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2710 TTAiolo dievépyelag Tou Auepikavikou 2uvedpiou yia Tnv ‘Epeuva otnv Opaon kai Tnv
Og@baAporoyia (ARVO), Tou é€yive otn Tlouta Twv HINA TOov Mdio Ttou 2025,
TTPAYMATOTIOINONKE Kal N €TACIA cuvavtnon Tng Emotnuovikng, latpikng ZUPBOUAEUTIKAG
Emrtpotn¢ Tng AieBvoug ‘Evwong Au@iBAnoTtpocidoug (Retina International Scientific and
Medical Advisory Board Meeting - SMAB).

2TV &v AOyw Emtpotr) cuppeTéxouv mavw atmd 60 dieBvoug KUPOUG ETTIOTAPOVEG Kal
epeuvnTéG oT0 TEdio TNG OYBaAPoAoyiag TTou eKTTPOCWTTOUV Kopu@aia MaveTTioTAuIa Kal
KAIvikéG o€ TrepioodTepa atrd 30 KpdTn (METAEU auTwy Kal n EAAGdQ). ZTnv eTACIa ouvAvTNON
NG SMAB cupueTéxouv Kal ekTTpoowTrol TG Retina International. & autr) TTapouaoidlovrai
OAa Ta €peuvnTIKA ETTIOTAMOVIKA dedoUEVA Kal 01 EENICEIC 0 KAIVIKEG PENETEC O€ dlIApopa
media BepaTTEIV TTOU APOPOUV OAEC TIC KATNYOPIEG TWV KANPOVOUIKWY EKQUAICTIKWYV
TTaBRoewv Tou ap@IBANCTPOEIDOUC Kal TG WXPAGS KNAIBAG.



Evnuépwon: vedtepa dedouéva via Tic e€gAifelc oTnV EpEuva

1. Tovidiakn Oepatreia TG Ocugen yia Tnv HAIkKiak Ek@uUAion Tng Qxpdg KnAidag
(HEQK) (Age-Related Macular Degeneration (AMD) (AMD) — Dr. Jay Chhablani

Ta mpwTta atroteAéopata ¢ yovidlakng Beparreiag OCU-410 TNG QOPUAKEUTIKA ETAIPEIAG
Ocugen vyia tnv &npou TtUmTou HEQK (dry AMD) otnv @don 1/2 kAIVIKAG MEAETNG,
TTAPOUCIACOVTAl WG APKETA UTTOOXOMEVA: OCU-410 emBpaduvel TNV eEEAIEN TS YEWYPAPIKAC
arpoiag (FTA/GA). ZToxeUoVTaG TNV GAEYHOVH, TO OEEIBWTIKO OTPEG KAl TO CUUTTAEYNO TWV
O1adpouwyV TTABOYEVEIDG, QUTH N «TPOTTOTTOINTIKN» yovidlakr Oepartreia evdExeTal va
otaBepotroifoel TNV A (GA) kai va BeATiwoel TNV 6pacn o€ ouveinKeg XapnAou wTiopou. H
eTaipia/epeuvnTég oxedIAouv va EeKIVIioouv TN @Aaon 3 TNG KAIVIKNG JEAETNG OTIC apXES TOU
é€toug 2026.

2. MehayxpwoTikil Ap@iBAnotposidotrdBeia (Retinitis Pigmentosa/RP) - Paul Yang

2a) Neorepa Sedopéva yia tnv KAIVIKN NEAETN @aong 1/2 TG yovidiakng Bsparreiag mou
avamruoosl N QAPUAKEUTIKN eTaipgia Atsena (urro-au@iBAnorTposidikn xopnyouusvn
yovidiakn Ospareia) yia tn vooo tng Zuyysvoug Auaupwong Néumrep (ZANLCA) mmou
ouvodéceral ue 1o yovidio GUCY2D.

Ta dedouéva épeuvag didpkeiag 12 pnvwv dnpooieltnkav oTo EmoTtnuoviké lMepiodikd
Lancet o 2024. AnuioupynBnke pia WIKPOKOTAOKEUN (WG QTTOTEAECHO TNG £PEUVAG) TTOU
mepIAapBavel To Tpotrotroinuévo GUCY2D cDNA Tou gival o TTapaywyéag TnG TTpwTEivng
KIVAoNG podowivng (TTOU EVEPYOTTOIE KOl TPOPODOTEI TN AcIToupyia TwV uTOUTTOO0XEWV OTOV
QU@IBANCTPOEIDN), OE QVOOKEUOOHUEVO HNXAVIOPO OIOXETEUCNG TWV  TPOTTOTTOINUEVWY
yovidiwv péow adevoiwv (AAVS). H @apuakeuTIKA oudia TTou agloTroienke otnv €peuva
xopnynenke oe 9 eviAikeg e oxnua auéavopévng d6ong, (1x10M0 €wg 1x10M1 avd
o@BaAud) kai emTiTAéov Xopnynonke o€ (3) evAikeg kal oe 3 TTadId otn déon 1x10M1 ava
o@BaAud. H Bepatreia ATav IKAvoTroINTIKA AVEKTH, XWPIG cofapd avemmBuunta cupBavra
(SAEs). O1 TrepiocdTEPEG QVETIOUUNTEG EVEPYEIEG OXETIOTAKAV ME TNV XEIPOUPYIKN
TapEéUPaon - n o@BAAUIK @QAEyhOVA ATAV ATTIO KAl QvOOTPEWIUN ME TNV XPHon Twv
KOPTIKOOTEPOEIBWY. Z€ UYnAr} 60N, o1 acBeveic eppavioav Katd y€oo 6po PeATiwon 20 dB
oTnv doKiyacia euaioBnaoiag oTo WG e TTPOCAPPOYH OTO OKOTAdI, KATA TNV 28N NuéPa, TToU
olatnpnonke yia 12 priveg — 20 dB avtioToixei o 100TTAdo1a BeATiwon. O1 dUo (2) aoBeveig
TTOU avTatrokpiBnkav otn Bepatreia €deiav  pia BeAtiwon katd 40dB (10.000 @opég
MeyaAUuTepn). H dokipacia agloAdynong MLMT 1TpooTéBnKe 01O HECOBIAOTNUA TNG MEAETNG,
oTTOTE dedopéva ATAV BIABETINA HOVO Yia Toug £€1 (6) aoBeveic TTou éAaBav uywnAn déon. Ol
TpEIG (3) atrd autoug Toug acBeveic €deigav péyioTn BeATiwon. H etaipia Atsena oxedidlel kal
TTPOYPAUMATICEl TNV AVATITUEN MIag KAIVIKAG MEAETNG @AonG 3 o€ dIEBVEG eTTiTTEDO.

2B) Evnuépwon yia 1ic KAIVIKEC uEAéTeC @don 1-2 kai 3 Tn¢ sraipia¢c Ocugen ue
urmmoau@ifAnorpocsidikn yovidiakn Bsparrsia: urrepékppaon tou NR2E3 os aoOsveic ue
RP, kabw¢ 6Oswpeitar 01 mapéxel veupompooracia ora pafdia kurrapa
PWTOUTTOSOXEWV.
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Aéka oxTw (18) evAIKeEG ouppeTeixav oTIC @Aoelg 1 Kal 2 piag KAIVIKAG HEAETNG: O1 Oéka (10)
atro autoug £rraoxav amd RHO, ol révre (5) atrd utroAermépevo Tutro NR2E3 kai o1 1peig (3)
pe emmikpaTouv TUTTO NR2E3. Kataypdgbnke éva coBapd avetmiBuunto cuupav — pia coapn
atmrwAela 6paong o€ aoBevr pe uttoAeimopevo TUTTo NR2E3, oxeTi(Ouevo Pe Tn BepaTreia Kai
TN XEIPOUPYIKN eTTEURaon. 'EvoeiEn amoTeAeOPATIKOTNTAG TTAPATNPABNKE 0€ a0BEVEIG TTOU
é¢mmaoyav atré RHO. Mia @dong 3 kKAIVIKI) eEAETN Eekivnoe To 2024, oTnv oTroia eviaxOnkav
75 aoBeveig ye RHO kai 75 pe otroiodnmmore dANo yovotutto RP (nAikiag =28 etwv). H
TUXaloTTOiNON KABe opddag eival pe pia avaloyia 2:1 (Bepatreia o€ oxéon PeE armoucia
BepaATTEING). ZNUAVTIKA ONUEIWON: yia TNV OPAda Twv aoBevwy Pe AAAOUG YOVOTUTTOUG, N
MEAETN AUTH) OUCIAOTIKA aTTOTEAET Hia Epguva pdaong 1.

