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Orkambi (lumacaftor / ivacaftor)
06w npernen Ha Orkambi n ocHoBaHus 3a pa3pewaBaHe B EC

KakBo npeacrasnssa Orkambi n 3a kakBo ce nanonssa?

Orkambi e nekapcTBO, KOETO Ce M3MN0s3Ba 3a JieueHne Ha KMCTo3Ha pmbposa npu NaumMeHTH Ha Bb3pacT
1 n noBeye roamHun. KuctosHata pmnbpo3a e HacneacTseHo 3abonsBaHe, KOETO MMa CEPUO3HUN edeKTH
BbpXy 6enute gpobosBe, xpaHoCcMUIaTeNnHaTa cMCTeMa U APYrv OpraHu.

Orkambi ce usnonsea npu NnaumMeHTn, KOUTO MMAT reHeTUYHa MyTauusa (U3MEeHeHne), HapeyeHa MyTauus
F508del. Tazn MmyTaums 3acsira reHa 3a NpoTeMHA, HapeyeH TpaHCMeMbpaHeH perynaTop Ha
NpoBOAMMOCTTA Npu KMcTo3Ha pubposa (CFTR). Orkambi ce nanonsea npu naumeHTn, KOUTO ca
Hacneawnun MyTauuaTa OT ABamaTa Cu poAUTENN.

Orkambi cbabpxa akTMBHUTE BewecTBa nyMakadTop (lumacaftor) n nsakadrop (ivacaftor).
Kak ce nanonssa Orkambi?

Orkambi Moxe fa ce NpeAnucBa camo OT fieKap C ONUT B JIEYEHUETO Ha KMCTO3Ha ¢unbposa.

Orkambi ce npepnara nog popmaTta Ha TabneTkn n rpaHysnM, KOMTO Cce Npuemar npes ycraTa. Npuema
Ce Ha BCekM 12 yaca C XpaHu, CbAbpXKaLUN MasHUHM.

3a noseye nHbopMaumsa oTHoCcHO ynotpebaTta Ha Orkambi BMXXTe NMCTOBKATa WU/IM Ce CBbpXETE C BaWwms
nekap wnu gapmauesT.

Kak pencrBa Orkambi?

KucrtosHaTa ¢mbpo3a ce NpuymMHsBa OT MyTauuMu B reHa CFTR. To3u reH oTroBapsi 3a CMHTE3a Ha
npotenHa CFTR, KOWTO yyacTBa B perysMpaHeTo Ha Npou3BOACTBOTO Ha Cy3 U XPaHOCMUNATENHU
cokoBe. MyTauuuTe NOHWXaBaT KOJIMUYECTBOTO Ha npotenHa CFTR Bbpxy NMOBBbPXHOCTTa Ha KieTkaTa
WM NOBAMABAT BbPXY HauMHa Ha dyHKUMOHMpPaHe Ha NpoTerHa.

EnHoTo OT akTMBHMUTE BewecTtBa B Orkambi, nymakadTop, noBuwasa Konn4yecTtsoTo Ha npotenHa CFTR
BbpXY MOBBbPXHOCTTa Ha KNeTKaTta, a ApyroTo, ueakadTop, NosuLlaBa akTMBHOCTTA Ha AedeKTHMUA
npotenH CFTR. Te3u geicTBMs HaMansaBaT NIbTHOCTTA Ha C/ly3Ta M XpaHOCMUIATEe/THUTE COKOBE.
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KakBu nonsu ot Orkambi ca yctTaHOBeHM B npoyuBaHusATa?

B aBe ocHoBHM npoyyuBaHus npu 1108 nauueHTn ¢ Kncto3Ha ¢pubposa Ha Bb3pacT 12 1 noBeye rogmHm
M B egHO npoyyBaHe npu 204 geua Ha Bb3pacT oT 6 A0 11 roamHn e yctaHoBeHo, Ye Orkambi
nopobpsaea dyHkuMaTa Ha 6enute gpobose. Bcnukn naumeHT nMmat mytaumsata F508del B reHa CFTR. B
Te3un Tpu npoyuBaHmsa Orkambi e cpaBHeH ¢ nnauebo (cnsano fedyeHme), KaTo U ABeTe ca AobaBEeHU KbM
obuyariHaTa Tepanusa Ha NauMeHTUTe.

