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Kaftrio (ivacaftor / tezacaftor / elexacaftor)
06w nperneg Ha Kaftrio n ocHoBaHusa 3a pa3pewasaHe B EC

KakBo npeacrasnsisa Kaftrio n 3a kakso ce nanonssa?

Kaftrio e nekapcTBO, KOETO Ce M3MNO0/3Ba 3a JIeYeHNE Ha NaLMEHTM Ha Bb3pacT 6 roAMHM 1 noBeve C
KUCTO3Ha pmnbpo3a — HacneacTtBeHo 3abonsgBaHe c TeXkn edhekTn Bbpxy benute apobose,
XpaHocMmnaTenHata cMctemMa um Apyru opraHu.

KuncrosHaTta ¢dunbpo3a Moxe ga 6bae npuymMHeHa oT pasfnyHn MyTauum (NpOMEHN) B reHa Ha MpoTeWH,
HapeuyeH ,perynaTtop Ha TpaHcMeMbpaHHaTa NpoBOAMMOCT MpU KUCTO3Ha pmnbposa™ (CFTR). XopaTa
MMaT ABe KOMusa OT TO3M reH — Mo eAHO OT BCekn poauten — u 3abonsiBaHETO ce pa3BMBa cCaMO KoraTto
W B ABeTe KOMUs MMa MyTaums.

Kaftrio ce nsanonsea B KoMbMHauuMa ¢ nBakadTop Npu NauMeHTU, Npn KOUTO KNcTo3HaTa humbposa e
nNnpUYMHEHa OT NOHe eaHa MyTaumsa F508del B reHa CFTR.

KuctosHaTta ¢pmnbpo3a ce cunta 3a psaako 3abonssaHe u Kaftrio e onpeneneH kaTto ,iekapcTBo cnpak™
(nekapcTBO, M3M0ON3BaHO Npu peakn 3abonasaHunsa) Ha 14 pekemepu 2018 r. JonbiHUTENHA
MHdOopMaumsa 3a nekapcTeaTa CMpauun MoxeTe Aa HaMepuTe TyK:
https://www.ema.europa.eu/en/medicines/human/orphan-designations/eu3182117

Kaftrio cbabpxa akTuBHUTE BewecTBa uBakadtop (ivacaftor), TezakadTtop (tezacaftor) n enekcakadbtop
(elexacaftor).

Kak ce nanon3Ba Kaftrio?

JlekapcTBEHUAT NPOAYKT ce oTnycka Nno nekapcko npeanucaHue. Kaftrio Tps6ea aa ce npeanvcea camo
OT MEAMLMHCKU CMELMasIUCT C ONUT B JIEYEHUETO Ha KUCTO3Ha dhmbposa.

Kaftrio ce npegnara noa gopmarta Ha TabneTku 1 rpaHynM B calle, KaTo M ABETe ca B ABE pPa3/INyHu
KOHLleHTpauuun. [lo3aTa u nekapcTBeHaTa popMa 3aBUCAT OT Bb3pacTTa U TeNIeCHOTO TErno Ha
naumeHTa. Kaftrio TpsibBa Aa ce npuema CyTpuH C XxpaHa, CbAbpXKalla MasHUMHWU. N3non3Ba ce 3aegHo C
OpYro nekapcrBo, CbAbpXKallo caMo uBakadTop, koeTo TpssbBa Aa ce npuema Beyep, okono 12 yaca
cnep Kaftrio.

Moxe aa ce Hanoxu pgosute Ha Kaftrio u neakadTop Aa ce HamMansT, ako NauMeHTbT Npuema u
NleKapCcTBO, Hape4yeHo , yMepeH unn cuneHd nHxmbutop Ha CYP3A®, HanpvMep onpeaeneHn aHTMbmMoTmum
WM NleKkapcTBa 3a MOMYHM nHdEKUMN, TbiA KaTo Te MOoraT Aa NoBAMSAT HauyuHa, no konto Kaftrio n
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nBakadTop AeicTBaT B opraHMama. Npu naumeHTn C HamaneHa YepHoapobHa dyHKUUS MoXe Aa ce
HaNoXW NekapaT Aa Kopurupa gosarta.