3. BAaoTtokuTtTapa — Dr. David Gamm

O1 KAIVIKEG BoKInéG pe avBpwTiva TToAuduvaua BAaoTtokuttapa (pluripotent stem cells)
(hPSC) vyia MPETAPOOXEUON KUTTAPWY OTOV APQIBANCTPOEION ETTIKEVTPUWVOVTAl OXEOOV
QTTOKAEIOTIKA O KUTTapa peAdyxpouv emmiBnAiou (RPE), Adyw €ukoAiag kal xaunAoTepou
KOOTOUG TTapaywyng Kai kabapiouou atrd Ta TTaboyevr yovidia. AlgpeuvaTal o v Adyw TUTTOG
KutTdpwyv RPE 110U TTpOoép)ETaI aTTO avBpwTTiva ES kUTTapa, iPS KUTTOpa Kol BAAGCTOKUTTAPO
au@IBANCTPoEIdOUG evnAikwv (adult retinal stem cells), pe avapekta oedouéva
ATTOTEAEOUATIKOTNTAG. XOPNyouvTal UTTO-aU@IBANCTPOEIBIKA 1} YE EVOOUAAOEIDIKEG EVEDEIG,
€iTe WG dlIACTTAOUEVA KUTTOPA, EiTE WG OTOIRAdES HeEAAyxpouv eTTIBNAiou (RPE), ite wg wpiua
KUTTapa RPE kal £€xouv dOKIUAOTEI 0€ DIAPOPETIKOU TUTTOU OOMPEG au@IBANCTPOEIBOUG Kal
MNxaviopoug TotroBéTnong. H kardotaon Twv @Bopwv Twv OTOIBAdWY (TOUu PEAGYXPOUV
€MONAIOU TOU au@IBANCTPOEIBOUG - RPE) ouxva odnyei o€ eTTITTAOKEG KATA TO XEIPOUPYEIO,
Kabwg Teivouv va oxifovtal Kal va atrokoAAwvTal. MExpl OTIYUNAG, O QVETTIBUUNTEG EVEPYEIES
atrodidovTal Kupiwg 0T XEIPOUpPYIKN diadikaoia — dev atTokAgieTal TTAAPWG N aglotroinon Tou
pOAou Twv BAaoToKUTTAPWY, BIOTI €AV €XOUV OXNMATIOMO ETMIOEUATWV/UEUBPAVWV ETTI TOU
au@IBAnoTpocIdn ) TutTou PVR, Ba avadeixbouv Ta BeTIKA Toug atroTeAéopaTa. Mevikd, OWG,
Ta BePATTEUTIKA TTPWTOKOAAQ €ival ao@aAn.

2tnv lammwvia &ekivnoe Tpoéo@arta pia KAIVIK) OOKIUA TTou €€eTAlel TNV ac@AAEIa Kal TNV
QTTOTEAEOUATIKOTNTA  PETAPUTEUONG TUNMATWY KUTTAPWY TToU  €XOUV  TTapaxBei  kai
EUTTEPIEXOUV OPYaVOEId] TUTTOU QWTOUTTOOOXEWV KUTTAPWY TOU VEUPIKOU OIKTUOU TOU
au@iBAnoTpocidy (hiPSC) kai avapévovralr atmoteAéopata. H 1pwTtn KAIVIKA  OOKIUA
METAMOOXEUONG O UWPNAO PaBud eutrAoutiopévwy  PAacTokuTTdpwy TUTTOU  hiPSC
apxEYovwy QWTOUTTOB0XEWV TTpoypappaTiCeTal yia tnv Tavoi¢n/kahokaipr Tou 2026, pe
OUMUETOXN WG TTeEVAVTA TEOOApwV (54) aoBevwv pe RP, pe ek@UAion pafdiwv Kwviwv Kal
ouvdpouo Usher. O1 auoTnpég agloAoynoeig avapéveral va odnyrioouv o€ TEXVOAOYIKES
BeATiwoelig oTnv TTapaywyn, Tapddoon kai agloAdynon Twv PAACTOKUTTAPWY, PE OTOXO
KaAUTEPQ ATTOTEAEOUATA VIO AOBEVEIC NE TTPOXWPNMEVN EKQUAICTIKI) VOOOG TWV EEWTEPIKWV
oToIBGdWYV Tou apPIBANCTPOEIBOUG.
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4. Tewypa@iki Atpogia (TA/GA) — Dr. Glen Jaffe

4a) Osparrsia PwroPiodiéyspong (photobiomodulation) yia tnv vooo tng FA (GA) —
Ap Glen Jaffe

H owtoBiodiéyepon cival Bepatreia JeE QWG TTOU XPNOIUMOTIOIEITAI O JIAPOPES IATPIKEG
EIBIKOTNTEG, OTTWG opBaApoAoyia, deppartoloyia, veupoAloyia kal peupatoloyia. To Qwg
EVEPYOTTOIEI TOUG MITOXOVOPIOKOUG PNXavIoOPoUS - aAucida péow Tou KuToXpwpaTtog Tng C
0&e1ddaong, BeATIwvovTag Tn AsiToupyia A/kal TRV €TIRIWON TWV KUTTAPWV. MNpokeITal yia pia
Mop®N «KUTTAPIKAG avalwoyoévnong». Npocearta n Apxr Papudkwy kai Tpoipwy Twv HIMA
(FDA) evékpive pia cuokeun Baoiopévn ota ammoTeAéopaTa TnG KAIVIKAG OOKIUAG «Lightsite 3».
H ouokeun ekTTEUTTEI O€ TPIA IAKN KUPATOG: O JOKPEG ouxvoTNTEG Tou KOKKIVou (far-red), o€
MOKpPEG ouxvoTnTEG TOU KiTpivou (far-yellow) kal og Bpaxeig ouxvoTnteg Tou UTTEPUBpPOU
(near-infrared). H BepaTreia xopnyrnOnke o€ acBeveig TTou TTACX0UV aTTd £vOIGuEon HAIaKIOKA
Exkg@uAion Qxpdag KnAidag (HEQK) kal atrd ¢npou Tutrou autng Mewypagiki Atpogia (IF'A),
oTTOoU TTapouaialav uwnAd @opTtia pe KnAideg drusen. ATTO auToug Aiyol gixav TTEPIPEPEIAKD
A. Z10 TEAOG TwV dekaTpIwy (13) unvwy Bepartreiag, N OTTTIKY 0EUTATA BEATILWONKE CUYKPITIKA
ME TNV ouada eAéyxou TTou éAafe weudn Bepartreia. MNMpdogaTta dedopéva deixvouv OTI TO
0@eA0g auTo diatnpeital TTavw atro duo xpovia. Or avaTtouikoi BIOBEIKTES £TTiIONG BEATILWONKAV
OTIG BEPATTEUONEVEG TTEPIOXEG. TO PEYAAO TTAEOVEKTNUA gival OTI N Bepatreia auTh €ival un
ETTEUPATIKA KAl OTI €ival IKAVOTTOINTIKA AVEKTH atTd TOUg TTAOXOVTEG. 'Exel HdN eyKpIBEi aTTd TIg
HIMA (FDA) kai otnv EE (EMA). MelovékTnpa gival 0TI aTTaitouvTal apKETA Uy VEG BepaTTeieg
Kal ETTIOKEWEIG O€ KAIVIKES. Eival n TpwTtn eykekpiuévn Bepartreia yia evdidueon HEQK kail Ba
gival evdia@Epov va doupe atmoTeAEOUOTA TNG OE TTPAYUATIKN XPHon.

4B) KAivikéc Aokiuéc yia tn vooo tng swypaeiknc Arpogiac (FA/GA) — Ap Glen Jaffe

‘Exel uttdpgel peydAo evOia@Eépov yia BepaTreieg TNG TTpoXwpPNUEVNG eKOAAWONG TOU ¢npou
TutTou TNG HEQK, &nAadn 1ng MNewypagikng Atpogiag (FA). Ztnv A kataoTpépovTal ol
eEWTEPIKES OTOIRADES TOU APPIBANCTPOEISH, TO peAAyxpouv emBAAIo (RPE) kal n xoplocidiknA
oToIBGdA, ME ETTITTWON TNV OTTWAEID TNG AEITOUPYIKOTNTOG TWwV KUTTAPWY O€ KABE
TTpooBeBANPEVN TTEPIOX KAl TWV KUTTAPWV TTOU PBpiokovTal TTEPIMETPIKA o€ auth. H
QUOAEITOUPYIO TWV TTEPIMETPIKWYV QUTWYV ETTITTTWOEWY CUCTHHATOG £X€l oUVOEDET e TN A €dw
Kal apKETA XPOVIa, KAl POPUAKEUTIKES ETAIPEIEG AVETTTUEAV BEPATTEIEC UE CUUTTANPWHATA TTOU
eUTTOBICOUV/UTTAOKAPOUV TNV €EEAIEN TWV UNXAVIOUWY QUTWYV. YTTAPYXOUV BUO EYKEKPIUEVA
TéT0I0 cupTTAnpwiaTa oTig HIMA: o avactoAéag C3 (pegcetacoplan) kal o avactoAéag C5
(avacincaptad pegol). Kai Ta dU0 peiwvouv TIC TTPOCRERBANUEVES ETTIPAVEIEG/VNOIBES TOU
au@IBAnoTpocIdn ato T A katd 20-30%, avaloya pe Tov TTANBuo S Kal Th HEAETN. H dpdon
TWV QAPUAKEUTIKWY OUCIWV PaiveTal va augdveTal e TRV TTAPOdO Tou XpOVvou.

