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H yovidiakn Bepaneia o f-Bulaooaipia

‘Eva eknawdeutikd @uAAddio yia tov acBevi
Eloaywyn

O npdogateg e€eAi&elg tng yovidlakng Bepaneiag otn B-Oalacoaiuia €pepav tnv eAnida
Ot oL noAupetayyl(opevol aabBeveic pe B-OaAacoatpia, oto dueco péEMov, Ba €xouv tnv
T0XNn Kat TV enthoyn yla pia oplotiki {aon kat pia {wnh xwplc tnv avdykn tng ouvexoug
Bepaneiag.

Edw kat pepikd xpdvia, n yovidlakn Bepaneia napouaiddetatl wg pia noAAG unooxdpevn
Bepaneia yla tnv {aon apkeTwWy cofapwv vOowv Kat 13Laitepa yovidLaKWV OLaTapaxwy.
YApEPQ, PEPIKA and Ta nLo NETUXNPEva Npoidvia TG yovidlakng Bepaneiag yia KANPOVOULKES
yoVvIOLaKEG Olatapaxéq elval autd yia Tl npwtonaBeic avogoavendpkeleg 6nou n yovioLakn
Bepaneia ndn @dvnke va elval cwtipta, npokaAwviag dpapatiki BeAtiwaon tng uyeiag Kat
Tn¢ notdtntac {wnc.

KAnpovoplkég dlatapaxég tou ad@BAnatpoetdn, YuikA atpogia onovOUMKAG oTAANG Kat
n algoppo@ia anoteAolv peplkd GMa napadeiypata énou Bpiokel BEon n yovidlakn
Bepaneia. Autd divel ouolddn eAnida yia peMoviikn Bepaneia oplopévwy GAwV YEVETIKWY
KOTaOTAOEWV.

Mapd twv e€eAifewv autwy, n yovidlakn Bepaneia dev €xel akbpa xopnynBel we dlaBéatun
Bepaneia énw¢ avapevétav. Ta teAeutaia xpdvia, wotdoo, 0 aplBPOG TWV TPEXOUCWY
KAWIKWV OOKIUWV TG yovidlakng Bepaneiag €xet au&nBel paydaia kat ot aoBeveic o™ dAo
Tov Koo lvatl noAU evBouactaopévol, and tn pia nAeupd pe atolodogia kat eAnida kat ang
v dAAN glval yepdrot pe avnouxieg OXETIKA e TNV anoteAeopatikdtnta, TNV ac@dAela Kat
v npoofactydinta, avag@épovtag pévo autd.

«0t aoBeveic Kat ot opyavwoels Twv aoBevav eivat and toug nio €vBepUOUG UNOOTNPLKTES
NG €peuvac Kat Ing avdntuéng tng yovidlakrig Bepaneiag. To dpeAog Toug dev eivat va ndpet
&vav entatnpoviko Titho N Babud, va kepdioouv xpAuata A akdua Kat v npwrornopia. To
dpedoc touc givat n BeAtiwon Tn¢ uyelag Kat N avTiPETWONon piag anetAntikic yia t {wn
agBévelag, atoxevovtag tnv (aon napd tn @povtida»

(EGAN, Gene Therapy and Ethics: The Patient View. A tool for public dialogue, July 2009).

AuTé 10 @UAAGSLO nou dnpoupynBnke and tn AeBvn Opoonovdia tng Oalacoatuiag
(AOO, Thalassaemia International Federation-TIF) pe tnhv unoothpiEn kat tnv
kaBodrynon €KWV PNELPOYVWHOVWY LaTpwv Tng AOB, €xel 0T6x0 TNV evOUVAP®WON
TNG YVWONG Kal NG Katavénong Twv NEPLOCOTEPWY MTUXWV Mou oxetidovial Pe
yovidlakn Bepaneia and toug acBeveiq ye BaAaooaluia o” 6Ao Tov KGaHoO.

Méoa and autd 1o @uAAAdLo, kKataBdAAetal kGBe duvatn npoondBela and th AOB va
OleUKpLv(oeL, e TNV UNOOTAPLEN TwV ENOTNPOVWY / LlaTPWV CUPBOUAWY TNG, 0TO HETPO
tou duvatoy, ta Brpata otn dladikacia nou odnyolv o€ auth TN véa PL{OOMNACTIKA
Bepaneia kat va anavticel o 60eg epwtnoelg eival duvatdv kat ato BaBud nou eival
duvatdv og autd 1o xpoviké onpeio. ‘HOn NoANEG epwTAoELG €xouv NpokUYEL and Toug
aoBeveic 0" 6Ao Tov KOOMO, PECW TNG Naykoopag €peuvag tng AOO oxetikd pe tnv
anodn twv acBevwyv yia n yovidlakn Bepaneia.
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[ovidlakn Bepaneia o f-BoAacoapic

MoAAég mpoondBeteq yovidiakng Bepaneiag yia tnv (aon tng BaAacoapiag €xouv
yivel péoa otg dekactieg, Wlaitepa ta teAeutaia 20 xpdvia. Mepikeg Egtacav og
dldpopa otddia avantuéng Kat Bpiokovial nA€ov ato nAaiclo tng €peuvag und tn
HOP@N KALVIKWV QOKLUWV.

Mia ané autég, wotdoo, nou avantixBnke and tnv Bluebird Bio Inc, pia etaipeia
BlotexvoAoyiac kAwikoU-otadiou, oAokAnpwoe npdo@ata pe enttuxia OAEG TG
@AOELG KAWVIKWY OOKIHWV 6nwg opidovtal and tov eupwnaikd puBuLoTIKG @opea
- tov Eupwnaiké Opyaviouég Papudkwyv (EMA). To npoidév tng, ZYNTEGLO™
€haBe, ot 29 Maptiou 2019, BetkA yvwpoddtnon i cuotacn and tov EMA yia
TEMKN €ykplon Kat otig 3 louviou 2019 xopnyrnBnke ddela kukAogopiag and tnv
Eupwnaikn Enttponn. OLacBeveic kal oL olkoyEveLleg unopoUV va XpNoLonotioouv
autd 10 @UAAGDLO WG 0dnyd yia Nepatteépw culnTNoELG yia Tn yovidlakn Bepaneia
ME Toug Bepdnovieg Latpoug Toug.

