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MepiAnyn EPAR yia To KOIVO

Strimvelis

KuTTapikd KAGoua ePnAOUTIONEVO WE auTOAoya CD34+ kUTTapa, nou NEPIEXEI
CD34+ kUTTapa d1aPOAUCNEVA PE PETPOIIKO (POPEA, O ONOIOC KWIIKOMOIEI TNV
avBpwnivn aAAnAouxia cDNA ADA

To napodv éyypago anoTeAei olvown TnG Eupwnaikng Anuoaoiag ‘EkBeong AgioAoynong (EPAR) Tou
Strimvelis. Enggnyei Tov Tpdno pe Tov onoio o Opyaviopog a&loAdynoe To pAapuako npotou gionyndei Tn
xopnynon adeiag kukAogopiag atnv Eupwnaikn ‘Evwaon kal diaTunwaoel CUCTACEIG OXETIKA HE TOUG OPOUG
XPNonG. Agv anookonei aTnv Napoxr NPAkTIKWV GUUBOUA®V yia Tov TPOMo Xprnong Tou Strimvelis.

Ma NPakTIKEG MANPOPOPIEG OXETIKA WE TN Xprion Tou Strimvelis, ol agBeveig npenel va oupBoulevovTal
To QUAAO 0dnyIwV Xpnong nou cuvodeUel To GAPHAKO N va ENIKOIVWOVOUV HE TOV YIaTpO ) ToV
(appakonold Toug.

Ti €ival To Strimvelis KAl 0€ NOIEG NEPINTWOEIG XPNOIHONOIEiTAl;

To Strimvelis €ival éva @apuako nou XpnaolKonolEiTal yid TV avTIHET®NION TNG goBapng ouvduaopEvng
avoooavenapkelag AOyw avendapkeiag TG anapgivaong Tng adevoaivng (ADA-SCID). H ADA-SCID cival
Hia onavia kAnpovopikn ndénon atnv onoia undpxel pia aAAayn (HETAAAAgn) oto yovidio nou anaiTeiTal
yla Tnv napaywyr evog evlUpou nou ovopaleral anapivaon Tng adevoaoivng (ADA). Q¢ ek TouTou, Ol
agBeveic €xouv €AAgIWn Tou evlUpou ADA. Adyw Tou OTI n ADA eival ouciwdoug onuaaciag yia tn
d1aTAPNON TWV UYIOV AEUPOKUTTAPWV (AEUKA AIHOCMAipla NOU KATAnNoAEUOUV TIG AOILWEEIG), TO
avooonoinTikd ouaTnpa Twv acBevwv pe ADA-SCID dev AsIToupyei 0woTa Kal, XWpPiG anoTeAeoHaTIKn
Bepaneia, onaviwg eniBi®vouv yia neploodTepa and 2 €.

To Strimvelis xpnoiponoleital og acgBeveic pe ADA-SCID nou dev pnopoUv va unoBAndoulv os
HETAPOOXEUON HUEAOU TwV 00TV JIOTI dev undpyxel KaTaAAnNAog, oupBaTdg, ouyyevng dOTNG.

To Strimvelis nepiéxel KUTTAapa Nou NpoépxovTal and Tov HUEAO TWV 00TWYV Tou idiou Tou agbevolc.
Opiopéva ano Ta kuTTapa (Ta onoia ovopdalovral kUTTapa CD34+) €xouv Tpononoindei YEVETIKA WOTE va
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nepPIEXOUV €va AEIToupyIko yovidio yia Tnv ADA. To Strimvelis €ival éva €idog Gpapuakou NponypEvwv
Bepaneiwv, Nou ovoudleTal «pAapUako yovidiakng Bepaneiac». AuTO To €id0G papuakou dpa HECW TNG
X0pnynong yovidiwv oTov opyaviouo.

Agdopévou Tou HIkpoU aplBpol acBevwyv pe ADA-SCID kal, dpa, TnG onavioTnTag Tng acgbéveiag, To
Strimvelis xapakTnpioTnke «op®avod Gapuako» (PpApPaAko To Onoio XpNCIYoNOoIEiTal 0 ONAVIEG
aoBeveleg) aTig 26 AuyoUuoTou 2005.