3a noeeye MHbOpPMaLMa OTHOCHO yrnoTpebaTta Ha Kaftrio BUXTe fMCTOBKaTa UK ce CBbpXKEeTe C Balluns
nekap wnu cdapMaLesT.

Kak pencrBa Kaftrio?

KuctosHaTa hnbposa ce npmunHaBa oT MyTaumm B CFTR reHa. To3u reH Boan A0 NpoM3BOACTBOTO Ha
CFTR npoTeunH, KOWTO AeiCcTBa Ha MOBbPXHOCTTA Ha KJIETKMTE 3a perynpaHe Ha npousBOACTBOTO Ha
cny3 B 6enuTe Apo6oBe M XpaHOCMUNATENHUTE COKOBE B YepBaTa. MyTauuuTe noHmxasaT 6pos Ha CFTR
NPOTEVHUTE BbPXY NMOBbPXHOCTTA Ha KJeTKaTa WA NoBAUABAT BbpXy HayMHa Ha AeNCTBUE Ha
NnpoTenHa, B pe3ynTaT Ha KOeTo Cy3Ta U XpaHoCMUIaTeNHUTE TEYHOCTU ca TBbpAE MbCTU, KOETO BOAM
[0 6110KMpaHe, Bb3nasieHne, NoBuLleH pUCK OT 6en10aApo6bHU UHMEKLNN U NOLWO XpaHOCMUIaHe U
pacTex.

[Be oT akTMBHUTE BewecTBa B Kaftrio — enekcakadTop u TesakadTop — yBenm4yasaT 6post Ha CFTR
NpoTENMHUTE Ha KNeTbYHATa NOBbPXHOCT, @ APYroTo — MBakadTop — noaobpsiea akTMBHOCTTA Ha
nedektHnss CFTR npoTeunH. Te3n AeNCTBMA ce KOMOMHMPAT 1 NpaBsT Cy3Ta U XpaHOoCMUNaTeNHUTE
COKOBe MO-Maniko NbTHM, KaTo Mo TO3M HauyMH obnekyaBaT CMMNTOMUTE Ha 3abonsBaHeTo.

Kakeu nonsu ot Kaftrio ca ycraHoBeHu B npoy4uBaHusTa?

B Tpu OCHOBHM NpoyyBaHMA NMpU NaALMEHTU C KMCTO3HA hMbpo3a Ha Bb3pacT OT 12 rogmMHu u nosevye e
Aoka3zaHo, ye Kaftrio, npuemaH 3aegHo ¢ nBakadTop, e edekTnBeH 3a nogobpsasaHe Ha 6enogpobHaTa
dyHKkuUmMa. OcHoBHaTa Msipka 3a edekTmBHOCT e NMMPEO1, KOeTo e MaKCMManHOTO KOJIMYECTBO Bb3AYX,
KOeTO YOBEK MOXe [a u3guila 3a efiHa CeKyHAa, B CpaBHEHWE CbC CTOMHOCTU OT CPeAHOCTaTUCTUYECKM
YOBEK CbC CXOA4HWM XapaKkTepucTuku (KaTo Bb3pacT, BUCOUYMHA M No). B Te3m npoyyBaHus nauneHTuTe
3anoysaT (M3X0AHO HUBO) CbC cpeaHu cTtonHocTn Ha NN®EOL ot eaBa 60 A0 68 % OT CTOMHOCTUTE,
HabngaBaHW Npy CpeaHOCTaTUCTMYECKN 34paBo NnLe.

MbpBOTO NpoyyBaHe ob6xBawa 403 naumeHTn ¢ MyTaumsa F508del v apyr Bung MmyTtauus, u3BectHa KaTo
+MUHUManHa gyHkuus®. Cnen 24 ceamMuum Ha nedyeHune nauymeHTmnte, npmemann Kaftrio n nsakadtop,
MMaT cpeaHo nosuweHne Ha NNPEOL ¢ 13,9 NpouEeHTHM NYHKTA B CpaBHEHME C HaMasleHune ¢

0,4 NpoueHTHM NYHKTa Npy NauneHTUTe Ha niauebo (cnsano neyeHume).