(- L . )
levetko undpaBpo vooou

H opoduyn B-Oahacoawuia n peidova OaAacoapia eival pia yevetkn dlatapaxn
ToU afgatog nou npokaAsitat and tnv KAnpovopld' OUo  peTaMayuévwy
(eAaTtwpatikd, pn Asttoupyikd) yovidiwv tng B-aAucidag® (éva and tov KaBe
yovea). Q¢ anotéAEopa autng TNG YEVETIKAG OLOTAPAXNG, 0 0PYaVIOPOG pnopel
va napdyet Alyn n kaBéAou @ualoloyikn atpoo@apivn tou evidika (HbA), n
onolia givat anapaitntn yta tn peTagopd tou ouydvou o€ 6Ao T0 Cwia.

O aoBeviAg pe auth tn yeveukn diwatapaxn xpelddetat Tn @povtida and
LaTPOUG NMOAAWYV 0IKOTATWY Kal Ynopel va entBloel eni Jakpdv Yovo PeE TIG
OUOTNHATIKEG petayyioelg epuBpdv (RBCs) nou nepLéxouv tn UGLOAOYIKA
awdoo@atpivn A Kat npogpxoviat and eBeloviég uylelc 06teq alpatog.
EnwnAéov, dtav ta petayyildpeva epuBpd oAokANpwoouv Tov KUKAO NG
{wng Toug oto aiya, KataotpEgovtat
(Mio  @uolohoykn  dladikacia otov
opyaviopd)  eAeuBepwvoviag TNV
awgoo@atpivn toug Kat 1o 6idnpd Toug.
‘Etol, enmnpdoBeta, ot aoBeveic autol
xpetdovtatouvexn, KaBnuepviyladAn
n {wn toug Bepaneia anoodnpwong,
Wote va anopakpuvetal n nepiooela
adnpou, n onoia av napapeivel xwplg
avupetdnion npokaAel oofapn BAGRN
{wTKWv opydvwy Kat odnyel og uPnAd
nooootd voonpdtnTtag Kat MPWLUOUG
Bavdrtouc.




‘Ocov agpopd tTnv optotikn (aon, pExpL Npdo@ata, n pévn anodektn Bepaneia {aong
yta in B-OaAacoatuia eival n xopnynon otov acBevi apx€yovwy Kuttdpwy anod 1o
MUEAO TwV 00TWV EVOG UYyLOUG 00TN, dladlkaoia yvwaotn PE ToV 0p0 PETAPOOXEUON
pUgAOU TwV 001wV (BMT)? A PETANOOXEUON APXEYOVWY ALMOMOINTIKWY KUTIApWY
(HSCT) (neploodtepeg NAnpo@opieg 0To OXeTIKO EKNaldeuTikd @UAAGDL0 Thg AOB3).
Qotéo0, 10 KaAUTEpa anoteAéouata autng tng dtadikaociag npokuntouv étav o
d6TNG eivat NAnpw¢ oupBatdg adeApdc’. ‘Evac nAnpn oupBatdg adeAgog eivat
duvatdv va Bpebei og Atydtepo Tou 30% twv acBevwyv prag xwpag. Atadikaoieg mou
Xpnatponotovv dAAoug TUnoug 00TwV (evaAAakTikol d4TeC) pe otdxo va aveBdoouv
10 N0000T0 Twv acBevwv Nou Ba pnopoloe va wEeANBel and n petapdoxeuon,
elval neploplopéveq o€ Aya HETAUOOXEUTIKA KEVIPA ava@opdc.

H yovidlakn Bepansia eivat €va moAuavapevouevo Ovelpo yla Toug acBeveig
NG naykooulag kowotntag tng OaAacoaipiag kat anoteAel pia dAAn dtadikaocia
0pLOTIKNG (aong, ave&dptnta and Toug NePLoPLopols N niBaveg avemBupnteg
EVEPYELEG MOU EPMAEKOUV TN PETAUOOXEUON, OAAG QUOLKA QEPEL TIG DIKEG TNG
avnouxieg Kat NPokKANCeLg nou xpetddetal va aulntnBouv dle€odikd peta&l Twv
EOIKWV Kal TWV aoBevV.

Tueivau n yovidiakn Bepaneia; @

YnéBaBpo: n yovidiakn Bepaneia €xel peAeTnBei yla SLAPOPEG YEVETIKEG VOOOUG
and 1o 1980. Ané téte €ywvav neplocotepeg and 1800 peA€teg yovidiakng Bepaneiag.
Ektetapéveg KAWIKEG OoKlpéG yovidlakng Bepaneiag otn B-OaAaccawuia
gyKpibnkav 1o 2012.

Eivat pia Owndikacia, 6nwg vwpitepa ava@épBnke, nou GoTOXEUEL GTNV
{aon yevetkwv voonpdiwv pe thv aviikatdotach R d6pBwaon (editing) Tou

eAattwpatikoU N pn-Agtoupytkou yovidiou oto DNA tou agBevi. Ltnv nepintwon
ng B-OaAaccawpiog pia avwpalia (uetdAAagn) oto yovido Tng B-aAucidag
€xelL WG anotéAecpa Tn Peiwon R tnv anoucia Tng digoc@alpivng nou ivat pia
npwreivn {WUKNAG ohuaciag atov opyavigpo yla th petagopd tou oguydvou. Edv
auté To yovidlo avtikataotaBel and €va dAAo Aettoupyikod, téte avapéveral 6Tt n
napaywyn Ing apgocs@aipivng Ba anokatactabei kKat katd cuvénela, Ta epubpd
awgog@aipia tou acBevoug Ba £xouv @uUaGLoAoyiKA Aettoupyia.