Mwg xpnoiponoigital To Strimvelis;

To Strimvelis xopnyeiTal yovo pe 1aTpIKA cuvTayr kai n Bepaneia 6a Npénel va NnpayuaTonolgital Hovo
o€ €EEIOIKEUPEVO KEVTPO HETANOOXEUCEWY and yiaTpd We neipa otn Bgpaneia Tng ADA-SCID kai otn
Xpron autol Tou €idoug papudakou.

Ma Tnv napackeun Tou Strimvelis cuAAéyovTal dUo deiypaTa JueloU Twv 00TV Tou acBevouc, £va yia
TNV NApackeur Tou Strimvelis kal €éva e@edpikd deiyua os nepinTwon nou To Strimvelis dev pnopei va
xopnynosi i dev €ival anoTeAeopaTiko. To Strimvelis ynopei va xpnoiponoin®ei povo yia Tn Bepancia
Tou agBevoUc TOU 0Moiou 0 HUEAOG TWV 00TV XPNOIJONoINdnKe yia TNV Napackeur Tou gapudakou. To
Strimvelis xopnyeiTal pe éyxuon (evoTdAagn) didpkeiag 20 AenTtwv o AERa. H ddon eEapTartal anod To
oWHaTIKO BApog Tou acgbevouc.

Mpiv anod Tn xopnynon Tou Strimvelis, ol aoBeveic unoBaAAlovTal o Bepansia NnposToigaaciag ve €va aAAo
@apuako, Tn BouocouApavn, yia va anoBAnBoUv anod Tov opyaviouod Toug TA KN QUOIOAOYIKA KUTTApd
HugAoU TwV o0TWV. AHECWG NpIV ano Tn Bepaneia xopnyeiTal eniong oToug acBeveic £va avTioTAPIVIKO
ME €vean yia va PeIwBei o KivOuvog aAAepyIK®V avTIOPACEWV.

MNa nepioodTEPEC NANPOPOPIEC, avaTpeETe aTOo PUAAO 0dNYIWV XPHOoNG.
Mwg dpa 1o Strimvelis;

Ma Tnv napackeun Tou Strimvelis guAAéyeTal éva deiypa puehol Twv ooT®WV ano Tov acBevi. 'EneiTa,
€EayovTal ano Ta KUTTapa Tou puehoU TwV ooTwV KUTTAapa CD34+ (kUTTapa Ta onoia pnopouv va
napdyouv Aepg@okUTtTapa). '‘Eva AsiToupyiko yovidio yia Tnv ADA sigayeTal ota kKUTTapa CD34+ e TN
Xpron €vog €idoug 10U Nou ovoualeTal pETPOIOG Kal £XEl TPONOMNOINOEI YEVETIKA WOTE VA UETAPEPE! TO
yovidio ADA oTa kUTTapa kai dev NPokaAei I0yevh vooo oTov avBpwno.

Apou xopnynBei Eava os pia AEBa Tou acBevolg, To Strimvelis yeTaQEpeTal HEOW TNG AINATIKAG
KUKAOQOPIag oTov HUEAO TWV 00TWV Onou Ta kUTTapa CD34+ apyifouv va avantuooovTal Kal va
oxnuaTifouv QuaoioAoyikd Asu@okUTTapa Ta onoia pnopolv va napayouv ADA. AuTd Ta AspggokuTtTapa
BeATIwVOUV TNV IKAVOTNTA ToU agBevoUc va KatanoAgpd TIC AOIMWEEIC KAl UE auTOV Tov TpOMo va
EenepAoel T CUPNTOHPATA TNG NABNONG Nou OXeTI(ETAl JE TO AvogonoInTIkO cUoTnua. Ta anoTeAéopaTa
avapévovTal va diatnpndoulv kab' 6An Tn didpkeia {wnhg Tou acbevouc.