BbB BTOpOTO NpoyyBaHe, obxBawawo 107 naumeHTn ¢ MyTauus F508del oT gBamaTa poauTenu,
nauveHTute, npuemann Kaftrio c usakadrtop, umat cpeaHo yesenundeHume Ha nnd®EO1L ¢ 10,4 npoueHTHMU
NMyHKTa B CpaBHeHMe C yBenndeHune ¢ 0,4 NpoueHTHU NYHKTa Npu NauneHTuTe, npuemanm KombmHaums
OT nBakadTop v TesakadTop CaMOCTOATESHO.

TpeTo npoy4yBaHe ob6xBawa 258 naumeHTn ¢ MyTaumsa F508del nnioc kaHanonaTus UM MyTaums C
ocTaTbyHa akTmeHOCT Ha CFTR (ABa Apyrv Buaa MyTauun), KaTo Te3n NaunMeHTu Bede nosyyasat
nmBakadTop (NaunMeHTn C MyTaumsa C KaHanonaTtusa) uam nsakadTop u TesakadTop (MaunmeHTn ¢ mytauus
C oCTaTb4yHa akTUBHOCT). MNauneHTuTe, Nnpnemanun Kaftrio n nesakadrtop, umaT cpeaHoO NoBULIEHME Ha
nn®EO1 oT 3,7 NPOLEHTHM NYHKTa B CpaBHeHWe C nosuweHue ot 0,2 NpoUeHTHM NYHKTa nNpu
nauneHTnTe, NpuemManm camo neakadTop nnm kombuHaums ot neakadTop 1 TesakadTop.

MokasaHo e cblo, Ye nedverHmeto ¢ Kaftrio B npoabmkeHne Ha 24 ceagMnum BOAN A0 CPpeaHO yBe/IMYeHme
Ha Nn®EO1 c 10,2 NpoUEHTHN NyHKTa B YeTBBbPTO Npoy4yBaHe, ob6xBawawlo 66 naumMeHT Ha Bb3pacT OT
6 [0 NOo-Manko oT 12 roauHu; Tesn nauneHTu umat Mytaumsa F508del ot gBamaTa poanTenun nnm

MyTauus F508del n myTaums ¢ MMHMManHa dyHkums. dupmaTa CblLO Taka NpeaocTaBu AoKa3aTesicTBa B
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nogkpena Ha yr|0Tpe6aTa Ha NO-HUCKW A03M B Ta3n rpyna, KOMTo NokKaseaT, Y€ /1IEKAPCTBOTO Ce
pasnpegenda B opraHmM3Ma no CXoAdeH Ha4yMH KaTo Npn no-roneMnTe Aeua U Bb3pacCTHUTE.

[pyro npoy4yBaHe ob6xBawa 75 geua Ha Bb3pacT OoT 2 A0 5 roauHu ¢ myTtauus F508del ot aBamaTa
poanTenu unm ¢ mytaums F508del v mytauma ¢ MMHMManHa gyHkuus. B ToBa npoyyBaHe nauneHTute
npuemat rpaHynun Kaftrio B npoabmxkeHne Ha 24 ceAMULUM, a JIEKAapCTBOTO HE € CpaBHEHO C ApYrw
neyeHus. PesyntaTuTe nokasgar, Ye JsleyeHneTo ¢ rpaHym Kaftrio HamansaBa HMBOTO Ha xnopuanTe B
rnoTTa Ha naumeHTuTe. MNauneHTUTe C KUCTo3Ha pmbpo3a MMaT BUCOKM HMBA Ha XJ10pMAaM B NoTTa
nopaau HenpasuHOTO yHKUMOHMPaHe Ha CFTR npoTenHa u HaMansiBaHeTO Ha x1opuauTe B NoTTa
MOXe Aa 6bbae nokasaTes, Ye IeKapCcTBOTO MMa edekT. HaMansaBaHETO Ha HMBOTO Ha XJI0puaAMTE B NoTTa
e nofobHOo Ha HabnaaBaHOTO NPU NO-Bb3PACTHU NAUMEHTU B NPEAULLIHN NPOy4YBaHUS.

EdekTnBHOCTTa Ha Kaftrio npu geua Ha Bb3pacT oT 2 A0 5 roaMHM e nogkpeneHa n oT AoKa3aTencTsBa,
KOWTO NMOKa3BaT, Ye N1IeKapCTBOTO AEMCTBA MO CbLMS HAYMH B OpraHmM3Ma Ha no-MasnkuTe Aeua, KakTo B
OpraHmsaMa Ha no-rofieMmTe Aeua M Bb3pacTHUTE.