‘Otav kat ot Vo yoveig eival @opeig NG BaAaooatpiag, £xouv 25% niBavétnta o KGBe KUNoN va @Epouv
nawdi ye Bahacoawia. Ma tnv anoguyn ndoxoviog nawdloy, ta Ceuydpla NPENEL va eAEyxovial yla tn
OaAacoaiuia npwv anogacicouv va dnutoupyncouv otkoyévela. O @opéag tng BaAacoaluiag eAéyxetat
€UKoAa pe anAn e&€taon aipatog.

H petapdoxeuon tou puehol TwV 00TWV AvVa@EPETAL NIONG wG AANOYEVAG PETAUOOXEUTN OPXEYOVWV
aHOMOINTIKWY KUTIApWV ylati xpnaotdonotoUvial apx€yova kUttapa and évav «dAAo» (EAAnVIKN AEEn yia
10 «other») d6tn. H yovidiakn Bepaneia, and tnv dAAn, xpnaowonolel apx€yova KUTtapa Tou {dlou Tou
acBevn, ta onoia entotpégovial otov acBevn Pe autdAoyn petapdoxeucn («auto» givat EMNVIKA AEEN yla
10 «self»).

AOO (TIF) Eknawdeutiké @uAAddio No 1: ‘Metapdoxeuon pueAol Twv ooty yia tn B-Oaiacoapia’.

‘Evag nAipng oupBatdg adeA@dg d6tng eival €vag adeA@adq i adeA@n tou acBevn, Tou onoiou ta kKUTtapa
€xouv 1a (Ola XapaKINPLoTIKG Tou cuotipatog LotooupBatdtntag HLA pe ekeiva tou acBevi. Ta HLAs
eival npwieiveg nou Bpiokovtat otnv enavela oxedov OAWV TwV KUTIGPwV Tou opyaviopou.
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AnAn neptypapn tng dtadikaoiag:

1. ZuM\oyn aipatog and tov acBevn: KUTttapa and ta onoia dnuloupyeital to aipa
N apx€yova alhonotntikd KUTtapa nou npogpxoviat and 1o HUEAS TwV 00TwWY
(to @ualoAoykd Toug «onitl») Tou acBevi GUAAEyovIAL and TO NEPLPEPLKO
alya kau kaBapiovial oe e&eldikeupeva epyaotnpia. lpwv an’ auth tn
dladkaaia, xopnyouvtat otov acBevi €01KA @APPAKA Mou Klvntonolouv A
dleyeipouv Kat fonBouv ta apx€yova KUTTapa va petakivnBouv and 1o HUEAS
0T0 NEPLPEPLIKO alpa npokeldévou va cuAexBouv. ‘Ooo peyaAltepog sival
0 aplBUOC TV apx€yovwy KUTIApwV Mou cUAAEyovial kat unofdAAoviat
oe ene€epyaoia oto €EEOIKEUPEVO EPYAOTNPLO, TO00 MEPLOCOTEPES ival
ot nmBavdtnteg enttuxiac tng yovidlakng Bepaneiac. ‘Exel anodewxBei oe
KALVLIKEG DOKLIMEG OTL 600 peyaAUtepn givat n «d6on» Twv «dlopBwpEvwv»
apXx€yovwy KUTtdpwv nou gyxvovtal otov acBevi, 1éoo peyaAltepn gival n
€K@Paon Tou AeLtoupytkou yovidiou tng B-o@atpivng, To ornoio teAtkd odnyel
otnv uPnAdtepn napaywyn awgoo@alpivng A (HbA) mou Ba pnopouce va
Kataotnoel Tov aoBevi ave€dptnto petayyioewy.
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2. Ail6pBwon Twv KUTIApWV a{paTog 0To EPYACTAPLO: £VA UYLEG / AELTOUPYLIKO
avtiypapo yovidlo tng B-ogatpivng, nou avantuxBnke Und CUYKEKPLUEVEG
ouvBrikeg oe MoAU e&eldikeupeva epyaotipla €wodyetal A PeTa@EPETaL
ota oUMexBevia apxeyova KUttapa (6nwg neplypd@etal napandvw)
XPNOLUOMOLWVIAG €va «OXNPa» N €va @oped, ONwG ava@ePEIaL otnv
eNoTpN. Mikpoopyaviouol, ot piKpdtepoL and toug onofoug eival ot o
KOl MO0 OUYKEKPLPEVO €vag €0IKOC tUnog and autolg, nmou ovopdlovial
Aevioiol, xpnolpedouv WG 10 OXNPA N O POPEAG yla TNV €l0aywyn Tou
Aettoupylkou yovidiou ota ouMexBevia apxeyova KUTTapa nou avagepoviat
and twpa «AlopBwpéva» apxéyova KUttapa. Autég o tUnog Tou ou, npw

5 Yn yovidlakn Bepaneia, ot ol xpnotponololvial wg oxAPata Adyw TNG QUOLKAG LKavetntdg Toug va
OLaVEHOUV YEVETIKG UAKG PE€aa ata KUttapa. MNponyoupévwg, o LG Tporonoleltal YEVETIKG 0TO EpyaoTRpLO
wote va eival BERato 6t Ba pnopel va elo€ABeL 010 aipa tou acBevni Kal va dlaveépEL To UYLEG YovidLo Xxwpig
va npokaAei kdnota BAGBN atov aoBevi 6nwg pia Aoipwén. EEattiag tng xpriong Toug wg €va dxnua nou
METAQEPEL TO UYLEG Yovidlo uéoa ota KUTtapa Tou acBevi, 0 YEVETIKA Tpononotnpévog t0G KaAeltal uko
oxnpa.
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and onotwadnnote ene€epyacia oto epyactnplo, €xel Tn duvardétnia va
HETaPEPEL TO YEVETIKO Tou UAKG oto DNA twv avBpwnivwv Kuttdpwy Kat
va npoKaAel vooo. Qotéoo, dTav XpNOLUONoLE(Tal WG QPOPEAG OTN YOVIOLOKA
Bepaneia, o 16¢ autdg Tpononoteital YeVETIKA OTO EpYAoTRPLO yLa va Yivel
EVIEAWG akivOuvog kal ao@aAng ya tov agBevn, étav Ba xpnoionotnBel
va PETAPEPEL TO AstToupyLkd yovidlo (to yovidlo enmAdoyng) ata cuAAexBévta
apxeyova kuttapa. Otav auth n dwadikacia oto epyactiplo oAoKANpwoEl,
0 acBevng npénel va npoetolactei and toug Latpouq yia va ‘dextel’ nicw
oTNV KUKAo@opia Tou aipatog tou/tng, autd ta yeveTtlKd Tponomnotnpéva
(dopBwpéva) apxéyova KUTtapa ta onoia nePLEXouv 10 ‘Owotd A
Aettoupytko yovidio. H diadikacia auth KaAeitat autéAoyn petagdoxeuon®.