O1 kAivikég BokIuEG Eykpiong oTiG HIMA BacioTnkav o€ eupriuaTa TTou £0€IEQV avaTOMIKG 0PEAN
Kal Ox1 o€ BeATiwonN TNG OTITIKAG 0&UTNTAG (Kauia onuavTikh diagopd). ZTnv Eupwttn 6uwg,
Ol PUBMIOTIKEC apxéC aTraitnoav Kal KAaTtGAAnAo Aecitoupylkd O6@eAoG oTnv Opacn: n
QapMaKeUTIKA eTaipeia Apellis atTéTuxe TpeIC QopES va AABEl €ykpion yia To pegcetacoplan,
EVW N QAapPUAKEUTIKN eTalpeia lveric (Trpwnv Astellas) atréoupe Tnv aitnon 1ng. O1 Beparreieg
XopnyouvTal wW¢ evOOUAAOEIBIKES EVETEIC avA Pva 1 diunvo Kal Ta JEIOVEKTAUATA TOUG €ival:
n n TmBavr) atmapaitntn Ola Liou Bepatreia, n  €mMOTPOPH OTNV  KATACTAON TNG
augnuévng/mpoxwpenuévng A petd 1 OloKOTH, Kol  ETITTAOKEG QTG TIC OUXVEG
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evOOUAAOEIDIKEG EVETEIG — ETTIBAPUVON YIA TOV Ao Bevr) Kail TNV olkoyévela. NeOTEPEG BeparTreieg
ME MEYOAUTEPNG OIAPKEIAG, OTTWG YOVIOIOKEG BepaTreieg Kal eVOOPOAAUIEG PIKPOOUOKEUEG
OTTOU ATTEAEUBEPWVOUV BIAPKWG BEPATTEUTIKEG OUTIES, KABWG KAl PAPUAKA PE DIAPOPETIKOUG
MNXaviopoug eTTidpaong, gival uttd diepelvnon.

5. Evnuépwon yia tn véoo tou Stargardt Totrou ABCA4 — Dr. Christine Kay
KAIVIKES ueAETES yIa Th vooo Tou Stargardt
5a) MNMpoypauuara TEASE yia tn vooo rou Stargardt

To pdéypaupa TEASE artroteAcital ammd 4 avegdptnTeS KAIVIKEG HEAETEG VIO TNV agloAdynon
TNG AOQAAEIOG KAl TNG ATTOTEAEOHATIKOTNTAG OIG TOU OTOMOTOG AQWNG OKEUAOUATOG WE
QAPHOKEUTIKA ouaia yIAdeoupeTIVOAN (gildeuretinol), 6Tav xopnyeital yia opd NUEPROIOG O€
OIaPOPETIKA OTAdIO TnGg vooou Stargardt. H @appakeuTikr) etaipia Alkeus koivoTtroinoe
oedopéva 1600 atrd TNV TEASE-1, pia Tuxalotroinuévn, €AEYXOPEVN HUE EIKOVIKO QAPPOKO
KAIVIKA} MEAETN TTOU agloAoyei Ta TTpoxwpnpéva otadia tng vooou Stargardt, 600 kal Ta
evlldueoa Oedopéva Tng peAéTng TEASE-3 (ne 5 aoBeveig) omou  aglohoyouvTal
OUMUETEXOVTEG ME TTPpWIMA oTAdIa TNG &v Adyw vooou. H TEASE-1 £6cige oTaTIOTIKA
ONMAVTIKA PJEIWoN 0TV avATITUEN aTPOPIKWY BAABWY 0€ OUYKPION UE TOUG AOBEVEIG TTOU dEV
éAapav Bepartreia kal Ta evdidueoa dedopéva TnG HeAETNG TEASE-3 katédeiEav otabepr TNV
BEéATIOTN dlopBwuévn oTrTiKA ofuTnTa (BCVA) KaB' 6AN TN didpkeia Tng BepaTreiag. EiTAéoy,
N YIADEOUPETIVOAN ATAV IKAVOTTOINTIKA AVEKTA OTOUG TTAOXOVTEG Kal TTapouciale éva oTaBepo
TTPOQIA ac@daAeiag o€ Ao 1o TTpoypaupa TEASE. Ta TeAIKG onuavTIKG aTToTEAECUATA TWV
KAIVIKWV 0edopévwy NG peAéTNG TEASE-2 6tmou agloAoyeital n vooog PETPIOU oTadiou
avapévovtal péoa oto 2025. H etaipia Alkeus oxedidlel Tnv UTTOBOAR aitnong €ykpiong
kaivoupyiou @apudkou (New Drug Application/NDA).

5B) H papuakeutikn sraipia Belite Bio diséayel roAAATAES KAIVIKES SOKIUES yia TV
adloAdynon Tou gpsuvnTikou papudkou Tinlarebant

MpoKeITal yia hia Kavoupyia oudia TTou Xopnyeital o€ pop@en dIoKiou pia popd TNV nuéEPa dIA
TOU OTOMATOG, Kal gival €I0IKA oxedlaouévn va OEOUEUEl TNV TTPWTEIVN OECUEUONG PETIVOANG
opou 4 (RBP4) kai va pelwvel kal va dlatnpei Tnv Tapoxn peTIVOANG oTo PATI, JE OTOXO TN
MEIWON TNG CUCOWPEUONG TWV KUTTAPOTOEIKWY BICPETIVOEIDWY, TOOO OTn vooo Stargardt
(STGD1) 600 kail oTnv ¢npou TutTou HEQK (AMD).

To KUpio TTpoypaupa, n peAéETn DRAGON (LBS-008-CT03) n otroia BpiokeTal o€ €€EAIEN €ival
Mia KAIVIKA eAETN @dong o€ epriBoug aoBeveic ue STGD1. H @apuakeuTiki oucia Tinlarebant
otn d6on Twv 5 mg nuepnoiwg e¢akoAoubei va eival ao@aAAg Kal IKAVOTTOINTIKA QVEKTH) O€
mmaoxovteg ue STGD1, ye Tnv Kitpivn 6paon (¢avBowia/xanthopsia) kai Tnv KaBuoTepnuévn
TIPOCAPUOYN OTO OKOTAdI va €ival Ol O CUXVEC OPOAAUIKEG QVETTIOUUNTEG EVEPYEIEC TTOU
OXETICOVTAl UE TO PAPHAKO. To GUVOAIKO TTOCOOTO TWV ATOUWY TTOU DIEKOWAV TNV JEAETN ATAV
9,6% (10 atré Ta 104 droua) Kai gévo 10 3,8% (4 atmd 1a 104 dropa) oPeINdTAV 0€ OPOAAMIKES
QVETTIOUUNTEG eVEPYEIEG. H OTTTIKA 0&UTNTO TTapEEIVE OTABEPH TOOO UTTO TUTTIKEG OO0 KAl UTTO
OUVOAKES XaPNANG QWTEIVOTNTAG.
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H peAétn DRAGON evowpdtwoe €va ox€D0lo dlepelvnong YIa TNV ETTAVEKTIUNON TOU
QTTOKAAOUHUEVOU «TTPOCOPUOCTIKOU MeyEBOUG OciypaTtog». Me Bdaon Tnv emidpaon Tng
Beparreiag TOU TTApATNPENONKE 0TNV EVvdidueon Availuon, 1o ZupBouAio MapakoAouBbnong
Aedopévwy kal AopdaAsiag (Data and Safety Monitoring Board-DSMB) ocuvéoTnoe n KAIVIKA
OOKIUN va ouvexIoTel Xwpig TpotroTroinocls. To DSMB cuvéoTtnoe etmiong Tnv uttooAf Twv
0edopEvwy TTPOG BIOIKNTIKA agloAdynon, woTe va utrooTnpixOei n 1mlavr) €ykpion Tou
QapuAKou.

5y) Osparrsia ACDN-01: ZuvorrTikn mapouaciaon
H O6sparrsia ACDN-01 kai n kAivikny peAérn STELLAR

H STELLAR civail pia kKAIVIkr) ueAéTNG @aong /1l Bepartreiag emmegepyaciog RNA yia mn véoo
Tou Stargardt. H ACDN-01 cival pia Bgpatreia mou aglotrolei adevoioug wg PHETAPOPEIS TNG
OpaoTiKAg ouaiag (AAV) kal xopnyeital evECIUA UTTO-OU@IBANCTPOEIBIKA. & avTiBeon MPE
GA\eg TTpooeyyioelg, n ACDN-01 diopBwvel dueca Ttov petapiBacty RNA ABCA4,
avTIKaBIoTWVTag TO TTaBoyovo peTaAAaypévo RNA pe apyxéyovou TUTTOU, XPNOIMOTTOIWVTAG
TOV OIKO TOU PNXAaVIOUO KUTTOPIKAG OUVOEONG.

Emiong, oe avtiBeon pe tnv TExvohoyia CRISPR 3 ADAR, n tmAat@épua tng Ascidian
emmegepyddetal XINGdeG Baoeic RNA o€ pia povo avrtidpaon, emMITPETTOVTAG TN BepaTreia evog
TTOAU peyaAUTEpoU TTANBuouoU acBevwyv. Eival n o mTponyuévn YEVETIKA Bepartreia TTou
Bpioketal og €ENIEN. Eival onuavTiko 611 TTpdKemal yia Evav Jovo gopéa adevoid (AAV), oxi
yia OITTAG YETAPOpPEQ.

2uveyiCeTal Kal yivetal evepyd n eilcaywyn acBevwyv pe Stargardt Tou TTAnpouUv oplopéva
YEVETIKA KpITApia oTnv peAéTn STELLAR, n otroia Bpioketal o€ €EAIEN. ETAéov, utTdpXel
MIO EEXWPIOTR MEAETN TTPOKATAPKTIKOU EAEYXOU OTNV OTTOIQ UTTOPOUV VA CUUHPETAOXOUV TG00
TTaoxovra Taidid 600 Kal eVAAIKEG TTAoxovteg. H peAétn diegayetar omig HIMA pe
ouvepyaoia 10 epeUVNTIKWV KEVTPWY, TA TTEPICCOTEPA ATTO TA OTTOIO OEXOVTAI EEWTEPIKES
TTapatmouTTég. Eival onuavTikd va evBappuvovTal ol TTapATTOUTTEG TwV aoBevwy o€ éva aTTo
Ta TTOAAG cuvepyalopeva kEvTpa oTig HIA.

