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Orkambi (lumacaftor / ivacaftor)
06w npernea Ha Orkambi n 3awo e pa3pelweH 3a ynotpeba B EC

KakBo npeacrasnsasa Orkambi n 3a kakBo ce nsnonssa?

Orkambi e nekapcTBeH NpoAyKT, KOWTO Ce M3MO0N3Ba 3a SlieyeHne Ha KUCTo3Ha Gpnbpo3a Npu nauneHTn
Ha Bb3pacT 2 1 noBeve roAnHU. KUctosHata purbposa e HacneacTBeHo 3a60nsBaHe, KOETO MMa TEXKMU
nocneavumn Bbpxy 6enmTe ApoboBe U XpaHoCMWUIaTeNHaTa cucTeMa. To 3acara KNeTkute, Kouto
npousBexaaT Cy3 U XpaHoCMUIaTeNHU cokoBe. Mpu kucTo3HaTa hunbposa cekpeTUTe cTaBaT MCTU U
NpPUYMHABAT 3anyLiBaHe. HaTpynBaHETO Ha NALTHU U NIENKaBM CEKpeTn B 6enunTe ApoboBe Npean3BnKBa
Bb3ManeHne U Npoab/XMTENHA MHdeKuMsa. B yepBaTa 3anyLBaHETO Ha KaHanyeTaTa Ha NnaHkpeaca
3ab6aBsl CMWUMIQHETO Ha XpaHaTa M BoAM A0 3abaBsHe Ha pacTexa.

Orkambi ce nsnonssa nNpu naumMeHTn, KOUTO UMAT reHeTUYHa MyTauus (M3MEeHeHue), HapeyeHa MyTauus
F508del. Tasn MyTaumMsa 3acsara reHa 3a CMHTe3 Ha 6enTbK, HapeyeH TpaHcMeMbpaHeH perynaTop Ha
NpoBOAMMOCTTA Npun KMcTo3Ha pubposa (CFTR), KOMTO y4yacTBa B perysiMpaHeTo Ha NpoM3BOACTBOTO Ha
Cny3 1 XpaHocMunaTtenHu cokose. Orkambi ce nuanonsea Npu naumMeHTN, KOUTO ca HacneanIn
MyTauusiTa OT ABamMaTta CuM poaUuTENN.

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

Orkambi moxe pga ce npeanucea caMo OT Jsiekap C ONMUT B JIEYEHUETO Ha kKncto3Ha humbposa. Tpabea aa
ce npeanuMcea CamMo Ha NauuMeHTU, 3a KOMTO € NOTBbPAEHO, Ye npuTexasaT MyTaumsaTa F508del n B
ABeTe konusa Ha CFTR renHa.

Orkambi ce npeanara noa dopmata Ha TabneTku u rpaHynu. MpenopbynTenHaTa Ao3a 3aBUCK OT
Bb3pacTTa M TEIeCHOTO TErs0 Ha naumMeHTa. TabneTkuTe UK rpaHynnTe ce npuemat npe3 12 yaca c
Ma3HWU XpaHu.

3a noseye MHbOpMaLMa OTHOCHO yrnoTpebaTa Ha Orkambi BMXXTe NMCTOBKaTa WM Ce CBbPXETe C Balus
nekap wnu dapmaLlesT.
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Kak pencrBa Orkambi?

KuctosHaTta ¢pmnbpo3a ce npmumnHsaBa oT MyTaumm B CFTR reHa. To3m reH otroBaps 3a cMHTesa Ha CFTR
6enTbka, KOMTO y4yacTBa B perysiMpaHeTo Ha NpoM3BOACTBOTO Ha C/y3 U XpaHOCMUIATe/IHM COKOBe.
MyTaumnTe NnoHmxasaT Konn4yecTsoTo Ha CFTR 6enTbka BbpXy MOBLPXHOCTTA Ha KJeTKaTa uam
noBAMABaAT BbPXY HaunHa Ha PpyHKUMOHUpaHe Ha 6enTbkKa.

EnHoTO OT akTuBHUTe BewecTBa B Orkambi, nymakadTop, noBuwasa konmdectsoto Ha CFTR 6entbka
Ha KJfleTbYyHaTa NOBBLPXHOCT, @ APYroTo, nBakadTop, NoOBMLWIABA aKTUBHOCTTa Ha AedekTHusa CFTR
6enTbk. Te3n AeNCTBMS HaMansaBaT NAbTHOCTTa Ha C/y3Ta U XpaHoCMuUIaTeNnHUTe COKOBe.

KakBu nonsu ot Orkambi ca yctTaHOBeHM B npoyuBaHusTa?