B nBeTe npoy4yBaHUA Npu NauueHTN Ha Bb3pacT 12 e noBeye roAnHM OCHOBHAaTa Msipka 3a e(eKTUBHOCT
Ce OCHOBaBa Ha nogobpeHneTo B NpeasuaeHaTa CTOMHOCT Ha ®EO; Npu naumeHTMTE, KOETO € MsApKa 3a
ToBa KOJIKO fobpe dyHKUMOHMpaT 6ennte apobose. PeayntaTtute OT MbpBOTO NPoy4dBaHE NOKA3BaT, 4ye
cnep 24-cefMUYHO leyeHne naunmeHTuTe, komto npuemat Orkambi, nmat cpegHo nogobpeHune B
CTolHOCTTa Ha ®EO; oT 2,41 NpOUEHTHM NYHKTa NoOBeYye OT MauMeHTUTe, KouTo npmemat nnauebo. Bbs
BTOPOTO NMpoy4BaHe Ta3n undpa e 2,65. Cbuo Taka neyeHnerto ¢ Orkambi noHnxasa 6pos Ha
obocTpaHuaTa (BNowaBaHMsaTa), KOMTO HanaraT XocnuTanuMsaums Uan nedeHme c aHTMbunotmum. Kato
Lusino0 6posAT Ha 060CTpsSIHMATa e HaMasneH ¢ 39 % B cpaBHeHMe ¢ niauebo.

B npoyyBaHeTo Npu Aeua Ha Bb3pacT oT 6 A0 11 rogMHM oCcHOBHaTa MspKa 3a e(PeKTMBHOCT e
HamansiBaHeTo Ha nHaekca Ha 6enoapobHus knupbHc (LCI, 5), KoeTo nokasea nogobpeHuve Ha
BEHTUNaumaTa Ha 6benute apobose. Cnen 24-cegMUYHO 1eYeHne naumeHTuTe, nekysaHu c Orkambi,
mMaTt HamaneHue Ha LCIy 5 ¢ 1,01 B cpaBHeHue c yBennyeHue ot 0,08 npu nauymeHTn, nekyBaHu c
nnaueb6o.

B nonbAHUTENHW NpoyyBaHus ce nscneasaT edekTuTe Ha Orkambi npu geua Ha Bb3pacT oT 1 Ao 5
roAvHM.

EnHo npoyuBaHe obxBawa 60 geua Ha Bb3pacT oT 2 A0 5 roamHm ¢ kncrtosHa pubposa, KOUTo mmat
MyTaumsaTa F508del B aBeTe konus Ha reHa CFTR. Bcuukun geua ca nekyBaHu ¢ Orkambi. YcTaHoBeHO e
nopobpeHne B akTMBHOCTTa Ha npoTenHa CFTR, n3MepeHo KaTo HaMansBaHe Ha KOMYeCTBOTO X/10puA B
noTTa cnep 24-ceAMUYHO neyeHune. MauneHTuTe ¢ KUCTo3Ha pubposa MMaT BUCOKM HMBA Ha XN0pua B
NnoTTa, KOETO Ce AbJ/IKM Ha HenpaBuIHOTO dpyHKUMOHMpaHe Ha CFTR. Cnea npeycraHoBsBaHe Ha
neyenneto ¢ Orkambi HMBaTa Ha xNopuA OTHOBO Ce yBenun4yasaT. PacTexbT Ha AeuaTta (M3MepeH ypes
WHAEeKCa Ha TenecHaTa Maca, TeIeCHOTO TErao U BUCOYMHATA) Cbllo ce noaobpssa.

BTopo npoyuyBaHe ob6xBawa 46 aeua Ha Bb3pacT oT 12 ao 23 meceua C KMcTo3Ha pubposa, KoMTo nmat
MyTauusTa F508del B aBete konunsa Ha reHa CFTR. Bcunuku geua ca nekyBaHm ¢ Orkambi. B
NMpoy4YBaHETO e NMoKa3aHo HaMansaBaHe Ha KOJIMYeCTBOTO XJI0pua B NoTTa cnej 24 ceaMuum Ha fieyeHune,
KOeTo e cpaBHUMO C HabnogaBaHOTO Npu No-ronemu geua, nekysaHu ¢ Orkambi B otaenHm
NnpoyyYBaHUs.

KakBu ca puckoBeTe, cBbp3aHu ¢ Orkambi?

3a NbAHUA CMUCBK Ha HeXenaHuTte peakunm n orpaHNY4eHnAaTa npu Orkambi BmxTe nucroekaTa.

Hali-uectnte HexxenaHu peakumun npm Orkambi (koMTO MOXe Aa 3acerHaT noseye oT 1 Ha 10 aywn)
BK/lOUBAT AUCnHes (3aayx), Avapus 1 rageHe (No3veBK 3a NoBpbllaHe). CeprMosHNTE HeXeNaHu
peakummn (KOMTO MOXe Aa 3acerHaT He noseye oT 1 Ha 100 aywmn) BKAKOYBAT YepHOAPOGHM Npobnemuy,
HanpuMep MOBULIEHM YEPHOAPOOHN eH3MMN, XoNnecTaTuyeH XxenaTuT (HaTpyneBaHe Ha Xnbyka, BOAELLO
[0 Bb3naneHue Ha yepHus apob) u yepHoapobHa eHuedanonatmsa (Mo3b4YHO 3abonsiBaHe, NPUYMHEHO
OT YepHoApo6HUM nNpobnemn).
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3awo Orkambi e paspeweH 3a ynorpeba B EC?