2€ PeAETEG TTOU €yivav e TTpwTevovTa (wa BnAacTikd, n Bepatreia ACDN-01 o1 povo
emegepydotnke pe emruxia 1o RNA ABCA4, aAAd trapriyaye Kai AEITOUPYIKN TTPWTEIVN
TTAApPouUG prkoug. H Ascidian €xel TTapoucIdoel autd Ta dedopéva O TTOAAEG OUVAVTACEIG,
oupTTEPIANaBavouévwy TTponyouuevwy ouvavtioewyv Tou ARVO. H BepatreuTikh utréBeon
gival 0TI, N aTtrokateoTnuévn TTpwTeivn Ba empBpaduvel TNV AVATITUEN TNG ATPOYIaG TOU
au@IBAnoTpocidn. H kAIvIk) peAétn @aong I/l €xer oxediaoTei yia va O€i€el TNV ao@AaAEia
KaBwg Kal Ta TIPWTA OnuEid  OTTOTEAEOUATIKOTNTAS. Ta  TTPWTAPXIKA KATAANKTIKG
atmmoTeAéopaTa eoTidlovral 0TV ao@aAeia. Ta KAataAnkTIKA atroteAéopara Ba afioAoyrfjoouv
TN METAROAR oTov puBud €EENIENG TNG ATPOYIOG, XPNOIUOTTOIWVTAG BIAPOPES ATTEIKOVIOTIKEG
pEBOdoug (FAF,OCT), kabwg kai e€etaloviag Tn Acitoupyia Tou au@iBAnoTpocidous. Ol
Kataypa@eég Bpiokovtal oe eEEAIEN kal Ta dedouéva Ba avakoivwBoUuv o€ PEAAOVTIKES
OuVvavTAOoEIG, KaBwG Ba eTeEepyalovTal.
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6. Ogpatreia SB-007 (yia T vooco Tou Stargardt) Tng eTaipeiag YEVETIKAG 1ATPIKNAG
SpliceBio — Dr Aniz Girach

6a) TexvoAoyia kai Mnxaviouog Apaong

H etaipeia SpliceBio, Trou gival pia eTaipeia YEVETIKAG 10TPIKAG O ETITTESO KAIVIKWV
oTadiwyv, £Xel avaTTTUSEI HIa IBIOKTNTN TTAATQOPHA TTPWTEIVIKAG CUPPAPNG ME IVTEIVEG
Xxpnoipotroiwvtag OI1mAoug diaBifactég adevoioug (AAV), TTou emITPETTEl TV
Oloxéteuon yovidiwv Ta otroia gival TTOAU peydAd yia To CUMBATIKA UQICTAMEVO
ouoTipata diaBiBacTwy AAV. H gTaipgia agloTrolgi £1Ti TOU TTAPOVTOG QUTHV TNV VEA
TEXVOAoyia yia Tnv avamruén Tou SB-007, trou gival pia yovidiaki Ogpartreia yia Tn
véoo Stargardt rou TrpokalAsital atrd duoAsiToupyia oto yovidio ABCA4.

H yovidiak Bgpatreia SB-007 atroteAgital amd éva {euyog diapifacTwy adevoiwv
AAV8 Trou peta@épouv 1O Yyovidio ABCA4, Xwpiopévo og OUO0 TUAMATO KOl
OUYXWVEUUEVO PE TPOTTOTTOINUEVES OAANAOUYXIEG IVTEIVWYV, OI OTToiEG pEcOAABoOUV OTN
Sla-cuppa@n TTPWTEIVWYV YIA TNV ETTAVACUOTAON TOU TTARPOUG, AEITOUPYIKOU yovidiou
ABCA4 oT1a KUTTOPA-OTOXOUG.

EKT6G a1mdé TNV £peuvnTIKA €pyacia Trou yiveral yia Tn véoo Stargardt, n SpliceBio
avatrTiooel TTpoypdupaTa yovidloKnG Oepatreiag kKal yia AAAEG KANPOVOMIKEG
duoTpoieg Tou Ap@PIBANOCTPOEIBOUG, KABWG Kal yia AAAEG BepATTEUTIKEG TTEPIOXES
61ToU N TTAATPOPHA £XEI ETTIONG ETTIKUPWOEI.

6B) MNMpokAIVIKES peAéTeS

Ortav xopnyndnke o€ o@BaAPOUG TTEIPAPATOWWYV (in Vivo) €W UTTO-AP@IBANCTPOEIBIKAG
éveong, 10 SB-007 emmédeice uwnAou emirédou diayovidiakn EKQpaacn oTov ap@IBANCTPOEION,
oTa KUTTAPO QWTOUTTODOXEIG, KOl BOCOEEAPTWHEVN QAPHAKOAOYIKA dpaan, OTTWG METPRONKE
amd TN peiwon Twv emmmedwv A2E o€ povTéA TTOVTIKOU, Qpoupdaiou, X0ipou Kal pn
avBpwTivwy TTpwTeudvTwy (NHP), ue TAApN eTavacuoTaon TnG TTpwTeivng ABCA4. 2¢ pia
MEYAAN, Kpioiun, 6unvn To¢IkoAoyikr PEAETN GLP oe mpwTelovTa treipapardolwa (NHP), to
SB-007 avédelte KAAr aVEKTIKOTATA 0€ OAEG TIG OOKINALOUEVES DOOEIC VIO XPOVIKO dIA0TNNA
WG Kal 6 unvwyv. Aev TTapaTNERNBNKAV AVOOOYOVIKEG AVTIOPACEIS £vavTl TG avOpwITIVNG
mpwTteivng ABCA4 | TwWV CUVOETIKWV IVTEIVWV TOU OUCTAUATOS dIa-Cuppa®ns TTpwreivng. H
SpliceBio éAafe €ykpion yia Tnv TpoéTaor TNG Tov AekéuBpio Tou 2024.

6y) MeAérn Maparripnons POLARIS

Mia peAéTn Tapartripnong pe tnv ovouacia POLARIS gekivnoe tov MdpTio Tou 2024 pe oTOX0
TNV TTapakoAouBbnon Tng e€€ENIENG o€ aoBeveic TNG vooou Stargardt TUTTOU 1, N oTTOIC
TTPOKaAEITal ATTO SITTAEG AUTOOWHIKEG UTTOAEITTOMEVEG UETAANGEEIC OTO yovidio ABCA4.

To TTpwTeUoV KATAANKTIKG onueio TNG MEAETNG gival N PeTaBOAR oTo péyeBog TnG BAGBNG o€
oxéon ME TNV APXIKA TIUR, OTTwg heTpdtal pe Tnv TeEXVikl DDAF otnv atreikévion FAF. H
MEAETN BpiokeTal QUTAV TN OTIYUA 0€ QACN £YyPAPAS aaBevwv TTayKoodiwg. O1 acBeveic Tou
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Ba evraxBouv otn peAétn POLARIS Ba eival otn cuvéxela eTAECIUOI VIO TIG ETTOPEVEG
ETTEUPRATIKEG HEAETEG, EQOOOV TTANPOUV OAQ Ta KATAAANAQ KPITAPIA ETTIAOYNAG.

638) KAvik) MeAétn ASTRA @aong 1/2, n mpwrn spapuoyn o€ avlpwiroug

Tov MapTio Tou 2025, n SpliceBio avakoivwoe 0TI Xopriynoe 66on oTov TTPWwTO acBevr] 0Tn
KAIVIKA) HEAETN @dong 1/2 ASTRA Tng yovidiakng Bepartreiag SB-007 yia tn véoou Stargardt.

H peAétn ASTRA Ba agloAoyAoel TNV AO@AAEI, TNV AVEKTIKOTNTA KAl TNV TTPOKATAPKTIKA
ATTOTEAEOUATIKOTNTA TNG UTTO-aN@IBANCTPOEIBIKAG Xopriynong tou SB-007, pe oTOXO TOV
KaBopiopo NG PEATIOTNG ©dong oe aoBeveig pe TOTTO 1 TNGg vooou Stargardt. Auth n
TTOAUKEVTPIKA, TTayKOOMIa PEAETR Ba  eyypdwel TreEpiTToU 66 aoBeveig, o1 oTroiol Ba
TTapakoAouBouvTal yia 96 fdoudadeg ueTd atrd pia pévo xoprynon Tng yovidlakAg Bepatreiag
SB-007. To TTpwTeUOV KATAANKTIKO ONUEIO TNG MEAETNG €ival N AO@AAEIQ KAl N AVEKTIKOTNTA,
QgIOAOYOUUEVEG HECW TNG OUXVOTNTOG KaI/f} KAIVIKA ONUAVTIKWY PETAROAWV 0 OQOAAUIKES
Kal PN o@BaAPIKEG avetTiBuunTeg evépyeleg (AE), evo TO TTPWTEUOV KATOANKTIKO OnEio
QTTOTEAEOUATIKOTNTOG Eival JETABOAA ATTO TNV APXIKI KATAOTAON OTO YEYEBOS Twv BAABwWY,
OTTWG METPATAI PE TNV ATTEIKOVION TOU au@IBANCTPOEIBOUG PE auTOPWTO PBopPIoud (FAF).