AutbAoyn Evavil aAAOyEVOUG PETAUGOXEUONG

Ytnv nepintwon NG yovidlakng Bepaneiag, ta
apxéyova kUttapa tou acBevn ‘dlopBuvovtal dnwg
avagépBnke napandvw Kat enavaxopnyouvial PEod
otnv KukAo@opia tou/tng (autéAoyn’) oe avtiBeon pe

(BMT) 6nou ta apxsyovo KUTtapa and gvav d0tn (Nx o e
adeA@d) xopnyouvial oTtnv KUKAo@opia Tou aipyatog tou
acBevn. Mo €0Kd, 1a ‘oUMexBEvta’, "dlopBwuéva’
apx€yova kUTtapa pé€oa ota onoia €xel petagpepBel
T0 )\slroupyLKo yov1610 G B-ogalpivng, pe tn BorBela Tou ukoU @opéa,
enwotpéovial niow otnv KUkAogopia tou aiuatog tou acBevi (6nwg pia
petdyyion aipatog). Autd ta kUttapa Bpiokouv 1o dpAHO TOUG NPOG TO HUEAS
TWV 00TWV Tou aoBevi, nou eival 1o QUOKG Toug onitt kat ouviopa apxiouv
va napdyouv epuBpokUTIapa Nou NePLEXOUV TNV UYLA aldoo@atpivn.

3. MNpoetowacia acBevolg/ NponapackeuaoTiké oxApa: npwv and tn AAYn
TwV "oUMEeXBEVTWY ‘dlopBwpévwy’ apxéyovwy KuTtdpwy niow oto owya
TouC (autdAoyn petapdoxeuon), o aoBevig unofdAetal o pia dladikaoia
oTo voooKkope{o n omoia kaAe(tal pueAoKatactoAl N PUEAOKATAGTAATIKG
NPOMNAPACKEUAOTIKG oxApa. Autd npoecTtolpddel 10 PUEAS TwV 00TWV
Tou aoBevh va dextel ta yeveukd tponononuéva apxéyova kuttapd. To
NPOMNUPUOKEUAOTIKG OXNpa anoteAsital and xnpetoBepaneutikd @dappaka
(ouvABwg xpnaowonotouvtal otnv OykoAoyia) kat givat anapaitnta ya va
ekpll{wBouyv (kataotpagoulv) NARpwC Ta undpxovia BaAacoalydika apxéyova
KUTtapa, va dnpoupynBei o anapaitntog Xxwpog 010 HUEAS TwWV 00TWV yLa
Tnv gykatdotacn Kat avdntuén twv dopBwpévwy apxEéyovwy KUTtdpwy.
H eykatdotaon peydAou apBuol diopBwpévwv apxEeyovwy KUTIApwyY GTO
HUEAS Twv 00TV Tou acBevA eival npoanattoUPevo yla Thv napaywyn
awoo@aipivng o uPnAd (Bepangutikd) enineda, €va npoanattoUPEVo yia
Tnv enttuxia Ing yovidiakng Bepaneiag.

5 AutéAoyn petapdoxeuon onpaivel 6Tt To HOOXEUHA NPOEPXETAL and autAoya YEVETIKG Tpononotnpéva KUTtapa.

7 Autéhoyn-H AéEn eivat EMnvikig kataywyng. O optopég ivat akplBwg ‘autdg nou onpaivel eautdg Kat ‘Adyog
nou onpaivel oxéon. ‘Etol n évvola oxetiCetal Pe Tov €auto.

& AMoyevic -Oplopdg-oxnpatiZetat alMou and exkel nou Bpioketat.
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“ b Jwyartidla popa
HsC / Aevrolou
P e @ levetikd
aMiepyela ot d (poronotriueva
tHSCs

€ XnuetoBepaneia

)

/
/
HSC= Awonotntikd apxyova kuttapa

Yxnpa: MNovidiakn Bepaneia otn BaAacoawuia (Persons DA, Nature 2010)
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[oviolakn Bepaneia: Khvikee pehetec & AnoteAéopata

Aedopéva and ta anoteAECHATA TWV KAWVIKWY OOKLPWY Mou npayuatonotiBnkav
and tnv Bluebird Bio Inc. €dei&av ot yetd tnv eloaywyn tTwv «0lopBwpevwv»
apxEyovwy KUttdpwyv o€ noAupetayyllopevoug aoBeveiq pe B-Oalacoalpia oto
nAaiolo tng dtadikaaoiag yovidlaknig Bepaneiag:

|. H nAgwovdtnta twv acBevadyv (4 otoug 5) pe tn Aydtepo cofapn pop@n tng
vooou (autol pe yovotuno pn BY/BY i aAwg B+) €xouv yivel avegdptntol Twv
petayyloewv ap€owg PeTd In yovidlakn Bepaneia.

. Ot neploodtepol aoBeveic pe T coBapdtepn popyn BaAacoatuiag (dnAadn
ol aoBeveig mou €xouv tov yovétuno BY/RY kat nou cuviBwg dgv Napdyouv
kaBoAou awpoogatpivn A) dev €ylvav otnv npayuatikétnta ave&dptntol and
TG yetayyloelg. MNMoAAoi and autolqg, wotdoo, eixav onpavilkn peiwon otnv
€TN0la avdykn Twv PETayyioewy TOUG.