YcTtaHoBeHO e, ye Orkambi nogobpsiBa dyHKUMATa n BEHTUNaUMATa Ha 6enuTte ApoboBe Npy NaUMEHTU C
KUCTO3Ha pmnbpo3a Ha Bb3pacT 6 1 noseye roanHn. Edpexktnte Ha Orkambi npm geua Ha Bb3pacT oT 1 4o
5 roavHKM ce cumuTaT 3a CXOA4HM C edpeKTMUTe Npu no-ronemMun geua. Llle 6bae NnpoBeaeHO AbATOCPOYHO
npoyyBaHe, 3a Aa MOXe ToBa Aa 6bae NoTBbPAEHO.

MNone3HuTe edektn Ha Orkambi ca no-Manku OoT O4aKBaAHOTO 3a IEKAapPCTBO, KOETO TPpeTUpa MexaHM3Ma
Ha 3abonsiBaHeTo, a He HeroBuTe CUMNTOMU. Bbnpekn ToBa, Tbii KaTo KMCTO3HaTa ¢punbposa, NpuUMHeHa
oT MyTauusaTa F508del e ocobeHo cepno3Ha, HabnogaBaHUTe ePeKTN Ca CYETEHM 3@ KIIMHUYHO 3HAUMMMU
3a naumeHTuTe 6e3 Apyrn BapuaHTu Ha ne4veHue. HexenaHute peakuumm npu Orkambi 3acsiraT 0CHOBHO
yepBaTa M AMLLIAHETO M KaTo LSO Ce CYMTaT 3a NIeKN A0 YMEPEHU M MoraT Aa ce OB/ajesT.

EBponeiickaTa areHuUus No fiekapcTeaTa pelu, ye nonsute oT Orkambi ca No-ronemMu oT pUCKOBETE U
npenopbya TO3M NekapcTBeH NpoayKT Aa 6bae paspelleH 3a ynotpeba B EC.

KakBun Mepku ce npeanpuemMar, 3a fa ce rapaHTupa 6e3onacHaTta n
edexkTnBHa ynorpeba Ha Orkambi?

®upmaTa, koaTo npeanara Orkambi, e AnbXHa ga npoBeae AbArOCPOYHO NPoy4YBaHE Npu Aeua Ha
Bb3pacT oT 1 o 5 roanHn c kuctosHa pmbposa, KOUTo UMaT MyTaumnaTa F508del B ABeTe Konusl Ha reHa
CFTR. Llenta Ha npoy4BaHETO € Aa Ce OueHU Kak npoThya 3abonsiBaHeTo Npwu Aeua, NeKyBaHu C
Orkambi, B cpaBHeHMe C Aeua, KOUTO He ca nekyBaHu ¢ Orkambi. KaTo 4yacT oT ToBa npoyu4BaHe e
6bae oueHeHa AOMb/IHUTENHO AbArocpoyHaTa 6e3onacHocT Ha Orkambi npu geua Ha Bb3pacT oT 12 ao
23 Meceua.

MpenopbKkKTEe U Npefna3HUTe Mepkn 3a 6e3onacHaTa n ecdekTMBHa ynoTpeba Ha Orkambi, kouTo
cneaBa Aa ce CnasBaT OT MEAUUMHCKUTE CMeumanmcT U NauMeHTuTe, ca BKIOYEHM CbLLO B KpaTkaTa
XapaKTepucTMKa Ha NpoaykTa, U B IMCTOBKaTa.

KaKkTo npu BCUMUKM NeKapcTBa, JaHHUTE BbB Bpb3ka C ynoTpebata Ha Orkambi HenpekbcHaTo ce
npocneaseat. CbobLEeHNTe HEeXeNnaHu peakumm, CBbp3aHn ¢ ynotpebaTta Ha Orkambi, BHUMaTenHo ce
OLEeHSABAT M ce npeanpueMaT BCUUKM Heo6XoAMMN MEPKM 3@ 3allMTa Ha NauMeHTuTe.

AonbnHutenHa nHdopmauyma 3a Orkambi:

Orkambi nonyyaBa pa3peleHune 3a ynotpeba, sanmaHo B EC, Ha 19 HoemBpun 2015 .

JonbnHutenHa vHgopmauus 3a Orkambi MmoxeTe ga HamepuTe Ha yebcarTa Ha AreHuumsaTa:
ema.europa.eu/medicines/human/EPAR/Orkambi.

[aTta Ha nocnenHO akTyanusmMpaHe Ha TekcTta 05-2023.
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