7. Emokétnon tng kKAIvikng peAétng NAC Attack — Dr Xiangrong Kong and Dr Peter
Campochiaro

MpdKeITal yIa PIa TUXAIOTTOINKEVN, EAEYXOUEVN UE EIKOVIKO @APUOKO, KAIVIKA doKIur @dong 3
yla Tnv agloAdynon TnG ATTOTEAECHATIKOTATAG KAl TNG AC@AAEIOG TNG aTTd TOU OTOUATOG
xopriynong N-akeTuAokuoTeivNG 0€ a0Beveic TTOU  TTAOXOUV  UE  PEAQYXPWOTIKN
au@iBAnoTpocidomrdBeia (RP). 21n kAivik peAétn NAC Attack, trepittou 500 aoBeveig pe
MeEAayXpwOoTIKN ap@iBAnoTpocidotrdBeia (RP) 6a TuxalotroinBouv waoTe va AdBouv eite 1800
mg N-akeTuhokuoTeivng (NAC) dU0 @opéc TNV nuEPA, €iTE EIKOVIKO QApPPOKO, Kal Ba
TTapakoAouBouvTal yia diIdoTnPa ocapdavTa TTEVTE (45) unvwyv. H pyeAétn xpnuatodoTeital atrd
10 EOVIKO IvoTitouto O@BaAuol Ttwv HITA (NEI). 'Exer AdBel €ykpion Kal oI aoBeveig
eyypagovTal amd 7 xwpeg otnv APepIkn Kal Tnv EupwTtrn. Zekivnoe n éviagn aoBevwy oTa
TEAN Tou 2023 Kkai n épeuva Bpioketal Tepittou 010 90% TNG OAoKAfpwong Tng évragng. H
Emrtpot) MapakoAoubnong Aoc@daAciag Aedopévwyv TnG MEAETNG e€€Taoce Ta dlaBEéoiua
oedopéva Tov lavoudpio Tou 2025 Kal OUVECTNOE TN OUVEXION TNG MEAETNG OTTWG E€iXe
TTpoypauuaTioTel. EATTICoupe va oAokANpwOEi n €viagn kal Twv TeAeuTaiwv aoBevwv o€
TTEPITTOU £vav YRva.

8. CHM pakpoxpovia épguva otnv Eupwirn — Dr Dominik Fischer

MpoTteivouevog TiTAOG: TeTpacrn UEAETH eVOIGUEOWY ATTOTEAECUATWY YyIia TNV EPeEuva
PERCEIVE: ugAéTng 1S HAKPOXPOVIA QOQAAEIAS Kal QTTOTEAEGUATIKOTNTAS TNS QAPUAKEUTIKNG
ouaiag¢ Voretigene Neparvovec o€ mpayuatikéS OUVONKEC.

H kKAIvIK ueAETN e€eAiooeTal pe Tn ouvepyaaoia MavemoTtnuiokwy O@BaApoloyiKwy KEvTpwy
ka1 KAivikwv atré 1n M. Bpetavia, Mepuavia, EABeTia, ITaAia, Aavia, KpoarTia, MNoptoyaAia kai
HMA.
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9. Emokémnon yovidlokAG Bgpatreiag  yia  TOov  TUTTO  HEAAYXPWOTIKAG
au@IBAnocTpocIdoTradelag pe HETAAAAEN yovidiou PRPF31 — Dr David Birch

O1 peralGéeic ng mpwrteivng PRPF31 amoteholv Tn OeUTEPn TTIO OUXVA HOPO®RA
QUTOOWUATIKAG ETTIKPATOUCOG PEAAYXPWOTIKAG au@IBANCTpoeIdoTTaBe1ag. O1 TTEPICTOTEPEG
atmo TIg >130 PeTOANAEEIG TTOU €XOUV avo@ePBei PEXPI OruEPa odnyouv OE MEIwoNn TNG
ékppaong Tng TTpwreivng PRPF. QoTtdéoo, n coBapdtnta tng vOOOU TTOIKIAAEI GNUAVTIKA
METACU TWV ATOMWYV TTOU PETOPEPOUV TN PETAAAAELN. ZTNV TTPAYUATIKOTNTA, OPICUEVA ATOMA
dev eK@PACOUV TN VOOO Kal BV eU@aviouv cuuTITwuata. H coBapdtnta ptropei va egaptaral
atro TO TTITTEDO £KPPAOCNS TOU QuUOloAoyikou (wildtype) yovidiou, To oTToio pe Tn o€Ipd TOU
eCaptaral amrd Tnv CNOTS3, 1Tou eTTepPaivel oTnV TTEPIOXH TOU UTTOKIVNTHA ToUu PRPF31.

H yovidiakry Bepatreia VP-001 €xel avamrtuxOei amd Tnv @QappakeuTikhy etaipeiac PYC
Pharmaceuticals. Eival éva pop@oAivooAlyovoukAeoTidio TTou deopeleTal 010 TTPo-RNA TNng
CNOTS3, ue ammotéAeopa tnv uttokaTaoToAr] Tng CNOT3 kal Tnv eTakOAoubn emaywyn g
ékppaong Tou PRPF31. Metd atmd ekTevi) TTPOKAIVIKR) €pEUva, N QOPUOKEUTIKA eTaipeia PYC
TTpaypartotoinoe pia @dong 1 dokiun pe povh augavouevn doon (Platypus) oe 6 KAIVIKEG
TOTTOOe0ieG. H peEAETN OAOKANPWONKE XWpPIG TTPORAANATA ACPAALIOG KAl QUTAV Tn OTIyUA
akoAouBeital amd pia  peAétn  TTOAAaTmAwv  ddoewv (Wallaby) o€ 5 TotoBeoieg.
MpayuatotrolouvTtal TPEIG vOOUAAOEIDIKES (IVT) evéoelg ue pecodidotnua 8 eBdouddwy Kal
TTapakoAoubnon €wg TG 52 ¢Bdouddec. Baoel TNG KAAAG ao@AAEIag Kal Twv eVOELiEEwY
QTTOTEAEOUATIKOTNTAG OTIC OUO TTPWTEG MEAETEG, N eTaipeia Eekiva pia peAETn @dong 2/3
(Dingo) TTou Ba £xel 4 ouddeg, pe 2 dOOEIS va xopnyouvTal KGBe 8 1 12 efdoudades. Ta Baoikd
KpITpla  atroteAeopaTtikoTnTag civar: n KaAutepn Alopbwuévn OTrTikry OgutnTta (BCVA), n
Ormiky OgutnTa 0 XapunAd dwrtiopd (LLVA), n Mikpotrepiotiky (MP), n Zwvn 'E¢w
EAaoTikAS (EZ) kail To EpwTnuatoAdyio MetaBoAng 1ng Potric (MRDQ).

10. 15pupa Avtigetwtriong TupAotntag Twv HIMA (FFB) — Emiokétnon Epgsuvnrikwy
6edopévwy — Dr Rachel Huckfeldt

O1 ZupTtrpdageic Tou FFB pe epeuvnTIKA KEVTPA KOl QAPUAKEUTIKEG ETAIPEIEG TTAPOUCIACTNKAV
OTO TTAQICIO EVNPEPWONG OXETIKA UE TIG HEAETEGC QUOIKAG I0TOPIOG KAl AANEG OPACTNPIOTNTEG.

H ueAETN QUOIKNG I0TOPIOG TTOU ETTIKEVTPWVETAI OTOV EKQUAICH TOU au@IBANCTPOEIBOUC TTOU
oxeTieTan e 10 yovidio USH2A (RUSH2A) éxel ei0€ABEI 0Tn @ACTN OUVEXIONG, ME TNV Evapén
TWV ETTIOKEYPEWV TTAPAKOAOUONONG Tou £BOONOU £TOUC VO TTPOYPAMKATICETAI VIO TO TIPOTEXES
didoTnua.

H agloAdynon KivnTIKOTNTAG PE TN XPNON €IKOVIKNG TTPayUaTIKOTATAG Streetlab (epyaoTtnpiakn)
Kataypaen KivnTIKOTATAG 0 dPOUOUG) Ba CUPTTEPIANGOET OTO TTPWTOKOAAO TWV ETTIOKEWEWV
TOU 70U Kal 90U £TOUG TNG £PEUVAG.
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% lovidla ProEYS kal RUSH1F: O1 CUPUETEXOVTEG OTIG MEAETEG QUOIKNG I0TOPIAG YIa TOV
EKQUAIOPO TOU ap@IBANCTPOEIBOUG TTOU OXETICETAI PE Ta yovidla EYS kal PCDH15 €xouv
€I0€NBEI OTO TETAPTO KAl TEAIKO £TOG TTAPOAKOAOUBNONG, KAl AVOUEVOUNE PE EVOIAPEPOV TNV
oAoKARPwWON TwV TTAAPWY CUVOAWY BEDOUEVWV VIO KABE UEAETN.