Meploodtepeg Slabeoiueg nAnpoopieq £wG OAUEPA OXETIKA HE TIG NPOOQATEC
e&elieig: To ZYNTEGLO™ eival 1o véo npoidv tng douleldg tng Bluebird Bio Inc
Kat elval n véa Bepaneutikn enthoyn yia toug acBeveic pe peidova B-Oalacoatpia
Bdoel tng petagopdq evog AsttoupytkoU yovidiou B-o@aipivng ota kKUttapa Twv
aoBevwyv. Xpnoldonowwviag £vav Aevioid @opea, AELToUpylkd avilypaga €vog
Tpornonotlnyévou yovidiou B-o@atpivng npootiBevial ota apxeyova KUTIapa Tou
aoBevoug, avipetwnidoviag €10t TNV UNoKeluevn yeveTkn attia tng vooou.

Aedopévou ot gival pla moAU nponyuévn Kuttapikn Bepaneia, autd Ba npénet
va xopnyeitat yévo oe eEIOIKEUEVO KEVTPO Bepaneiag and watpd pe eunelpia
0T UETAPOOXEUON CPXEYOVWY ALUOMOINTIKWY Kuttdpwy. To ZYNTEGLO™ Ba
xpnatpyonotnBei, BAoel Twv ONPOCLEUPEVWY MANPOYOPLWYV MoU NEPLypdpovTal oTo
npoidv, yla acBeveic nAkkiag 12 e1wv Kat dvw pe €aptpevn and tn Petdyylon
B-OaAacoatuia (TDT), nou dev €xouv to yovétuno B°/ B° kal dev €xouv LotooupBatd
HLA-86tn.

Ot ouxvoTtEPEG PN aLPATOAOYIKEG aventBUPNTEG EVEPYELEG NOU mapatnpnBnkav
OTIG HEAETEG PE TO NPOIdV autd Atav:

» gropatitda ( @AeypovA oToUaToC)

* gunupetog oudeteponevia ( NUPETS Katd th dLdpKELd TNG oUdETEPOMEVIAG)

* eniota&n (awoppayia and tn putn)

* pAeBoano@paktiki vooo Tou ANATog

* KOIWALOKO AAyoG

Na onpewwBel ot 6Aeg oL avenBuunteg evépyeleg oxetiCoviav HE TO
MPOMNAPACKEUAOTIKGO OXNpa Kat OxL Pe 1o mpoidv Tng yovidlakng Bepaneiag
(Aevtoikd yovidlo ogaipivng). Eniong, dAeg autéc ot avenBUUNTEG eVEPYELEG
unoxwpnoav Pe N xwplg Bepaneia.

-g-
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H Betikn yvwpoddtnon and tnv Enttponn @apudkwy yia AvBpwnivn Xprnon (CHMP)
Tou Eupwnaikot OpyaviouoU ®apudkwy (EMA) yia to npoidv ZYNTEGLO™, otig
29 Maptiou 2019, €ival éva evdidueco Bripa ya tnv npéofacn twv acBevwv
otn yovidakn Bepaneia. H Betkn yvwpoddtnon dwapBdotnke otnv Eupwnaikn
Enttponn nou xopriynoe tnv ddela kukAowopiag, otig 3 louviou 2019.

Yudntioelg Aowndv tpa Ba EekivAoouy yia tnv avelpeon KEVIPWVY NMou NAnpouv
10 €MOTNUOVIKG / aTpkG / moloTkA Kpunpla yia tn die&aywyn yovidlakng
Bepansiag kat yla TG ano@Aoelg OXETKA PE TNV TWUA Kat TNV anolnpiwon oto
eninedo KABe kpdtoug péAoug. TEtoleg oulntioelg alyoupa Ba AapBdvouv unéyn,
TNV UNdpxouca Katdataon 6cov agopd Tov ENNOAACUS Kal To kKAaTog nepiBaAding
TWV 00Bevaiv o€ Pla xwpa Kat tov nBavé pdAo /xprong autol Tou Npoidviog wG
Bepaneutikn npoogyylon oto nAaiolo tou €BvikoU cuoTApaTog uyeiag TNG XWpPag.
KAwikée peléteg Eekivnoav eniong yia th dpenavokuttapikn vooo( AN-SCD),
av Kal akOpa Bpiokovial o€ Mo NPWIPa otddla o€ OUYKPLON HE TIG HEAETEG OTN
BaAacoaipia. Ot dwadikacieg mou xpnotponotovviat eival {dleg Pe autég mou
€xouv neplypa@el vwpltepa napandvw, n xpron dnAadn Aevioitv QopEwv Kat
autéAoyng PETAPOOXEUONG.

Kdotoc

OAeg oL mponyueveg KuttaplkéG Bepaneieg, oupneplAaup

yovidiakng Bepaneiag, eivat apketd danavnpég, Adyw tou uPnAol Kéatoug
avantu&ng Kat napaywyng.

‘Eva onpaviiké pEPOG tou ouvoAlkoU KOotoug tng yovidlakng Bepaneiag
npokUMTEL and to uPnAA KOOTOG TOU LLKOU QOPET, OXETL(OUEVO E TNV NOCOTNTA,
Tov TUNo Tou @opéa o onoiog npénet va dlaBetel peydAn e€edikeuon yia tov
dvBpwno Kal Twv anartnoewv ac@dAelag, anoteAeouatikétntag oUpgwva
ME TG OXEUKEG puBUioElG OUUMOPYWONG PE T QAPHAKA MPONYHEVNG
Bepaneiag (ATMP) kat to GMP (Good Manufacturing Practice-npaktikn KaAig
KOTAOKEUNG).

EnwnAéov, n yovidiakn Bepaneia avapévetal va yivel no npootti ta endpeva
Xpovia KaBwg véa npoidvia Ba eykpivoviat kat 0 au&npEvog aviaywviopog HETa&u
TwV NpopnBeutwy, niBavétata Ba euvonoel Tn Peiwaon TNG TLUAG TOU MNPOIBVTOG TNG
yovidLakng Bepaneiag.