KakBu ca puckoBerte, cBbp3aHu ¢ Kaftrio?

3a MbAHWUSA CNUCBK Ha HexenaHuTe peakuun un orpaHndenusata npu Kaftrio Buxre nucroekarta.

Hali-uecTuTe HexxenaHu peakuuun npu Kaftrio (konto moxe aa 3acerHaT noseye oT 1 Ha 10 aywu) ca
rnasobosve, aAnapus U MHMEKLMM Ha rOpHUTE ANXATENHM MbTUla (MHbEKUMM Ha HOCa M MbpJoTo).
MoraT fia ce nosiBAT 06pMBK, KOUTO MOHSIKOra Aa ca CepUO3HU.

3awo Kaftrio e paspeweH 3a ynorpe6ba B EC?

Kaftrio e edhekTMBHO fle4eHme Ha NauMeHTn C KUCTo3Ha dubposa, KOMTO MMaT NoHe eaHa MyTauus
F508del B reHa CFTR. Te3X nauneHTn ca C BUCOKA CTeNEH Ha HeYAOBNETBOPEHUN MeAULMHCKU HYXaun. o
OTHoweHWe Ha 6e3onacHocTTa, Kaftrio ce noHaca pobpe. MNopaan ToBa EBponelickaTta areHUMs no
flekapcTBaTa pelwu, Yye nonsnte oT ynotpebaTa Ha Kaftrio ca no-ronemum ot puckoBeTe 1 TO3U NPOAYKT
Moxe Aa 6bae paspelueH 3a ynotpeba B EC.

KakBun Mepku ce npeanpuemMar, 3a fa ce rapaHTupa 6e3onacHaTta m
edexkTnBHa ynorpeba Ha Kaftrio?

dupmara, KosATo npeanara Kaftrio, we npoeene npoyusaHe 3a AbJArocpoyHaTta 6e3onacHocT Ha Kaftrio,

BK/IIOYUTENHO NpU 6peMEHHU XeHU. TS CbLUo Taka e NpoBeje NpoyyYBaHe Bb3 OCHOBA Ha pPerncrbp Ha

naumMeHTUTe, 3a Aa NpeAoCTaByM JaHHU 3a AbArocpoyHaTa edeKkTUBHOCT Ha Kaftrio npu geua Ha Bb3pacT
0T 2 80 5 roamHu, KOMTO UMaTt MyTauust F508del oT eanHns poauTen.

MpenopbkuTe U NpeanasHUTe Mepku 3a 6esonacHaTa u edekTuBHa ynotpeba Ha Kaftrio, kouto cneaga
Aa ce cnasBaTt OT MeAMUMHCKUTE CNeunanmcTM 1 naumMeHTKMTe, ca BKIKOYEHM CbLLO B KpaTKaTa
XapaKTepucTMkKa Ha npoayKTa U B IMCTOBKaTa.

KakTo npu BCUYKKM NeKapCTBa, AAHHUTE BbB Bpb3Ka C ynoTpebaTta Ha Kaftrio HenpekbcHaTo ce
npocneassaTt. CbobLLIEHUTE HEXENAHM peakuuun, cBbp3aHn ¢ ynotpebaTa Ha Kaftrio, BHMMaTenHo ce
OLUEHABAT M Cce npeanpuveMaT BCUYKN HEOBXOAMMU MEPKM 33 3aLUMUTA Ha NALUEHTUTE.

AonbnHutenHa nHpopmauyma 3a Kaftrio:

Kaftrio nony4aBa pa3speweHue 3a ynotpeba, BannaHo B EC, Ha 21 aBrycTt 2020 r.

JonbnHutenHa nHdopmauus 3a Kaftrio MmoxxeTe ga HamepuTte Ha yebcalita Ha AreHuumsTa:
https://www.ema.europa.eu/en/medicines/human/EPAR/kaftrio

Kaftrio (ivacaftor / tezacaftor / elexacaftor)
EMA/429853/2023 CTtpaHuua 3/4


https://www.ema.europa.eu/en/medicines/human/EPAR/kaftrio

[aTta Ha nocneaHo akTyanusmpaHe Ha Tekcrta 10-2023.
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