EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

EMA/429853/2023
EMEA/H/C/005269

Kaftrio (ivacaftor / tezacaftor / elexacaftor)
Avaokonnon Tou Kaftrio kar airioAoyiko €ykpiong otnv EE

Ti gival To Kaftrio ka1 0 NoIEG NEPINTWOEIG XpNOIHONOIgiTAl;

To Kaftrio gival @apuako nou xpnoigonoleital yia Tn Bepaneia acbevwv nAikiag 2 eTwv kal avw ol onoiol
naoyouv and KUCOTIKM ivwan, Jia KANPOVOUIKN VOGO HE 0oBapéC ENIMTWOEIC OTOUC NVEUUOVEG, OTO
neNTIKO gUOTNHA KAl o€ AAAa o6pyava.

H kuoTikn ivwon pnopei va npokAnBei ano diagopeg HeTAAAAEEIG (aAAayEG) oTo yovidio pIag NpwTEivng
n onoia KAaA&iTal «pubuIoTNG TNG dIAPEUBPAVIKNG AyWYINOTNTAG TNG KUOTIKNAG ivwang» (CFTR). O1
avBpwnol €xouv dUo avTiypaga autoU Tou yovidiou, €va anod kabe yoveéa, kal n acBéveia pgavileTal
HOVO OTav undapxel JeTAAAa&n kar ota dUo avTiypaga.

To Kaftrio xpnoigonoigital o€ ouvduaouo We ivacaftor oe aogBeveiG Je KUOTIKN iVwaon Nou oQeiAeTal og
TOUAGxIoTOV Mia MeETAAAaEN F508del oto yovidio CFTR.

H kuoTikn ivwon gival «onavia» kal 1o Kaftrio xapaktnpiotnke «oppavo papuako» (pAapuako nou
Xpnoigonoleital og ondvieg nabnoeig) oTig 14 AekepBpiou 2018. MeploodTEPEG NANPOPOPIES YIA TOV
XAapakTNPIoOHO €VOC PpApuAKoU WG op@avou PNopeite va Bpeite edw:
https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu3182117

To Kaftrio nepiéxel TIg dpacTikEG ouaieg ivacaftor, tezacaftor kal elexacaftor.

NMwg xpnoiponoicgital To Kaftrio;

To @dapuako xopnyeiTal povo We 1aTpikn ouvTayn. To Kaftrio npénel va ouvtayoypageital poévo ano
€NAyyeAUATIa Tou TOPEA TNG Uyeiag Pe euneipia oTn Bgpansia TNG KUCTIKNAG ivwong.

To Kaftrio diaTiBeTal o€ pop®r| dIOKIWV KAl KOKKIWV 0 PpAKeAIOKO, aupoTepa de undpxouv o< dUO
OIaMOPETIKEG NEPIEKTIKOTNTEG. H doon kal n ouvBeon €€apTwvTal and TNV NAIKia KAl To CwPaTiko Bapog
Tou aoBevoug. To Kaftrio 8a npenel va AapBaveTal To Npwi g€ uvOUACUO LE TPOPN NMOU NEPIEXEI Ainog,.
XpnaoiyonolgiTal o€ ouvduaouo Pe €va dAANo pApPaKo Nou NepIEXEl WOVO ivacaftor, To onoio npénel va
AapBaveral To Bpadu, nepinou 12 wpeg HETA TN Xoprynon Tou Kaftrio.

O1 dooelg Tou Kaftrio kai Tng ivacaftor pnopei va xpeiaoTei va peiwBouv eav o aoBevig AauBavel eniong
€vav TUno papuakou Nou ovoudaleTal «PETPIOG I 1I0XUPOG avaoToAEag Tou CYP3A», 0nwg opiouéva
avTIBIOTIKA I GApHAKaA YIa HUKNTIACIKEG AOIMWEEIG, KABWG Ta PApUAKa auTd evOEXETAl va ennpedoouV
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Tov Tpdno dpdaong Tou Kaftrio kai Tng ivacaftor otov opyaviopd. O yiaTpOG UNopei va XpelaoTei va
npogappooel Tn d60on og aobeveig Pe HEIWPEVN NNATIKA A&IToupyia.