Evd 10 kKdoToG TG yovidiakng Bepaneiag pnopel apxikd va @aiverat uPnAd, pia
MEMOVTIKA PElwan Tou KOOTOUG NAPAOKEUNG Kal N BepaneuTikn / Hakpoxpovid
duvaptkn tou Ba pnopoucav va 0dnyAcouv akponpdBeopa oe anotauleUoELG, oL
onoleg pe n oelpd Toug Ba pnopodcoav va SLEUKOAUVOUV TNV £YKPLON TOU and To
Kpdtog-tapeio nou Ba anolnyLdveL.

-10-



Q0t600, N HaKPOXPOVLA ANOTEAEOUATIKATNTA KAl TO KOOTOG

NG akopa xpetddetat va a&lodoynBouv NpoKeLEVOU
Va €XOUHE HLa Mo o@atplkn dnoyn pakponpdBeopwy
ENUITWOEWV 0T0 CUCTNHA UYELOVOULKNG Nep{BaAying.




Avnouxiec-npoPAnpatiopol

Mepikd BEpata ao@dAelac €xouv avakUEL Ta TPEXOVTA €In Mou oxetioval Pe T
yovidlakn Bepaneia kat autd neptAapBdvouv:

i. Tnv NBavn nap€uBacn tou uylolg yovidiou oe dAAa yovidLa.

il. I NBaveg nNpwipeg A pakponpdBeopes eMMAOKEG NG xnueloBepaneiag
nou xpnotpgonoteitat nptv and tn dtadikacia tng yovidiakng Bepaneiag (m.x.
ooBapEg AopWEELG R atpoppayia, HELWPEVN YOVIUOTNTA, OPHOVIKEG AAAAYEG).

Andyetg aoBevav
Ta anoteAéopata tn

Ou andyelg twv aoBevv anodeixBnkav p€ow tng avdAuong Twv anaviioewy nou
€\aBe and 1.000 ouppers’xovrsq oty teleutaia €peuva nou Ole€iyaye n AOO
psroEu TWV ps)\wv NG o€ 62 XWpeG o~ dAo Tov Koopo
Ou neploadtepot aaBeveig nAkiag 12-20 xpovwv dev Ntav eEO0IKELWPEVOL PE TN
yovidlakn Bepaneia kat ot Aiyot nou yvwpllav €ixav NEPLOPLOPEVN YVWON.
Ot neplogdtepol acBeveic nAkiag 21-50 e1wv Atav KaAUTEPA EVNUEPWEVOL,
OMd akOua PE PN ENAPKEIG YVWOELG OXETIKA e Th yovidlakn Bepaneia
kat e&€ppaocav @OBouc Kal apefaldtnta oxeUKA PE TIG MAPEVEPYELEG TNG
xnpeoBepaneiag (n.x. anwAewa PaAAMWy, OTEWPOTNTa), Th XPACh Tou UKoU
(OpPEQ Nou NPoEPXeTaL and tov 16 tng avBpwnivng avocoavendpkelag (HIV) kat
Tou niBavou Kvduvou avantuéng KapKivou yia Toug vedtepouq aoBeveic.
Kat ot U0 NAIKLOKEG opadeg eotiacav otnv anoteAeopatikotnta tng YeBodou
WG Mpog Tn petatponn wng véoou toug o€ ave€dptntn Twv PeTayyioEwy Kat
entBupouoav va yvwpidouy:
i. Ta Kputipla €via&ng Kat anokAelopoU
il. T KEVIPO Kal Ta KPLAPLO MOU Ta EMTPEMOUV VA MPAypatonolicouv n
yovidlakn Bepaneia kat T€A0G
iii. e€€ppacav T BaButepeg avnouxieg TOUG WG MPOG TO AV Kalt akOupa ot
KUBEPVNOELG €loNyayav autny TNV NPooEyyLon oto NAA{oLo Twv CUCTNUATWY
TNG UYELOVOULIKNG NEP{BaAPnc, n nAslovdtnta autwy Nnaykoopiwg sivat kat
Atav €00 Kal HEPLKA XpOvLa, KATw and OLKOVOULKEG MECELG NpoonabBwviag
va enutixouv KaBoAKnA KAAuyn.

Yuvontikd, ta €upnpatd pag unootnpifouv tn onoudaldInta va MapEXOUNE

acBeveic Aentopepn eknaideuon yia tn yovidiakn Bepaneia AapBdavoviag
eniong undyn 1o yeyovog 6Tt NoAAOl CUUHETEXOVIEG OTLG EPEUVEG, aveEAPTATWG
nAkiag, e€€ppaocav onpavitkd @oBo o onolog oe NOAAEG MEPINTWOELG O@eAETaL
0€ Napavonoel; oxetlkkd pe tn yovidlakn Bepaneia, Toug KvdUvoug Kat Tig
MapeVEPYELEC.




AMec npooeyyioelc avupetwniong factopévec ae yoviola

2APEPT, AAAEG YoVIOLOKEG npooeyyioelc yla tn Bepaneia yevetlkwv aoBevelwv
Bpiokovtat und e&EMEn. H ene€epyaoia Tou yovidiwpatog, yia napddelyua, ivat
pla dAAn npooéyyion nou Baciletat o€ yovidla. Entpénel otoug entotipoveg, oto
€pYAOTAPLO, VA aVILPETWN{ooUY TNV att{a Kat Oxt YOvo Ta CUPNTWHATA YEVETIKWY
aoBevelwv eKTEADVTAG €va €(00G YEVETIKAG XELPOUPYLKAG yia th d6pBwon Twv
BAaBwv tou DNA. Texvikd, Ta epyaieia enegepyaoiag tou yovidLdpatog Pnopouv
va aAAd&ouv yovidia npooBEToviag, avilkataotwviag Kat / A agalpwviag Tynpata
DNA., dropBuivovtag £tot tn yetdAAa&n nou eivat ungvBuvn yia TNV npéKANoN NG
vooou. To teAeutaio cuotnua ene€epyaoiag Tou yovidiwpatog ovopdletat CRISPR
/ Cas9. Anpoatelpata yla tnv texvoloyia autd avagépouv 6Tt eival taxutepn,
@Bnvitepn Kat akpBEatepn oe oxéon pe onotodnnote dAAo cuotnpa. Eniong,
glvat texvikd eUkoAn otn xpAaon, yeyovog nou onpaivel 6L pnopel va eivat npootth
o€ €va peydAo aplBud entotnudvwy Kat epyactnpiwv. To onyavitkdtepo ivat 6t
autn n Texvoloyia akdua avantiooetat Kat mBavov va XpelaoTovv HEPLKA Xpovia
npotou n d16pBwaon Tou yovIdLWHATOG HNOPETEL VA wPEANCEL AETa TouG aoBeveic
ME ondvieg aoBéveleg oupnepAapuBavouévwy Twv acBevwyv pe BaAacoatyia.