B nBe ocHoBHM npoy4BaHua npy 1108 naumeHTn c KMCTo3Ha pmnbpo3a Ha Bb3pacT 12 roamHU unm
rnoeseve M B €4HO NpoyyBaHe, obxBawawo 204 geua Ha Bb3pacT oT 6 4o 11 rognHm, Orkambi
nopgobpsea gyHkunsaTa Ha 6ennte agpoboBe. Bcuukm nauymeHT nmat myTtauusaTta F508del B CFTR reHa. B
Te3n npoy4BaHus Orkambi e cpaBHeH ¢ nnauebo (cnano neyeHune), KaTto u asete ca fobaBeHU KbM
06nyaHOTO feyeHne Ha NaumeHTuTe.

B ABeTe npoyyBaHUs Npu NaunmeHTU Ha Bb3pacT 12 roAMHU M noBeye OCHOBHaTa Msipka 3a eeKTUBHOCT
ce OCHOBaBa Ha nogobpeHneTo B NpeasuaeHaTa CTOMHOCT Ha ®EO, Npu nauneHTUTEe, KOETO e MsipKa 3a
TOBa KOJIKO Aobpe dyHKUMOHMpaAT 6enuTte gpoboBe. Pe3ynTtatute OT MbpBOTO NMPOYy4YBaHE NMoKasBaT, ye
cnen 24-ceAMUYHO NlevyeHne nauneHTute, komto npuemat Orkambi, nmaT cpegHo nogob6perHmne B
cTonHocTTa Ha ®EO1 oT 2,41 NpoUEHTHM NyHKTanoBe4ye OT Te3n, KOUTO npuemat nnauebo. Mpu BTOpoTO
npoyuyBaHe Ta3u uudpa e 2,65. JleyeHmeto ¢ Orkambi cbuleBpeMeHHO NOHMXaBa 6pos Ha
o6oCTpsiHMsATa (BNoWwaBaHMsTa), KOMTO HanaraT XoCnuTannsaums unm nedeHune ¢ aHtmbumotmum. Kato
usino 6possT Ha 06oCTpsSiHMATa e HaMasneH ¢ 39 % B cpaBHeHMe ¢ nnauebo.

B npoy4yBaHeTO Npu Aeua Ha Bb3pacT oT 6 A0 11 roagMHM oCcHOBHaTa MspKa 3a eeKTUBHOCT €
HaMansBaHeTo Ha MHAekca Ha 6enoapobHusa knmpbHc (LCI, 5), KoeTo nokassa nogobpeHue Ha
BeHTMNaumsATa Ha 6enute gpobose. Cnep 24-ceAMUYHO NedyeHne naumeHTuTe, nekysaHu ¢ Orkambi, nmat
HamaneHue Ha LCI, s ¢ 1,01 B cpaBHeHMe ¢ yBenuyeHne ot 0,08 npun naumeHTn, nekyBaHu c nnauebo.

MpoBeAeHO e AOMBAHUTENHO NpoyyBaHe npu 60 aeua Ha Bb3pacT OT 2 A0 5 roaMHM € KNMcTo3Ha dunbposa,
KOUTO mmaT MyTaumsTta F508del B CFTR reHa. Bcnukum Te3un geua ca nekyBaHu ¢ Orkambi. YcTaHOBEHO e
nopobpeHune B akTneBHocTTa Ha CFTR 6enTbka, n3MepeHo KaTo HaMansBaHe Ha KOJIMYeCTBOTO X/10puA B
noTTa cnes 24-ceAMUYHO neveHune. MaumeHTuTe C KNCTo3Ha hrbposa nmaT BUCOKM HMBA Ha X10pUA B
noTTa, KOEeTO Ce Ab/IKN Ha HenpaBunHO pyHKunoHupaHe Ha CFTR. Cneg npeycraHOBsiBaHe Ha fleyeHneTo
¢ Orkambi, HMBaTa Ha xnopua OTHOBO ce yBennyasaT. PacTexbT Ha AeuaTta (M3MepeH ype3 MHAeKCca Ha
TenecHaTa Maca, Te/leCHOTO Tersi0 U BMCoYMHaTa) cblo ce nogobpsea.

KakBu ca puckoBeTe, cBbp3aHu ¢ Orkambi?

Han-uectute HexenaHu peakuum npm Orkambi (konTo Moxe aa 3acerHaT noseye ot 1 Ha 10 aywwu) ca
ancnHes (3agyx), avapus v rageHe (No3vMBM 3a NOBpbLUAHE). TeXKUTE HeXeNaHn peakumn BKAoYBaT
npobnemu c yepHus Apob, KaTo NOBULLEHN YepHOAPOOHM eH3UMU, XoNecTaTudeH xenaTuT (3agbpxaHe
Ha X/TbYKa, KOeTo BOAM A0 Bb3MnasieHne Ha vyepHus a4pob) n yepHoapobHa eHuedanonatus (MO3bYHO
3abonsBaHe, NpMYMHEHO OT Npobnemun ¢ YyepHusa Apob). KaTo Usno Te3n CEPUO3HM HEXENAHN peaKkunm
ca HabnwagasaHu npu noseye oT 1 Ha 200 Aywun B Xo4a Ha KJIMHUYHUTE NpPOYyYBaHUS.