% GYROS: MeAéTn QUOIKAG 10TOPIAG TNG OTTEIPOEIDOUG ATPOPIAG TOU XOPIOEIDOUG Kal TOU
AU@IBANCTPOEIOOUG. H PEAETN €XEl CUPTTANPWOEI TOV OTTAITOUPEVO apiBud Twv 45
EYYEYPOUMEVWY CUUMPETEXOVTWY, Ol 0TToiol Ba TTapakoAouBouvTal KaB OAn tn didpKela
MIOG TETPAETOUG TTEPIODOU.

s Uni-Rare: A6 Tnv TeAeuTtaia evnuépwaon oto ARVO 10 2024, £x€1 TTpooTEDE pia eTTITTA OV
MEAETN QUOIKAG 10TOpiag oTo Uni-Rare, n otroia €0TIAlel 0TOV EKQUAICUO TTOU OXETICETAI
e TO yovidio CLRN1 (tou Zuvdpdpou Usher 3A). H peAétn autr €xel pia opdda
OUMUETEXOVTWY TTOU @Epouv Tn PETAAAEN N48K kaBuwg Kal pio ONAda CUPUETEXOVTWYV
avoIKTr) 0€ AANEG HETAAAGEEIC. O1 agloAoyAoEIS akorG Ba ouuTTEPIANPOOUV CEKIVWVTAG aTT
10 'ET0G 1. H TTpOGEAKUCT CUPMETEXOVTWYV GTO TUMHUA TOU UNTPWOU TNG EAETNG TTAPAUEVEI
evepyn. EmimmAéov, n Oudda Epyaciag KAivikwv Aokiywv yia 1i¢ KAnpovouikég Mabnoeig
Tou ApoiBrioTpocidols (REDI) ouveyiCel va e€Eetddel kal  epydletal o€ B€uata TTou
QPOPOUV Ta KATAANKTIKA onuEia — OTOXOUG TWV UEAETWV.

O1 1péxouceg dpaoTnpIdTNTES TrEPIAaPBAvouy cuvepyaaoia e To EBvikS IvoTitouto O@BaAuou
Twv HIA (ERN Eye) kal 10 ®6poupu O@baAuikwy MabAoewv (Ocular Diseases Forum), pe
OTOXO TNV avayvwpion TNG Bacikig dokipaoiag TTARPoug TTediou epEBIOPOU WG EYKEKPIPNEVOU
KATOANKTIKOU onuEiou dlEpelvnong o€ KAIVIKEG HEAETEG BEPATTEIWV VIO TN OUYYEVA apaUpwon
Leber.

11.Aedopéva amd TNV KAIVIK| MeEAéETR @dong 3 Lumeos yia TNV UTTO-
AUPIBANCTPOEISIKWG XOpnyouuevn yovidiakn Ogpartreia yia TNV @UAOOCUVOETN
MeAayxpwoTIKA au@iBAnoTpoceidomrddsia (RPGR X-linked retinitis pigmentosa) Tng
QappakeUTIKAG eTalpeiag Johnson & Johnson — Dr. Rachel Huckfeldt

H kAivik) dokiun @aong 3 Lumeos agloAdynoe tnv armroteAeopatikdtnTa Tou botaretigene
sparoparvovec, 1 aAMiwg bota-vec, vyia TN Begpameia  TNG  QUAOOUVOETNG
au@IBAnoTpocidoTTadeiag Aoyw peTaAdEewy oTo yovidio RPGR.

H @apuakeuTikni oucia bota-vec eival pia Bepatreia Baciouévn o€ petagopéa adevoid AAVS,
TTOU XOPNYEITal UTTO-OUPIBANCTPOEIBIKA HE £YXUON Kal OTTOTEAEITAI ATTO €vav avOPWITIVO
UTTOKIVNTH TNG TTPWTEIVNG podowivng Kivdong, o oTroiog KateuBuvel TRV ékppacn Tou cDNA
Tou yovidiou RPGR, 1o oT1T0i0 TTEPIEXEI MIO CUYKEKPIYEVN QTTOKOTTA TOU AVOIKTOU TTAQICiOU
avayvwons 15 (ORF15). O1 OUPPETEXOVTEG OTNV  MEAETN Oldpkelag evog €Toug
TUXAIOTTOINBNKAV ICOPEPWS VIO Aueon Bepatreia ye xaunAodtepn doéon, adueon Bepatreia e
uwnAGTEPN 800N 1 TTapakoAouBbnaon SidpKelag evog €Toug. H Bepartreia e@apudoTnKeE Kal oTa
OUO PATIO TWV CUMPMETEXOVTWYV. 2Tn MEAETN evTaxTnkav 95 evAAIKEG, CUNTTEPIAANPBAVOUEVWY
TPIWV YUVaIKWYV, Kal €¢1 TTadid. To KUPIO/TTpwTapXIKO KATAANKTIKO onueio ATav n BeAtiwon
o€ JIa véa doKIJaaia KIvnTIKOTNTAG KaBodnyouuevn ammd tnv 6pacn (vision-guided mobility
assessment — VMA), n otroia XpnoigoTtroinenke yia mpwrtn @opd o€ pia KAIVIKA PHeEAETN. Ta
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OEUTEPEUOVTA KATAANKTIKA ONUEIQ ATTOTEAEOUATIKOTNTAG TTEPIEAGUBavVAV OIAPOPES UETPNOEIG
TNG OTITIKNG AEITOUPYIAG, TNG AEIToupyiag Tou au@IBANCTPOEIBOUG KAl TNG AEITOUPYIKOTATAG TNG
opaong. MNMpayuatotroinénke £1Tiong agloAdynon TNG aoPAAEING.

Ta atroteAéopaTta TToU aKOAOUBOUV ava@EpovTal ATTOKAEIOTIKA O¢ €VAAIKEG Kal BaaifovTal
oTnv evotroinon Twv U0 d0oewv: 1) H peAETN dev TTETUXE TO KUPIO KATAANKTIKG TNG ONUEio,
av kal Ta dedopéva atrd 1n dokiyacia VMA Trapouciacav euvoikiy Tdon. 2) Metagu Twv
OEUTEPEUOVTWY KATOANKTIKWY ONUEIWY, TTapatnpribnkav onUavTIKEG OIOPOPES PETALU TWV
oudGdwyv TToU £AaBav Bepatreia Kal autwy TTou Ogv EAapav, wg TTPOG Tn YEON eualiocOnaia Tou
AUQIBANCTPOEIDOUG OTNV OTATIKA TTEPIMETPIA KAI TNV OTITIKA 0gUTNTA 0€ XANNAS QWTICUO. 3)
To 40% Twv atdépwyv oTnv opdda Bepatreiag TTapouciace BeATiwon o€ dUO i TTEPICTOTEPA
KATOANKTIKA onueia (atro éva auvolo Tpiwyv, ocuptrepIAapBavouévng tng dokiyaciag VMA), o€
ouykpion pe 0% oTnv opdda eAéyxou. 4) H pappakeuTikr ouaia bota-vec rTav ikavoTtroinTiké
avekTA atrd TTAEUPASG AOPAAEIG, PE TIG TTEPICCOTEPEG AVETTIOUUNTEG EVEPYEIEG VA OXETICOVTAI
ME TN XEIPOUPYIKH XOPAYyNOon Kal TNV TTPokAnBegica @Asypovh, n otroia eA&yxBnke péow Tou
BepatTeUTIKOU OXAMOTOG TTOU KOBOPIOTNKE OTO TTPWTOKOANO TNG MEAETNG. 5) OKTWw dtoua
TTapouciacav coBapéc AVETTIOUUNTEG €EVEPYEIEG, €K TwV OTToiwv pévo pia BewpriBnke
OXETICOPEVN ME TN MEAETN.

12.Emiokémnon tTwv dpdoswv Tou EupwtraikoU AikTUou Ztraviwv MaBnoswv tng
Opaong (ERN EYE) — Prof Dr. Helene Dollfus kai Avril Daly

Helene Dollfus: ‘Eyive evnuépwaon oxeTiké pe 1o €pyo Tou ERN EYE, cuptrepidapBavouévng
NG TTpwToPoUAiag «See My Life», evdg mpoypduuatog xpnuatodotoupevou atoé tnv E.E.,
TTOU €€€TACEI TOV AVTIKTUTTO TwV ZTTAvIwy O@BaAuikwy Madnoswv (RED) ota Traidid. Etriong,
avépepe TN ouppeTox Tou ERN EYE o€ éva GAANo Tpdypapua XxpnuatodoToUuevo atro TRV
E.E., ye Tnv ovouacia RealiSeD, TTou otoxeuel otnv aAAayr Twv TTapadelyATwV OTIG KAIVIKES
OOKIMEG VIO OTTAVIEG TTABROEIC.

To ERN EYE ouvepyadletal pe didpopa dAAa ERN, 61Tw¢ auTtd yia TIg OTTAVIEG AIMATOAOYIKES
TTABAOEIG, TIC OTTAVIEG TTABACEIC TWV OOTWV KAl VEUPOAOYIKEG yIa TNV €TIANYIA, €0TIAlOVTOG
OTO TTWG AUTEG Ol OUVEPYAOIEG MUTTOPOUV va OOKIMACOUV TNV ATTOTEAECHPATIKOTNTA VEWV
oxedlaopwyv KAIVikwv dokiywv. H Kab. Dollfus Trapouciaoce etriong 10 épyo Act4RED, pia
TpwToBouAia Tou ERN EYE T1ToU oTOXeUEl OTnVv avAadeiEn Twv TTPOKANCEWVY OTIG KAIVIKEG
OOKIMEG YIO OTTAVIEG TTABNOEIG KAl 0T OuvePYaaia pe OAOUG TOUG evOIAPEPOUEVOUS POPEIC
yla TNV €€e0pean AUCEWV.

