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H Vertex avakoivomeoe tqv Néa Xopoovia Arolnpioong etnv EALGda Tov
ovvovacpov oyfpotog ivacaftor/tezacaftor/elexacaftor, pe ivacaftor ko
lumacaftor/ivacaftor ywo tovg emré€ipovng acBseveic pe Kvotikn Ivoon.

AOva — 16 Tavovapiov 2023 — H Vertex EAMGO0g, avakoivowoe OTL T0 GUVOLOGTIKO GYNLQ
ivacaftor/tezacaftor/elexacaftor, pe ivacaftor xon to oynpa lumacaftor/ivacaftor yia tn Ogpamgvtikng
ayoyn g Kvoetinicg Tvoong, 8o amolnuidveror amd to Yrovpyeio Yyeiag.

Me v ewooayoyn oty Oetikn Alota amolnuovuevov QopudKmy, TO GLVOLUCTIKO CYNUA
ivacaftor/tezacaftor/elexacaftor ce cvuvovaotiki aymyn pe to ivacaftor, 8o amolnudveTot yio ™
Oepancia oe emAé€ipovg aobeveilg pe Kvotwkn Tvoorn and 12 ypovadv kor dve, ol omoiot £govv
tovAdyotov pia petdAiaén F508del oto yovidio Tov pubuiot Stopepfpaviking ay®yyOTNTOG TNG
kvotikng tvoong (CFTR), ko to lumacaftor/ivacaftor yio t Ogpaneio emiésipov achevov avo tov
2 etwv pe Kvotikn Tvoon, ot omoiot govv 600 avtiypaea F508del oto yovidio (CFTR) (F/F).

«H onuepivi avoxoivawan amoteAel anuovtiko opoanuo mov otacpolifer ot mepirov 500 Einves
000eveis, aoumepilouflavousvayv Taidimy nAkios axo ™y nAKio Twv 000 ETMV, TOD (OVV UE KOOTIK
oo, Ba ovveyioovy va yovy Eykaipn kol PLaoiun Tpocfoon o Kavotouss Gepancies kol
QOPUOKO UE OVVATOTNTO. ETLPPAOVVONS TNG eEEMENS THS vooou . H onuavtixy allo twv véwy
Oepameladv Eyel avtiKTomo o)1 LUOVO OTOVS AOOEVELS LUE KDOTIKY VWO, 0ALG KOl TODS PPOVTIGTES TOVG,
Kot 0T0 abvolo ¢ Kovwviogy, Nwoe o K. Havayiotng Nikakng, I'evikdc AtgvBuvtig g
Vertex EALGSOC.

Me v oloxAnpwon g dradtkaciog yio v enionun arolnpioon, n EALGda etvon pio omd tig 40
YOpeG, cvpmepthappavopévav g Avotpariog, Kovadd, Aaviag, @wiavdia, Ionavia, [epuavia,
Avotpia, ZhoPevia, Kpoatia, TaAlia, Itorio, Hvopévo Baociielo kot Néo Zniavdia, 6mov
amol{nuiwvetal oe peydro Pabuod n Bepaneia pe drapoppwtég CFTR.

Yyetkd pe v Kvotua ITvoon

H xvotikn tvoon (KI) givor po omavia YeveTikn ao0€veln Tov PE®VEL TO TPOGdOKIHo (oG Kot
emnpealel mepiocdtepovg amd 88.000 avBpaomovg maykoouine. H KI givar po tpoodgvtikng vocog
7oV ennpedlel TOALA OpYaVa, TPOGPAAAOVTOG TOVG TVEDUOVES, TO NTOP, TO TAYKPEAS, TO
YOOTPEVIEPIKO COANVA, TO. IYHLOPELN, TOVS 1OPOTOTOLOVG AOEVES KOl TO OVATOPUYMYIKO GUGTI L.
H KI npokaieitar oamd elattopotikn /kal EAdenyn tpoteivng CFTR mov npokintet omd
oplopévec HetaAraelg oto yovidlo CFTR. To moidid TpEmEL VoL KAPOVOUNGOUY 000 EANTTOUOTIKA
yovidla CFTR - évo. amd €Kaoto yovéa, - yuo vo Exovv KI kot avtég o1 petarddéelg umopovv va
EVIOTIOTOVV LE £VO, YEVETIKO T€GT. Evd vadpyovv moAlol dtapopetikoi TOmot petadrdéewv CFTR
OV UTOPOVY VO TPOKAAEGOLV T VOGO, 1| GLUVTPITTIKY TAELOYNQin TV atoumv pe KI &yovv
TovAdyotov pio petdrialn F508del. O petoirdEerc CEFTR odnyovv o Kl mpokaldvtog
erdttopa oty tpoteivi CFTR 1 odnydvtag og EAienyn 1 amovsia g tpoteivng CFTR oty
Kuttapikn emedvelo. H ehattopatikn Aettovpyia kovn n amovoio e npoteiving CEFTR €xet og
OTOTELEC LA KOKT] POT) GATOG KOl VEPOD €VTOG KL EKTOC TOV KVTTAP®V GE EVOV aplOd opyavmv.
YT0V¢ TVEDUOVEC, 0VTO 00N YEL 0TI CLGGMPELGT ASVLVHIGTA TAYVPPEVCTNG, KOAADOOLG PAEVVOC,