Ma nepIcoOTEPEG NANPOPOPIEC OXETIKA WE TN Xpnon Tou Kaftrio, cupBouleudeiTe To UAAO 0dNnNYyIWV
XPNoNG N ENIKOIVWVNOTE KE TOV yIaTpd ) TOV (papuakonold oag.

Mwg dpa 1o Kaftrio;

H kuoTikn ivwon npokaAeital and petaAAa€eig oto yovidio CFTR. To yovidio autd oupBaAAel oTnv
napaywyn Tng npwteivng CFTR, n onoia dpa oTtnv enipAveid TV KUTTApWV pubuilovTag Tnv napaywyn
BA&vvag oToUG NVEUUOVEG KAl NENTIKWV UYPWV OTO €vTEPO. OI HETAAAAEEIG PEI®VOUV TOV apIBuo Twv
npwteivwov CFTR oTnv enipaveia Tov KUTTApWY 1 eNNPeAZouv Tov TpOMNo A&IToupyiag Twv NpwTeivav, HE
anoTéAeopa n BAEvva KAl Ta NeNTIKA uypd va ival noAU naxUppeuoTd, NPOKAA®VTAG anoppagn,
PAeypovn, augnuévo Kivduvo NVeupoviK®V AolpwEewy, duonewia kal avenapkn avanTugn.

AUo ano TIG dpacTIKEG ouoieg Tou Kaftrio, n elexacaftor kai n tezacaftor, au€avouv Tov apiBuo6 Twv
npwteivwov CFTR oTnv enipdveia Twv KUTTAPWY, v N AAAn, n ivacaftor, BeATiovel Tn dpdon TnG

eAaTTWHATIKNAG NpwTeivng CFTR. H ouvduaoTikn autrh dpacn kabioTd Tn BAEvva kal Ta NENTIKA uypd
AyoTepo naxUppeuoTd, BondwvTag oTnv avakoUu®ion TwV aogbevwv anod Td CUPNTOPATA TG vOoou.

Moia gival Ta opéAn Tou Kaftrio cUpPwva HE TIG HEAETEG;

To Kaftrio, o€ ouvduaouo pe Tnv ivacaftor, ATav anoteAeopaTikd otn BeATiwoN TNG AsiIToupyiag Twv
NVEUNOVWY cUUPWVa UE TPEIG KUPIEG HEAETEG O aogBeveic e KUOTIKN ivwon nAikiag 12 eTwv kal avw. O
Baoikdg BeIKTNG HETPNONG TNG AMOTEAECHATIKOTNTAG NTAV 0 ppFEV1, fTol 0 pEyIoTOoG OYKOG agpa nou
propei va eknveloel €va ATodo o€ d1AaoTNHa evog OEUTEPOAENTOU € oUYKPION HE TIG TIHEG MOU
napatnpouvTdl g€ €va PECO ATOWO WE NApoOpola XapakTnpeIoTika (0nwg nAikia, UWog Kai GUA0). ZTIG ev
AOYW WEAETEG, o1 aaBeveig Egkivnoav (apxIKn TIMN ava@opdag) Pe HeEoeg TIHEG ppFEVL poAIig 60 €wg 68 %
TWV TIHOV NOU NapaTtnpouvTal o€ &va JETO UYIEC ATOWO.

ZTNV NpWTN HEAETN peTeixav 403 agBeveig pe peTtaAAagn F508del kal évav aAAo Tuno PeTAAAagng,
YVWOTO WG HETAANAEN «eAAXIOTNG AsiToupyiag». MeTa ano 24 eBdoudadec Bepaneiag, o dsikTng ppFEV1
napouciage Yéon avgnaon TnG Taéng Twv 13,9 nocooTiaiwv povadwv (%) oToug acBeveic nou éAapav
Kaftrio kai ivacaftor kal peiwon 0,4 nocooTidiwv Hovadwv aToug agbeveig nou EAapav €IKOVIKO GApUako
(eikovikn Bepaneia).

>Tn deUTepn PEAETN, oTnv onoia peTeixav 107 acBeveic pe peTtaAAa&n F508del kai anod Toug dUo YoVEig,
ol acBeveic nou €AaBav Kaftrio kal ivacaftor napouciacav péon au&non Tou ppEV1 kata 10,4
noooaTiaieg Hovadeg o oUyKplon Pe augnon 0,4 nocoaTiaieg Hovades oToug acBeveic nou EAapav povo
ouvduaopo ivacaftor kal tezacaftor.