Av Kat noAU s)\ntﬁo(popa TEXVIKN, PE MBava g

€va psyo)\o @dopa ps)\)\ovnmv KALVLKWV .y ‘a 6 %
EPAPUOYWY, ONUAVILKEG ~ EMNLOTNHOVIKEG - ,’h.
NPOKANCELG NpEneL va &enepactolv npotou * AN
w@eAnBoUv ol acBevelc amd autd v ' '\ a °99
texvikn. Mpdogata (2018), n npwtn KAWLKA - e s
doKlA nou xpnotyonolel tnv ene&epyaacia € 'y
ToU YyovIdlWMaTog yia yovidlakn Bepaneia | L B b
tn¢ B-BaAacoatpiag Eekivnoe otn leppavia z | S "eg

1] -

(ClinicalTrials.gov Identifier: NCT03655678).

‘Etol, ol npooeyyioelg nou Baaidovial yevikd oto yovidiwpa €Xouv ENLNTWOELG YLa
TG €BVIKEG Kal TG dleBveig kowvdTnTeG. MNpwWiUeg CUCNTAGELG yia TNV ao@AAELa, Ta
nBKd ¢NTAPATA, TIG ENNTWOELG, KAl T0 KOGTOG MPLV and TNV EL0aywynA autwyv Twv
TEXVIKWV 0TnV KAWVIKA npdén, Ba npénet va eival npotepaldtnta 6xt Povo yla Toug
KALVIKOUG, TOUG €MLOTAPOVEG, TOUG NBLKoUG, Toug unguBuvoug xdpa&ng NoALTIKAG,
aAAd MoAU NepLOGOTEPO Kal yla Toug acBevelg.

Enopévwg, o péioc tng AOO eival dlaitepa onyaviikog yia tnv a&léniotn
Kal €yKalpn evnpépwon KL eKnaideuon Kat o otevh ouvepyacia ue KABe
€BvIKN opydvwon acBevwv o 0Ao tov KOoUo yia Tnv Evapén kat die€aywyn
NpWIHWY cu{nticewv e enayyeAdatiec uyeiag kat eBvikoUg @opeig xdpa&ng

NG uyelag.
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/Xpliotpsq Loto0€Aideg:

U.S. National Library of Medicine
https://ghr.nlm.nih.gov/primer/therapy/genetherapy

Wikipedia
https://en.wikipedia.org/wiki/Gene_therapy

Medscape
https.//www.medscape.com/viewarticle/911116

U.S. Food & Drug Administration - Cellular & Gene Therapy Products
https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-

products

European Medicines Agency Gene Therapy Working Party
https://www.ema.europa.eu/en/node/4853

NIH Clinical Trials Register
https://clinicaltrials.gov/

EU Clinical Trials Register
https.//www.clinicaltrialsregister.eu/

Zynteglo®
Qttps://wvvvv.zynteqlo.eu/

Na onowadnnote ep@tnon Kavn avatpo@odotnon NAPAKAA®D
EMKOWVWVNAOTE padl pag
Tel: +357 22 319 129  Fax: +357 22 314 552
E-mail: thalassaemia@cytanet.com.cy

Website: http://thalassaemia.org.cy
f(l Jwb(m oag Zxer onpasia ya z(wig?.'




Exnawevukd guAAddia

AAAa SLaBéotpa eknatdeuTikd @UAAGSLa

Eknawdeutiké @uAAddio 1:
Metapdoxeuon pughoU twv 0otwv otn B-Oaiacoatuia

Exknadeutiké @uAAddLo 2:
lovidiakn Bepaneia otn B-Oalacoatuia kat oe AAAEG OLATAPAXEG TNG ALOcPaLpivng

Eknaideutikd @uAAdadio 3:
KAwikEG pehéteg otn B-OaAacoaipia

Exknadeutiké @uAAddLo 4:
Anoaodrnpwan Kat eKTiUNon tng unep@OPTWonG aldrpou otn B-Baiacaatpia

Eknaideutiké @uAAddio 5:
Hnaukn véoog otn B-OaAacoatuia

Exknadeutikdé @uAAddLo 6:
0 éAeyxog pe Mayvntikn otn B-BaAaccatpia

Eknawdeutiké @uAAddio 7:
AnoteAeopatikog EAeyxog opydvou otn B-OaAacoatpia

Exknadeutiké @uAAddLo 8:
H aopdAeia tou aipatog otn BaAacoatpia kat g AAAEG OLaTAPAXEG TNG ALOoEaALPivng

Eknaideutiké @uAAdadio 9:
[MpdAnyn tng @alacoatuiag kat AAAwv dlatapaxwv TNG alpgoo@alpivng

Exnawdeutiké @uAAddio 10:
NEa @dppaka kat n enidpacn toug atnv naBo@uctoAoyia Kal AVILPETWLON TNG
OaAacoatuiag




To Exnadeuuko Npoypappa g A0B (cv ouviopia)