o€ YPOVIEC TVEVHOVIKEG AOIUMEELS Kot TPOOJEVTIKN PAGPN TV TVELUOV®V TTOL TEAKE 00N YEl o€
Bdvaro yio moddovg acBeveic. H diapeon niwia Bavdrtov givon Aiyo petd o 30° £tog {omng.

Xyetkd pe to elexacaftor/tezacaftor/ivacaftor ce cuvovaoné pe ivacaftor

e GTOoUa e OPIOUEVOLG TUTTOVS LETOAAGEE®Y 6T0 Yovido CFTR, n mpwteivn CFTR dev vpictaton
KovovikY| emeepyacio Kot avadimAwaon eviog TOV KLTTAPOL Kol 0VTO UTOPEL Vo EUTodiceL TV
nmpwteivn CFTR va ptdoel oty kuttapikn enpdvela Kot va, AEITovpyncel cwotd. O cuVOLUGOC
ivacaftor pe elexacaftor/tezacaftor/ivacaftor kot ivacaftor, eivai éva omd ToV GTOUOTOC PAPLLOKO
OYEOOGEVO VO, AVEAVEL TNV TOGOTNTO Kot TN Agttovpyia g tpwteivng CEFTR oty kuttapikn
emoavewn. To Elexacaftor kot to Tezacaftor cuvepyalovrot yio va avENGOVY TNV TOGOTNTA TG
OPUNG TPOTEIVNC TNV KuTTOoPKh empdvela. To Ivacaftor, To omoio gival yvwotd g eVieyvTig
dpaonc g CFTR, €xet oyediaotel yia va dievkoAbvel Ty ikovotnta tov tpoteivov CFTR va
HETAPEPOLV GAG KOl VEPO HEGM TNG KLTTAPIKNG HeUPPavng. Ot cuVIVAGUEVES dPAGELS TOV
elexacaftor, tezacaftor kot ivacaftor fonfovv otnv evuddtmon Tmv aEPOy®YDOY Kot TNV
amopdipovvon g PAEVVAG amd ovToc.

H Bepaneia pe cuvovaopod oynpartog elexacaftor/tezacaftor/ivacaftor pe ivacaftor sivon
gykekpipuévn otnv Evponaikn Evoon yio ) Ogpaneia ¢ kvotikng ivmong (KI) og acbeveic
nikiog 12 eT@v Kot Gve Tov £(0VV TOLAAYLIGTOV EVa OVTLYpapO TNg pnetdAlaéng F508del, oto
yoviowo CFTR.

IMa mqpeic TAnpogopieg mpoidvtog, avatpélte oty Iepidnyn tov Xapakmmpiotikodv [Ipoidvtog
Tov pmopeite va Ppeite

Yyetwkd pe to lumacaftor/ivacaftor

e aoBeveig pe dvo avtiypapa g petdAraéng F508del, n mpwteiv CFTR dev vroPdiieton o
enelepyacio Kol SLIKIVEITOL KAVOVIKG EVTOC TOV KUTTAPOV, LLE OTOTELEGLLOL VO, DITAPYEL LKPT| £MG
kaBorov mpwteivn CFTR oty kuttopikn emipdvela.

O ovvdvaouodg lumacaftor/ivacaftor givon éva pappako mwov Aopfdaveror and to otope. To
Lumacaftor, évag drtapopemtig CFTR yvmotog wg d10pfwtg, £xel oyediaotel yia va avEdvetl nv
TOGOTNTA TG OPIUNG TPMOTEIVIG GTNV KVTTAPIKN EMLPAVELD GTOYEVOVTOS TO EAATTOLO
ene&epyaoiag kot drokivnong g mpateiving F508del-CFTR. To Ivacaftor, to omoio givatl yvooto
g evioyutng CFTR, &xe1 oyedaotel yio va amokabiotd v tkavotnta tov tpoteivov CFTR va
UETAPEPOVY OAATL KL VEPO LEG® TNG KLTTAPIKNG HEPPPpavng. O1 GuVILOGUEVEG OPAGELG TOL
SdopBt CFTR ot tov evioyuti PonBodv otnv evuddtmon Kot Ty amopdkpuven g PAEVVOC
ot TOVG 0EPAYMYOVGE.