H Avril Daly tévioe 611 n Retina International die€ayel peAéTeg TTapaywyng dedouEvwy UTToO
TNV nyeoia Tou Dr. Nabin Paudel kai Tng ouddag Tou, Ye oKOTTO TNV GTRPIEN TNG UTTEPACTTIONG
TPOG TOoug uTrelBuvoug AAWnG ammopdocwyv. Avépepe emmiong oOmt n  Emrpotm
Eptreipoyvwpudvwy ApgiBAnoTpocidoug Tng Retina International CORE (committee of retinal
experts) atmroTeAei éva @Opoup Pe TTOANOUG evOIAPEPOPEVOUG POPEIC, TO OTTOI0 QUTAV TNV
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TEPIOdO  ouvepyadeTal PE OAOUG TOUG EUTTAEKOPEVOUG KOl CUMMETEXEI EVEPYA OTNV
mpwtoBoulia Act4RED. Tovioe Tn onuacia tng BeATiwong TNG Karavonong Twv ZTTAviwy
Madnoewv Tou OPBaAuou (REDs) kai Twv KAnpovouikwy MNabiocswv Tou Au@IBANCTPOEIdN
(IRDs) amd Toug PuBuioTikoug ®dopeic kai TiIg diadikacieg AgloAdynong YYEIOVOMIKAG
Texvoloyiag, HEow ouvepyaoiag va avatrTuxBei hia kal Tnv oIkodOuNon evog CUVEPYATIKOU
MovTéAou aAAnAokatavonong. AvEpepe OTI ekeivnp TNV nuépa, n Eupwtraiki ‘Evwon
OeoueUTNKE va dlaBéoel 560 ekatoupupla €UPW VIO TNV TTPOCEAKUCN ETTIOTAHMOVWY TTOU
edpevouv oTig HIMA woTte va £€pBouv otnv EupwTn, yéow Tou TTpoypdupaTtog «Choose
Europe for Science».

H EupwTraiky ‘Evwon B8a aAAd&el ToAITIkéG yia va kataoTei duvati autr n diadikaoia,
oupTTEPINapBavouévwy Bepdtwy OTTwg n Tmapoxn Pifag (kivntpa mpooéAkuong). 'Hon, n
"aAAia, n lotravia, n NopBnyia, n IpAavdia kal n eppavia €xouv dnAwoel 611 Ba avaTTuEouv
€BVIKA TTpOypAUMaTA Yia TNV TTPOCEAKUCN epeuvnTwy aTTd TIG HITA.

H Avril Tévice TN onuaocia NG evepyol CUMPUETOXNAG TwV TTACYXOVTWV OTNV avdatTugn
QOPHAKWY, JE TTPOOTITIKA Va EUTTAEKOVTAI £yKalpa Kal ouXvd. ETriong avépepe 6T uTTdpyouV
diadikacieg atov Eupwtraikdé Opyavioud dapudkwy (EMA) yia tn dieukdAuvon €ykpiong
Bepatreibv PE TTPOTEPAIOTTOINON, OTTwG To TTPoypapua PRIME, tTou atreuBuvovtal otnv
KAAUWN avaykwy TTouU EKQPACOoUV avekKTTARPWTA KEVA, WOTE va BIEUKOAUVOEI N TTopEia TTpog

TNV £yKpIon.

13.Tovidiakn Bgpatreia LUCE: H rpwTtn o€ avBpwtroug KAIVIKA peAéTn ®aong l/l yia
10 20Vvdpopo Usher Tomrou 1B (USH1B) — Francesca Simonelli /Chairman of Eye
Clinic/ Director of Center for Advanced Ocular Therapy/ University of Campania
Luigi Vanvitelli, Naples, Italy

2KOTTOG TNG MEAETNG €ival N agloAdynon TNG ao@AAEIOG Kal TNG ATTOTEAECHATIKOTNTAG TNG
yovidloknG Bepatreiag pe dImmAoug adevoioug petagopeic AAVE TTou KWAIKOTTOIOUV Thv
avBpwtrivn MYO7A (dual AAV8.MYOT7A), oTo TTAQiCIO PIag TTPWTNG 0€ avBpwtToug KAIVIKAG
MEAETNG O€ ATOMO TTOU TTAOXOUV OTTO  PEAQYXPWOTIKH au@IBANCTPOLIdOTTABEI0 TUTTOU
UsherlB, 1Tou TTpokaAeital atrd PeTAAANGEEIS aTo yovidio MYOTA.

H yovidiakn Bepatreia LUCE (NCT06591793) atroteAei pia mpwtn o€ avBpwtroug (First-in-
Human) kAIvikf) peAETn Daong /11, TTOAUKEVTPIKK, QVOIKTAG ETTICANOVONG, UE KAIUAKOUMPEVN
xopnyoupevn 66on, yia TNV agiloAdynon TG ac@AAEIag Kal TNG ATTOTEAEOUATIKOTNTAG TNG
MOVOTTAEUPNG UTTO-aP@IBANCTPOEIDIKWGS Xopnyoupevng éveong Tou Dual AAV8.MYOT7A.

21N MeEAETN autr) Ba evraxbouv éwg kal 15 droua pe yeveriky didyvwon Usher1B Adyw
METaAAGEEWV OTO yovidio MYOTA.

‘Exouv tTpokaBopioTei dUo opddeg (cohorts) pe diaotpwudtwon Bdoel TNG PaplTnTag TNG
VOOOU, OUMQWVA UE AEITOUPYIKA KAl HOPPOAOYIKA XAPAKTNPIOTIKA: XAMNAN OTITIKA IKAvOTNTA
(LVA) kai pérpia otk Ikavotnta (MVA). Ta dropa 1mou €xouv diaoTpwuaTwOei Ba
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KatavepunBouv dIadoxIKA o€ €va atmd Ta Tpia augavopeva emireda d6ong/ O0COAOYIKA
oxAuaTta Tou AAVB-081. ¢ kdBe oxnua, o TTpwTog aoBevAg TTou Ba AdBel Tn Bepartreia Ba
gival éva aoBevAG-TTPOTTOUTTOC (TTIAGTOG) (sentinel) pe xapnAfj otk kavotnTa (LVA). Ol
aoBeveig-TrpoTTouTTOI (TTIAOTOI) (Sentinel) oe KABe eTTITTEDO dOONG TTPETTEI VO OAOKANPWOOUV
TEPIOdO agloAdynong ac@aAeiag didpkeiag 60 nuepwv PeTd TN Xoprynon tou AAVB-081, n
oTroia Ba egeTdleTal ammd TOV KUPIO EPEUVNTH KAl AVEEAPTNTN ETITPOTIA agloAdynong
oedopévwy (IDMC), TTpIv TTpoXwPNOEl N Bepatreia Twv ETTOPEVWYV A0BEVWY PE PETPIO OTTTIKA
ikavotnta (MVA). 210 TTpwTo £TTiTTedo docoAoyiag é1rou xopnyeital xapnAni d6on (LD), évag
eMTTAEOV a0BeviG pE XaunAn omTikh IkavotnTa (LVA) éAaBe OBepatreia piv TNV €vragn
atopwyv pe MVA otnv idia 66on/ d0coAoyIkd oxrua.

Ta ammoteAéopata Twv 60 NUEPWV YyIa TOUG dUO acBeveiG-TTpoTTOPTTOUC (TTIAGTOUG) (LVA) (S1
Kal S2) oto xaunAo emmimedo doong (LD) €deiav TIg €€AGC QVETIBUUNTEG EVEPYEIEG:
UTTOETTITTEQUKOEIBIKN aloppayia Kal oToug dUo acBeveig, TTapodikd KUTTapa oTov TTpOcBio
BaAapo Babpou 1 otov S1, kal TTapodik augnaon TG aAaviviKAg auivoTpavogepdong (ALT)
otov S2. OAeg o1 aveTmiBUuNTEG EVEPYEIEG UTTOXWPENOAV XWPEIG TTepaITépw TTapéupaocn.
EmimmAéov, n kaAuTepa dlopOwpEvn oTTTIKA o&uTnTa (BCVA) TTapéueive oTabepr, VW N OTITIKNA
oguTnTa o€ XaunAS ewTioud (LLVA) Trapouciaoe Atia BeATiwon. H euaioBnoia 1ng wxpdg
KnAidag TTapéueive oTaBepn Kai n otaBepdTnTa TNG TTPOCHAWONG BEATILWONKE Kal oTOug dUO
aoBeveic. Mapatnprdnke auénon Tou Aeukou FST katd trepitrou 20 dB udvo otov acBevr) S2.
H ave¢aptntn Emitpotth MapakoAouBnong AcedAciag Asdouévwy (Data Safety Monitoring
Board) TTapeixe BeTIK ) oUOTAON YIA OUVEXION TNG HEAETNG CUMQWVA E TOV TTPOYPAUUATIONO,
Kal n xoprniynon tng Bepartreiag ouveyiCetal oe aoBeveic Tng ouddag MVA kai TNG ouddag
pMéong d6ong. Méxpl onuepa, dev €xouv TTapatnenOei ToEIKAOTNTEG TTOU va TTEPIOPICOUV TN
o6on.