3@ NbJIHMSA CAUCHK Ha BCUUKUK HEXENAaHU NEKaApCTBEHN peakuun U orpaHuJyeHunsiTa, CbobLleHn npu
Orkambi, BuxTe nucroBkaTa.
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3awo Orkambi e paspeweH 3a ynorpeba B EC?

YctaHoBeHO e, ye Orkambi nogobpsiBa dpyHKUMATa n BEHTUNAUMATaA Ha 6enuTe ApoboBe Npy NaUMEHTU C
KNCTo3Ha hmbpo3a Ha Bb3pacT 6 rogmHu u noseve. Edbektnte Ha Orkambi npu aeua Ha Bb3pacT OoT 2 A0
5 rogMHu ce cumuTaT 3a CXO4HW C Te3n Npu no-rosemu geua. Llle 6bae npoBeseHo AbATOCPOYHO
npoy4yBaHe, 3a Aa MOXe ToBa Aa 6bae NOTBbPAEHO.

MonesHute edekT Ha Orkambi ca No-Manky OT 0YakBaHOTO 3a JIEKapCTBO, KOETO TPETUPA MeEXaHU3Ma
Ha 3a60/15IBaHETO, @ He HErOBMTE CUMNTOMU. Bbnpeku ToBa, Thbi KaTo KMCTO3HATa GpMbpo3a, NpUYMHEHA
oT MyTauusaTa F508del e ocobeHo Texka, HabnaaBaHuTe edeKkTn ca CYeTEHM 3@ KIIMHUYHO 3HAUMMM 3a
nauveHTuTe 6€3 Apyrvu BapuaHTu. HexenaHute peakuum npu Orkambi 3acaraT oCHOBHO YepBaTa U
AVLLAHETO M KaTo USI0 Ce cUMTaT 3a JIEKU A0 YMEPEHU U KOHTPOSIMPYEMMU.

EBponelickaTa areHuus no siekapcreaTta pelwu, Yye nonsmrte oT Orkambi ca No-ronemMm oT pUCKoBETE U
npenopbya TO3M NleKapCTBEH NPOAYKT Aa 6bae paspelleH 3a ynoTpeba B EC.

KakBu Mepku ce npeanpuvemMar, 3a Aa ce rapaHTupa 6esonacHaTa u
ecdexkTnBHa ynorpeba Ha Orkambi?

®upmaTa, koaTo npeanara Orkambi, Tpabea aa npoeeae 5-roanWHO Npoy4yBaHe NpuY NAUMEHTHU C
KMUCTO3Ha (pmnbpo3a 3a oueHKa Ha AbArocpoyHuTe edekTn Ha siekapcTBoTo. Heobxoammo e m
OOMBbJIHUTENHO ABArOCPOYHO NMpOyYBaHe NMpu Aeua Ha Bb3pacT OoT 2 A0 5 roaAmHuM ¢ KucTosHaTa ¢durbposa,
3a [la ce HamnpaBW CpaBHEHUE MeXAy Te3n, KOMTO uMaT MyTauusTa F508del B CFTR reHa u ca fieKkyBaHu
¢ Orkambi n Te3un, konTo He ca NnoanoxeHu Ha neyeHmne c Orkambi. MpoyuBaHeTo Tpsi6Ba Aa YCTaHOBM
nporpecMpaHeTo Ha 3abonsaBaHeTO Npu ABeTe rpynu geua.

MpenopbKk1Te U Npesna3HUTe Mepkn 3a 6e3onacHaTa n ecdekTMBHa ynotpeba Ha Orkambi, kouTo
cneaBa Aa ce CrnasBaT OT MEAUUMHCKUTE CNeLManmcT U NauMeHTuTe, ca BKIOYEHU M B KpaTkaTa
XapaKTepucTuka Ha NpoAyKTa, U B INCTOBKaTa.

KaKTo npu BCUYKKN NeKapcTBa, AaHHUTE BbB Bpb3Ka C yrnoTpebaTta Ha Orkambi HenpekbcHaTo ce
npocneaseat. CbobLIEHNTE HEXEeNaHW peakumm, CBbp3aHn ¢ ynotpebaTta Ha Orkambi, BHUMaTenHo ce
OLEHABAT M ce npeanpuveMaT BCUYKN HEO6X0AMMU MEPKM 33 3aLUMUTa Ha NaLUEHTUTE.

AonbnHutenHa nHdpopmayua 3a Orkambi:

Orkambi nonyuaBa paspeweHue 3a ynotpeba, BanuaHo B EC, Ha 19 HoemBpu 2015 .

JonbnHutenHa nHgopmauus 3a Orkambi moxeTe ga HamepuTe Ha yebcariTa Ha
AreHumsaTa: ema.europa.eu/medicines/human/EPAR/Orkambi.

[aTa Ha nocnegHo aKTyanu3MpaHe Ha TekcTa: 12-2018.
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