H AweBving Opoonovdia Oalacoawpiog (AOCO) €xel avantUéel €va deBvag
avayvwpLoPEVO eKNALBEUTIKG NPAypapua, Ue atdxo tn dia Biou Napoxn uKalpLwyv
eknaideuong oe enayyeApatieg uyeiag, aoBevelq Kal TG OLKOYEVELEG TOUG, Kal TNV
eualoBntonoinon twv @opgwv xdpa&ng NOALTLKAG Kat TNG KOWGTNTAG YEVIKOTEPQ.
Autd cupnepthapBdvouy:

1 Zuvédpla kat epyaathipla (€Bvikd, neplpepelakd, dlebvn)

2 Ynotpooieg kat MNpoypdupata MpaktikAg KaBodrynong
a. Ynotpogia P€vlo I'kaAavéAo (Renzo Galanello Fellowship Programme)
B. Mpoypdupata MNpaktkng KaBodnynang ACO

3 HAektpovikn MdBnon
a. HAektpovikn Akadnpuia AOG (TIF e-Academy)
i. Thal e-course yia aoBeveig/yoveig
ii. HAektpovikd paBnpata (E-courses) yia enayyeAuatieg uyeiag
iii. Epappoyn Thalia Mobile App
iv. Wnplakn BiBAoBrikn ACG

QY NA YYMMETAXXETE: https.//thalassaemia.org.cy/education/

é?ﬁ%ﬁﬁﬁﬁﬂ Thal e-Course for patients
FEDERATION

Become an expert
& patient!

&

Expert patients can delve deep into the whats and whys

af their condition and make meaningful decisions about
their health. Very importantly, expert patients can play a
key role in the improvement of health, social, economic
policies related to their condition and quality of life,




Exdooeic ing AOO

A Short Guide for
the Management of
\ Transfusion Dependent
& THSL £ F0R THE o o Thalassaemia (TDT)
FADHL JOOMDFRTFY = 15 1
LSS ‘

Cell Disease

MQY NA MAPATTEIAETE: https://thalassaemia.org.cy/publications/tif-publications/
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Aiya Aéyua ya  AeBvi Opoonovdia OaAasoawpiag (A0B):

AOO

ATMOXTOAH

OPAMA

H AieBvrig Opoonovdia Oahacoapiag eivat pia MKO nou 1dpUBnke 1o
1986 and €vav pikpd aplBud acBevwv Kat OLKOYEVELWY, EKMPOCWNWY
EBvikov ZUAGywv Baiacoawpiag tng Kunpou, EAGdag, Hvwuévou
Baoweiou, HIMA kat ItaAiag, xwpeg otig onoleg autég oL aoBeveleg
€XouV avayvwplotel wg onyavtikd {Athua yua th dnudota uyeia kat
6nou ta Npwrta npoypdupata ya tnv npdAndn kat n dlaxeipion
e@apuéoTNKav.

H BeAtiwon tng enBiwong Kat tng nodtntag {wNG Twv aoBevav Ye
BaAacoatpia péow NG NPowBnaoNg Kat TG UNooTNPLENG:
* 1n¢ eknaideuong, TNG guvnyoplag Kat avantu§ng LKavothTwy Twv
aoBevav Kat Tnv euateBntonolnon TwV OLKOYEVELWV TOUG
* npoypdupata eknaideuong yla v Kowvétnta,
* TNG ouvepyaoiag e TG EBVIKEG, NepLPepELaKES Kal OLEBVEC apxEq
uyeiag n onoia otoxeuel
a) va dwoel npotepadtnta otn  BaAacoawia ot  €BvIKA,
neplpepelakd kat dleBvn npoypdupata vyeiag
B) otnv avdntuén Kat e@apuoyn €BVIKWV €OIKWV Npoypaupdtwy
yLO TOV anoTeEAEOPATIKG EAyX0, MPOANYN KaL oALoTIKA @povtida,
EPEUVNTLIKWV MPOYPAPHATWY Kal HEAETWY NOU EMNKEVTIPWVOVTAL
otnv oAikn anoBepaneia
y) otnv kaBiEpwon tng {ong npdoBaong Tou KABe aocBevolg pe
BaAacoawia oe uPnAA nowdtnta uyeiag kat unnpeoieq
KOWWVIKAG MEPLUVAG MOU Mnapexovial MECW MNPaydatkd
ENKEVIPWHEVWY 0TOUG a0Bevelc cuotnudtwy uyeiag.

H kaBiépwon tng wéuung npodéofacng kdBe aoBevolug pe
BaAaooaipia og uPNARG NotdTNTag UNNPEGIEG UYE(OG KAl KOWVWVIKNG
MEPLUVAG MOU NApPEXoVTal HECW NPAYUaTIKA ENKEVIPWHUEVWY GTOUG
aoBeveic ouotnpdtwy uyelag.

To neptexdpevo autou tou Eknatdeutikou GuAradiou yia tov AdBevri pe titho «H yovidiakn
Bepaneia otn B-Oalacoaiuia kat os dAAeg Olatapaxég tng awpoogaipivng» eknpoownel
TG andyeLg Tou/nG ouyypagea LUovo Kat givat anokAstotikr ubuvn tou/tng. As pnopel va
BewpnBei 61t aviikatontpilet 1 andyYeic tng Eupwnaikri¢ Enttponnig ri / kat tou EkteAeatikoU
Opyaviopou KatavaAwtav, Yyeiag, Mewpyiag kat Tpogiuwv i onotoudninote dAAou opydvou tng
Eupwnaiknc Evwong. H Eupwnaikr Enttponn kat o Opyavioudg dev anodéxovtat kauia euBivn
yta tn Xprion Twv nANPo@opLwV Mou rnePLEXEL.
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AR < . ZuyXPNHATOSOTABNKE aTTd
*mﬁ, o 3 } To MNpoéypappa Yyeiag Tng
THAL'A *a* Eupwraikig Evwong

Auté 10 Eknatdeutiké GuANGdLo yia tov AcBevn pe titho «lovidlakn Bepaneia otn B-BaAacoauia Kat
GG OLaTapaxeg NG aoo@atpivne» EAaBe xpnuatoddtnon oto nAaiolo enddTnong Asttoupyiag and 1o
Mpdypappa Yyeiag tng Eupwnaiknig Evwong (2014-2020)
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