>TnV TPITN YEAETN PeTeixav 258 aoBeveic ue petdAAa&n F508del og ouvduaoud eiTe He JETAAANAEN HE
eANaTTWHA Tou diaUAou (gating) €iTe unoAsindpevn Asitoupyia Tng CFTR (dUo dAAol TUNOI PHeETAAANGEEWV),
ol onoiol AauBavav Adn ivacaftor (acBeveig ue HeTAAAAEN gating) n ivacaftor kai tezacaftor (aoBeveig e
METAAANAEN unoAsmopevng AeiToupyiag). SToug aoBeveic nou éAaBav Kaftrio pe ivacaftor o dgikTng
ppFEV1 napougciace péon avu&non Tng TagNG Twv 3,7 NooooTIdiwV HOVAdWwY, EVR OTOUG adoBeveiG nou
unoBAfRBnkav os povoBepaneia e ivacaftor rj oe cuvduaoTikn Bgpaneia ivacaftor kal tezacaftor n
au&non ATav Tng Tagng Twv 0,2 NocooTIdiwV Hovadwv.

Eniong, o pia TETapTn YEAETN, OTNV onoia PeTeixav 66 acBeveic NAIKiag 6 £éwg KATW TwV 12 €TV,
kaTadeixdnke OTI n Bepaneia pe Kaftrio eni 24 €Bdopadeg npokAaAeoe peon av&non Tou ppFEV1 kata
10,2 noooariaieg povades. O1 ev AOyw aoBeveic épepav JeTAANAEN Tou F508del kal and Toug dU0o YOVEiG
N HETAAAAEN Tou F508del kai JETAANAEN «eAAXIOTNG AgiIToupyiag». H gTaipsia npookopioe eniong
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anodesIKTIKA OTOIXEId NPOKEIMEVOU VA UNMOOTNPIEEI TN XPNON XAUNAOTEPWYV JOCEWYV O AUTNV TNV oPada.
Ta ogToixeia auTtd katadsikvUouv OTI TO PAPHUAKO KATAVEWETAl OTOV 0pYyavIoHO g€ napodpolo Babuo onwg
oTa PeyaAUTepa naidid Kal Toug VAAIKEG.

Z€ p1a AAAN PeAETN peTeixav 75 naidid nAikiag 2 €wg 5 eTwv pe PETAAAAEN F508del kai and Toug duo
YOVEIG 1| HETAAAQEN F508del kai HeTAAAQEN «eAAXIOTNG A&IToupyiag». TNV ev AOYwW HLEAETN, Ol A0BEVEIG
€\aBav kokkia Kaftrio yia 24 €Bdopdadeg kai To ¢papuako dev ouykpiBnke e AAAeG Bepaneiec. Ta
anoTeAéopata kaTédeiEav OTI n Bepaneia pe kokkia Kaftrio peiwoe Ta enineda xAwpiou Tou I5pWTA TwWV
aoBevwv. O1 aoBeveig Pe KUTTIKN ivwon €xouv uywnAd eningda xAwpiou oTov 1I5pmTA AOYW TNG
duaoAsiToupyiag TG NnpwTeivng CFTR. H peiwon Tov eninédwv XAwpiou oTov 10pwTA PHNOPEI va anoTeAE
€vOel€n TNG anoTeAeopaTikng dpdong Tou papudkou. H peiwon Tou eningédou Tou XAwpiou 1ISpwTa nTav
napopola Je ekeivn Nou napartnpnénke o NAIKIOPEVOUG a0BEVEIC O NPONYOUHEVEG HEAETEC.

H anoteAeopaTikoTnTa Tou Kaftrio o naidid nAikiag 2 €wg 5 eTwv unooTnpixbnke eniong ano aToixeia
nou kaTedeI§av OTI TO PAPUAKO GUUNEPIPEPETAI HE TOV id10 TPOMO GTOV 0PYAVIOHO TWV HIKPOTEPWV
naidiov 6Nwc KAl oToV Opyaviouo TwV HEYAAUTEPWV NAIdI®OV KAl TWV EVAAIKWV.