Moia sival Ta oPéAn Tou Strimvelis CUNPWVaA HE TIG HEAETEG;

Ta o@éAN Tou Strimvelis kaTadeixbnkav og pia kUpIa HEAETN 0TV onoia ouppeTeixav 12 aoBeveic pe
ADA-SCID, nAikiag and 6 pnvav €wg nepinou 6 eTwv. O1 agBeveic Nou oUMETEIXaV oTn HEAETN dev
gixav katdAAnAo dwpnTr HUEAOU TWV 00TWV KAl N eVAAAAKTIKN Bgpaneia ATav avanoTeAEONATIKN 1 dgv
nTav diaboiun. ‘'OAol o1 acBeveic unoBARBnkav os Bepaneia pe Strimvelis kal BpiokovTav akopa v {wn
3 €Tn peTa tn Bgpaneia. To NocoaTd coBapwVv ACINWEEWY EAATTWONKE WETA TN Bepaneia Kal
g€akoAoUBnoe va eAaTTVeTAl KaTd TNV nio JakponpoBeoun napakoAolbnon, Népav Twv 3 ETWV.
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Moiol kivduvol ouvdéovTal e TOo Strimvelis;

H ouxvoTepn aveniBuunTn evépyeia Tou Strimvelis (evdéxeTal va eg@avioTei o€ €wg kal 1 ora 10 atoua)
gival n nupegia (nupetog). O1 coBapeg avemBUUNTEG evepyeleg Tou Strimvelis evdéxeTal va
nepiAapBavouv avTidpdaoelg nou ouvd£ovTadl HE TV auToavooia (0Tav To avooomnoinTiko cuoTnua
eMITiBeTal oTa KUTTAPA TOU idIOU TOU opyavigpou), 6Nwc algoAUTIKN avaipia (xapnAoi apiBuoi epubpwv
aidooaipinv AOyw TnG ungpBoAika ypryopng didonacrc Toug), anAacoTikn avaiyia (xapnAoi apiBuoi
KUTTApWV Tou aipatog Aoyw BAAGBNG Tou pugAoU Twv 00TwY), NnaTiTida (PpAeypovr) Tou nnaTtog),
BpopBonevia (xapnAog apiBuog aigoneTaliowyv) kal ocuvdpopo Guillain-Barré (BAGBn ota velupa n onoia
Jnopei va odnynoel o€ novo, Joudiaoua, HUIKA aduvayia kai duokoAia oTo Badioua).

To Strimvelis dev npénel va xpnoiponoleital oe aobeveig ge Asuxaipia (KapKivog TV ASUK®OV
aigoo@aipiov) f JuehoduonAaaia (€va €idog diaTapaxng Tou HUEAOU TwV 00TWV) | aoBeveic nou
g€naoyxav and auTeg TIG NaBhoeIg oTo NapeABOvV. Aev nNpEnel va XpnoIUOMNOIEiTAl 0 a0BEVEIG Nou £Xouv
BeTIKO anoTEAEOUA o€ EAEYXO Yia Tov 10 TNG avBpwnivng avoooavendapkelag (HIV, o 16G Nou NpoKaAei
AIDS) 1 kanoleg AAAeC AOINWEEIC, 1 0 aoBeveic nou €xouv UNoBANBEi NPoNyYoUHEVWG O YoVIDIAKN
Bepancia.

O nARPNG KaTaAoyog TwV NEPIOPICUMY KAl TWV AVEMIBUNNTWY EVEPYEINV NOU Ava@EPONKAV HE TO
Strimvelis nepiAapBaveral ato UAAO 0dnyI®V XPAONG.

MNa noioug Adyoug eykpidnke To Strimvelis;