Ta ouptrepdopaTta ammd auTh TNV TTPWTN xoprnynon yovidlakng Bepatreiag pe SITAG adevoid
petagopéa AAV otnv O@BaAuoloyia, oe aoBeveic pe Usher1B 1Tou mmdoyouv atmd dITTAR
avaTTnpia - TNV aTTWAEI0 0PACNG KAl ATTWAEIQ AKONG, dEiXVoUV OTI T dedouéva Twv 60 NuEPWV
yla 2 aoB¢eveic e TTpoxwpnuévn HEAQYXPWOTIKN ap@IBAnoTpoeidoTTddeia TTou EAafav xaunAn
o6on (LD) tou AAVB-081 dcixvouv euvoikd TTpo@iA ac@AAEiag Kal atroudia onuavTiKig
avoooAoyiKAG avTidpaong. ZuvowilovTtag, dU0 PAVEG PETA TN Bepatreia, ava@EPOUE KAAO
TTPOQIA ACQPAAEIOG KAl TTPWIMA ONUEIa ATTOTEAEOUATIKOTNTAG 600V a@opd Tn BeATiwon Tng
6paong.

14. ETIOKOTTNON TTPOOSOU TWV HEAETWYV TNG QPUPMOKEUTIKAG eTaipeiag jCyte: Barry
Kuppermann (MD, PhD)

Baoikd oToixeia:

e H @appakeuTikn eTaipeia jCyte avatrTuooEl YIa KUTTAPIKY Bepatreia yia TNV JEAQYXPWOTIKNA
au@iBAnoTpocidotrdbeia (retinitis pigmentosa-RP), oxediaopévn va PeATiwoel TN
Aeiroupyia TNG 6paong META aTTO Mia PHOVO evOOUOAOEIDIKA £veOn TOU (PAPUAKEUTIKOU
okeuaouartog famzeretzel.

e To famzeretcel atroTeAciTal ATTO EKATOUMUUPIA QPXEYOVA TTPOYOVIKG KUTTAPA TOU
AU@IBANCTPOEIDOUC TTOU EKKPIVOUV VEUPOTPOPIKOUG TTAPAYOVTEC, Ol OTTOIOI BEATILOVOUV TN
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AEITOUPYia TWV KUTTAPWYV TOU aP@IBANCTPOEIBOUG KAl HEILWVOUV TOV KUTTAPIKO BAvaTo o€
OPOAAUOUG PE EKQPUAIOTIKO au@IBANCTPOEIDN.

Ta dedopéva atrd TTponyoupeveg PEAETEG uTTodNAWVOoUV OTI To famzeretcel utropei va
TIPOKAAECEl  oNPAVTIKY  PBeATIwon Tng Opaong o€ aoBeveic PE  PEAAYXPWOTIKN
au@IBAnoTpocidottdBeia (RP), n otroia diapkei TOUAAXIOTOV 12 PRveES HETA aTTd Hia pOvo
ooon.

H mponyoupevn peAétn ®aong 2 1ng jCyte, Tou agloAéynoe 1o famzeretcel og ddoeig 3
KAl 6 EKATOMPUPIWY KUTTAPWY O€ OUYKPIoN PE Weudopdppako (sham), utrédelEe OTI n
000N Twv 6 eKATOPMUPIWY TTIBAVWG OV QVTITIPOOWTTEUEI TO MEYIOTO Tng Od0oNG-
atrokpIong. H YeAETN TTioNG UTTEDEICE OTI TTOPOUV VA ANPBOUV TTIO A&IOTTIOTEG UETPNOEIG
NG KaAUTEPa dlopBwuévng oTrTIKAG otutnTag (BCVA) 0e aoBeveic pe PEAQYXPWOTIKN
au@IBAnoTpocidottdBeia (RP) 1Tou dev TTapoucidfouv onPavTIKr dIa@opd OTnV OTITIKNA
oguTNTa YETAEU TWV dUO OPOAAUWV.

H peAETN, etTimTAéov, UTTEDEICE OTI 01 A0OEVEIG HE HEAQYXPWOTIKA au@IBANCTPOEIBOTTABEI
(RP) 1TOoU W@eAOUVTAI TTEPIOCCOTEPO €ival EKEIVOI TTOU DIABETOUV ETTAPKN EvATTOPEIVAvVTA
AN@IBANCTPOEIDIKO, WOTE va UTTOPEDEl va "dlaowBei" — ouykekpiuéva, Ta dedouéva
Ocixvouv OTI TTPOKEITAI VIO ATOUA JE TOUAAXIOTOV 8 HOIPES EVATTOUEIVAVTOG OTTTIKOU TTEdiOU
oTnNV KEVTPIKN vnoida, kKabwg kal TouAdxiotov 130 mm TTaxoug OTnVv KEVTPIKA wxpd
KnAida.

Katd ouvémeia, n jCyte dig€dyer pia emrmmAéov peAétn ddong 2 yia va emiBepalwoel TRV
QATTOTEAEOHATIKOTNTA O€ QUTHV TNV OPAda 00BEVWY — N OTTOIa AVTITTPOCWTTEUEI CNPAVTIKO
TTOOOO0TO TWV TTAOXOVTWYV HE MEAQYXPWOTIKA au@iBAnoTpocidotrdBeia (RP) — kal va
aglohoyAoel pia uypnAoTepn d6on 8,8 ekaTouuupiwy KUTTApWV.

Ta dedopéva armd Tov TTANBUCOUS TNG TTpoNyouuEvNG HEAETNG PAoNG 2 TTou agloAdynoe
TNV aTTOTEAEOPATIKOTNTA BACEI TOU TTPWTOKOAAOU — KaI TTAPEIXE TTIO AEIOTTIOTEG YETPATEIG
KATAANKTIKWV onueiwv — uttodnAwvouyv o1 n Bepatreia ye famzeretcel otn déon Twv 6
EKATOUMUPIWY KUTTAPWYV €XEl TN duvaTtdTnTa va em@QEPEl BeATiwon TG épaong Katd
TouhdxioTov 10 ypdupata o1o 50% Twv aoBevwy Kal Katd TouhdxioTov 15 ypdupara o€
TT0000TO Avw Tou 30%. H BeATiwon Atav akdun 1o éviovn O€ aOBEVEIG PE ETTAPKN
evatroueivavTa au@IBANCTPOEIBIKO 10TO.

Y1rdpxel Tpoodokia o1 N auénuévn d6on Twyv 8,8 ekatoppupiwv kKuttdpwy famzeretcel
Ba diatnproel éva atTodekTd TTPOPIA aoPAAEIag, evw Ba odnynoel o€ akOUN PEYaAUTEPN
BeATiwon TnG 6paong aTov eTTIAeyPéEVO TTANBUOUS aoBevwy TG véag PeAETNG DAong 2.

Tpéxouoa kartaoTaon:

H jCyte Bpioketal emmi Tou TTapdvTog o€ @Aon éviaéng acBevwy Pe OTTOINOATIOTE POPYPN
MEAQYXPWOTIKAG ap@IBAnoTpocidoTrddeiag (RP) o€ pia eAETN DAoNG 2, TUXAIOTTOINUEVN KOl
eAeyxouevn pe sham (peudoBeparreia/ eikovikh Bepartreia), n otroia agloAoyei Tnv ac@dAciq,
TNV AVEKTIKOTNTA KAl TNV ATTOTEAECPATIKOTNTA PiAG KAl JOVO Xopnyouuevng evOoUAAOEIDIKNG
¢éveong Tou famzeretcel. O1 cuppeTEXOVTES Ba TUXAIOTTOINBOUV WOTE va AdPBouv €iTe pia povo
060n 8,8 ekaTtoupupiwy KUTTApwYV €ite weudoBepaTreia (sham).

2UVOAIKQ, Ba eyypa@ouv TTePITTOU 60 CUPUETEXOVTEC HECW KEVTPWYV TTOU BpicKovTal aTn vOTIA
KaAipdpvia — auTh Tn OTIyun Ta evepyd kévtpa givar: 1) 1o lvoTitouto OpBaAuoAoyiag Gavin
Herbert oto UC Irvine kai 2) o Retina Vitreous Associates oto Beverly Hills. To TTpwTapxIkod
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TEAIKO OonuEio aTTOTEAECUATIKOTNTAG €ival TO TTOCOOTO TWV CUPHETEXOVTWYV TTOU ETTITUYXAVOUV
BeAtiwon NG kaAutepng dlopBwpévng oTrTIkAG ogutnTag (BCVA) katd TouAdyiotov 15
ypAuMaTa, 6 UAVEG UETA TN BeparTTeia.

Mponyouueveg UEANETEG Exouv OEIiCeEl OTI TA EUPAMOTA OXETIKA PE TNV ATTOTEAECUATIKOTATA 3
Mrveg ueTd Tn Bepatreia pe famzeretcel cival TTOAU aglommioTa yia TRV TTPORAEYn Twv
ATTOTEAEOUATWY OTOUG 6 Kal 12 PAVES. ZUuveTTWG, Ba TTpayuaToTroinBei SI0IKNTIKI avaAuon
TWV 0EOOUEVWY 3 HAVEG META TN BEPATTEIQ TOU TEAEUTAIOU CUPPETEXOVTA, EVW N KUPIO avAAuon
Ba die¢axOei oTOUG 6 PN VEG.

[ep1000TEPES TTANPOPOPIES OXETIKA LE TNV jCyte Kail TN LUEAETN ival SIABETIUES OTNV IOTOTEAIOT
Toug 0Tn dIEUBUVON jeyte.com Kail oTo clinicaltrials.gov.

To mapdv keiuevo arrodo6nke atnv EAAnVIkn yAwooa
UE TNV emiuéreia NG kag. BAaxou EAEvng, uédog tou A.2. tng .E.A.
kai Tou lpoédpou, K. 21parn Xar{nxapaAaquimroug.
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