Moiol kiviuvol ouvdéovTtal pe To Kaftrio;

Ma Tov NARPN KATAAOYo TwV aveniBUuuNTwWV EVEPYEI®V KAl TWV MEPIOPICUWV NMOU €XOUV ava@epBei he To
Kaftrio, oupBouAeuBeite To PUAAO 0dNyIWV XPNonG.

O1 Mo OUXVEG aveniBUNNTEG evepyeleg PE To Kaftrio (evdéxeTal va napatnpndolv o€ NEPICCOTEPOUG Anod
1 oToug 10 aoBeveig) sival novokEPalog, diappola Kal AoiNwEN Tou avWTEPOU avanveuoTIKoU
ouoTnuaTog (Aoipwgn Tng HUTNG Kal Tou pdapuyya). EvdexeTal va ekdnAwbouv eEavOnuaTa, Ta onoia
OPIOHEVEG POPEG €ival goBapd.

MNna noioug Adyoug eykpidnke To Kaftrio ornv EE;

To Kaftrio €ival anoTeheopaTikn Bgpaneia g€ aoBeVEIC UE KUTTIKN ivwan ol onoiol £€Xouv Jia ToOuAdaxioTov
HeTAAAaEN F508del oTo yovidio CFTR. MNa Toug aoBeveig auToug undpxel HeYAAn avikavonoinTn 1aTpIkn
avaykn. ‘Ogov apopd Tnv acpdAeia, To Kaftrio nTav kaAd avekTo. Q¢ ek TouToU, 0 EUupwnaikog
Opyaviopodc Papudkwv Ekpive OTI Td oPeAN Tou Kaftrio unepTepolv TwV dIANIOTWOEVTWV KIVOUVWY Mou
OUVOEOVTAI E AUTO Kal €I0NYNBNKE TNV €YKPION TNG XPRONG Tou €V AOYW (papudkou atnv EE.

Moia péTpa AapBavovTal yia TNV ac@paAn Kal anoTEAECHATIKA XPRoN Tou
Kaftrio;

H eTaipeia nou gpnopelsTtal To Kaftrio 6a dievepynoel HeAETN yia TN HakponpdBeoun acpaAgia Tou
Kaftrio, peTa&U AAAwV Kkal og €ykueg yuvaikeg. Eniong, 6a dievepynoel JeAETN BATEl UNTPpWOU acBevwv
yia Tnv napoxr OedONEVWV OXETIKA HE TN Hakpoxpodvia anoTeAeopaTikoTnTa Tou Kaftrio og naidid nAikiag
2 €w¢ 5 eTWV Ta onoia GEpouv PHETAANAEN F508del anod £vav yovéa.

>TnV NEPIANWN TWV XapaKTNPIOTIK®V TOU NPOoidvToG KAl oTo PUAAO 0dnYIMV Xprong ouphnepiAngonkav
€niong oUCTACEIG KAl NANPOPOPIEC YId TIG KATAAANAEG NPOPUAAEEIG Nou Npénel va AauBavovTal and Toug
ENAYYEAUATIEG TOU TOUEA TNG UYEIag Kal Toug aoBeveic yia TNV ao@aAr Kal anoTEAECUATIKN XPron Tou
Kaftrio.

'Onwg yia 6Aa Ta papuaka, Ta dedopéva yia Tn Xpnon Tou Kaftrio TeAoUv unod cuvexn napakoAoudnan.
O1 avenBUUNTEG evEPYEIEG Nou avapepovTal Pe To Kaftrio a€loAoyoUvTal NpooekTIKA Kal AauBavovTal
OAa Ta anapaiTnTa PETPA yia TNV NpooTacia Twv achevwv.
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Aoinég nAnpo@opisg yia To Kaftrio

To Kaftrio éAaBe ddeia kukAo@opiag, n onoia 1oxUel o€ oAOKANPN TNV EE, oTig 21 AuyoUoTou 2020.

MeploodTepeg NANpopopieg yia To Kaftrio diaTiBevTtal oTov dikTuako Tono Tou Opyaviouou, oTn
dleuBuvon https://www.ema.europa.eu/en/medicines/human/EPAR/kaftrio

TeAeuTaia evnuépwaon Tng avaokonnong: 10-2023.
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