H Enitponr ®apudkwy yia AvBpwnivn Xprion (CHMP) Tou OpyaviopoU €kpive OTI T OPEAN Tou
Strimvelis unepTepoUV TWV KIVOUVWV NMOU CUVOEOVTAI HE AQUTO KAl €I0NYNONKE TNV €YKPION TNG XPNONG
Tou &v AOYw Ppapudkou aTnv EE. To Strimvelis napéxel Tn duvaToTnTa iaong nou BEATIWVEI TN
A&IToupyia Tou avogonoinTikoU CUCTAKATOG yia Toug acBeveig pe ADA-SCID, pia ansiAnTikn yia Tn {wn
naenon. Ta anoteAéopata and Tnv KUpia JEAETN deixvouv OTI To Strimvelis gival anoteAeopaTikd oTn
BeATiwon TNG eniBimwong Twv acBevwv pe ADA-SCID. Avagopikd Je TV ac@aleia, To Strimvelis gyive
OXETIKA KAAG avekTd av kal Ta dedopEva gival neplopioPeéva AOYw Tou HIKpoU apiBuol Twv acBevmv nou
HeAETABNKav. Adyw Tou OTI To Strimvelis napayeral ye xprion evog peTpoiol, 6a pnopoUos va unNdap&el
duUVNTIKOG KivOUVOG KApKivou NpoKAAoUHEVOU anod akoUoIeC HETABOAEG TOU YEVETIKOU UAIKOU, av Kdl €wG
Twpa dev £XOUV NAPATNPNOEi TETOIEG NEPINTWOEIG. YNApXEl eniong o duvnTikOG KivOUvog avanTuéng
autodavoong voogou. QoTdoo, £xouv AneOei YETpaA napakoAoUBNoNG avTioToIXWV GUHBAVTWV PETA TN
XPron TOU PapHAaKou HECW EVOG UNTPWOU ACBEV®V YIa TN MEAETN TNG HAKPONPOBECUNG NPoOdoU TOUG.

Moia pérpa AapBavovral yia Tnv ac@aAn Kal anoTEAECHATIKA XPRoN Tou
Strimvelis;

KaTapTioTnke ox€dio diaxeipiong kKivOUVoU MPOoKEIJEVOU va diaopaAioTei 0TI To Strimvelis
XpnoidonolgiTal Je Tov ac@aAéoTepo duvaTd Tpono. Bdoel Tou oxediou auTou, oTnv nepiAnyn Twv
XAPAKTNPIOTIKWV TOU NPOoidvToG KAl aTo PpUAAO odnyiwv Xprong Tou Strimvelis cupnepiAneBnkav
NMANPOPOPIEC OXETIKA HE TNV AaoPAAEId KABWC Kal PE TIC KATAAANAEG NpoPUAAEEIC Nou npEnel va
AauBdavovTal and Toug enayyeAUATIEC TOU TOPEA TNG UYEIAG Kal TOUG agBevEic.

EnminAéov, n napaokeudoTpla Taipeia Tou Strimvelis 6a napaoyel ekNaideuTIKO UAIKO YId TOUG agBevEig
Kal TOUG eNayyeAUATIeEG UuyEiag Ne NANPOQOPIEC Yia TO PpApHAKO, EVW ol acBeveic Ba npenel va
unoypdagouv €va &vTuno ouykaTadeong npiv and Tnv evapgn Tng Bspaneiag. H eTaipeia Oa Tnpei eniong
£€va unNTpwo acBbevwv nou unoBAnBnkav os Bepancia pe To Strimvelis kal 6a NapakoAouBei TAKTIKA TNV
npood06 TOUG WETA TNV XOpNyNon TNG Bepansiag yia va HEAETAOE! TN HAKPOXPOVIA AOPAAEId TOU
(PapuaKou.
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NAoinég nAnpo@opisg yia To Strimvelis

H nAfpng EPAR Tou Strimvelis d1aTiBeTal oTov dIKTUAKO TOMNo Tou Opyaviopou, otn disuBbuvon
ema.europa.eu/Find medicine/Human medicines/European public assessment reports. INa NepICOOTEPEG
NANPOQOPIEG OXETIKA UE TN Bepaneia ye To Strimvelis, diaBdoTe To PUAAO 0dnyIWV XProng
(oupnepihapBaveral eniong oTnv EPAR) 1| €NIKOIVWVNOTE WE TOV YIATPO N TOV (PpaApPakonolo odg.

H nepiAnywn Tng yv®KUNG TNG ENITPONNG 0ppavmv papudakwy yia To Strimvelis diaTiBeTal gTov SIKTUAKO
Tono Tou Opyaviopou, oTn disuBuvon: ema.europa.eu/Find medicine/Human medicines/Rare disease
designation.
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http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/003854/human_med_001985.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000456.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000456.jsp&mid=WC0b01ac058001d12b
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