge TNV £€yxuon. =€ auTo Ba nepiAapBavovTal NANPoPopPIieC OXETIKA UE Ta onueia kal Ta
ouUPNTOMPATA oTa onoia Ba npenel va dwoouvV 131aiTEpn NPOCoXn, KAB WG Kal TIC CUVIOTWHEVEG EVEPYEIEG
oTNV NEPINTWON €UPAVIONG avemBUUNTWV EVEPYEIDV.

STNV NePIANWN TV XapakTnpIoTIK®OV TOU MPOoioVTOG Kdl oTo GUAAO 0dnyI®V XProng cudnepIAnednkav
€nionNG CUCTACEIG KAl NANPOYPOPIEG YIa TIG KATAAANAEG NPO@PUAAEEIG Mou NpENel va Ad dBavovTal anod Toug
€NAyYEAUATIEG TOU TOPEA TNG UYEIAG KAl TOUG AOBEVEIC yIa TNV ac@aAn Kal anoTeEAECUATIKN XPRon Tou
Xenpozyme.

'Onwg yia 6Aa Ta ¢dppaka, Ta dedopeva yia Tn Xpron Tou Xenpozyme TeAoUV und ouvexHh
napakoAouBnon. O1 NIBavoAoyoUNEVEC aveNIBUNNTEG EVEPYEIEG MOU avaPEPOVTAl yia To Xenpozyme
a&lohoyoUvTal NpoOeKTIKA Kal AayBavovTal 0Aa Ta anapaitnTa PETPA yia TNV NpoaoTacia TwV aoBev®V.

NAoinég nAnpoopieg yia To Xenpozyme

MNeplogdTEPEG NANPOPOPIEG YIa To Xenpozyme d1aTiBevTal oTov dIKTUAKO TONo Tou Opy aviopou, o
dielBuvon: ema.europa.eu/medicines/human/EPAR/xenpozyme.
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