Mo mpelg TAnpogopiec mpoiovtog, avatpééte oty [epiAnyn tov Xapaxtnpiotikav [Tpoidvtoc
7oL umopeite vo Ppeite EAQ

YTk pg to ivacaftor

Y dropa e opiopévous THmovg petalddcewv oto yovidio CFTR, n mpwteivi CFTR oy
KUTTOPIKN EMPAVELR OgV AerTovpyel omwotd. ['vooto g evicyvtig CFTR, to ivacaftor givan éva
a7t0 TOL CTOUATOG PAPLOKO TOV £XEL GYESIOTEL Y10 VO, ATOKADIGTA TV IKAVOTNTO TOV TPOTEVOV
CFTR va petagépovy ardtt Ko vepd HEGH NG KLTTAPIKNG LepPpdvng, To oroio Bonbd otnv
EVLOATMOOT KO TNV amopdkpvuven g PAEVVAS and Tovg aepaymyovs. To ivacaftor fjtav to TpmTO
Qapuako yuo T Bepamneio g vrokeipevng artiag e Kl oe dropa pe cuykekpiuéveg petaAlaselg
o710 yovidio CFTR.



IMa TApelg TIAinpogopieg mpoiovroc, avatpéste oty Iepiinym tov Xapaktnpiotikdv [Ipoidvrog
mov umopeite va Ppeite EAQ

YyetTikd pe 1 Vertex

H Vertex eivan pua maykdouo etonpeia froteyvoroyiog mov enevovEL GTNV EXICTNLOVIKN
KovoTopio yio T dnuUtovpyio LETUCYNUOTIOTIKMV QUPLAK®V Yo dTopo pe coPapéc acbéveleg. H
eToupeia O100€TeL TOALUTAA EYKEKPIUEVA PApLLOKE TOV OEpUmEHOLY TNV VIOKEILEVT aITi TNG
kvotikng tvoong (KI) —puia omavia, ometAntikn yio ) (o yevetikn ac0évelo— kot £Xel TOAAA
ovveylloueva KAVIKE kot epguvnTikd tpoypaupota yio tnv KI. I€pa amd v xuotikn iveoon, n
Vertex dt00£tel (o 1oyvp1| GEIPE EPEVVNTIKMOV UIKPDV LOPI®V, KUTTOPIKOV KOl YEVETIKOV
Bepaneldv og dAlec coPapég acbéveleg Omov £xel fadid YOO TG AUTIOAOYIKNG avOp®OTIVIG
Blodoyiag, OTmMC M OPETAVOKVLTTAPIKT avopic, 1 frita Bodaccaiio, 1 VEQPIKN vOGOG TOV
oyetiletan pe to yovioro APOLI, o movog, o dafnng tomov 1, 1 averdpkeia aipa-1 avtiBpoyivig
Kot 1 poikn dvetpoia Duchenne.

H é6pa ¢ Vertex, n onoia 16p00nke 10 1989 oo Kéumprl g Macayovcség, Ppicketal otnv
[Meproyn Kowvotopiog g Bootmvng evd ta kevepikd ypageio yio Tic d1e6veic dpactnploTtés g
Bpiokovian oto Aovdivo, Hvopévo Baciielo. EmimAéov, n etaipeia dabétel Tonobeoieg Epevvag
Ko avamTuéng Kon epmopikd ypopeia otn Bopeio Apuepkn, v Evponn, v Avoetpaiio kot
Aatwvikn Apepikn. H Vertex avayvopiletal otabepd o¢ pia omd Tic kopveaisg 0écelg epyaciog
ToL KAAdov, cvumepthapfavouévav 13 cuveyouevov etmv ot Aiota Kopupaiov Epyodotmv tov
mEPLOOIKOV Science kol otn AMota Tov mEPLodikod Forune, mg pia amd TIg Kopueaieg eTalpeiec e
to KoAvtepo Epyacioxd mepipdAiov atov yopo teov PaploKeLTIKOV KOl ETALPEIDV
Biotgyvohoyiag.
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