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BikOM Big 60 go 75 pokis (n=36), 3 rpyna - nauieHTi 3 Al B noegHaHHi 3 LUA2T Bikom Big 45 fo 60
(n=38), 4 rpyna - nauieHTi 3 Al' Ta LUA2T Bikom Bif 60 fo 75 pokis (n=41). KoHTponbHa rpyna- 20
MPaKTUYHO 340POBMX 0Ci6 BiAMOBIAHOrO mauieHTam BiKy. CTaH aHTMOKCMAaHTHOT cuctemmn (AOC) B
cipoBartLi KpPoBi OUiHIOBasI 3a aKkTiBHICTIO rnyTaTtioHnepokcugasmn (FMO) Ta piBHEM CynbrigpinbHix
rpyn (BH-rpyn), okcngaHTHOT cuctemn (OKC) - 3a piBHeM ManioHoBoro gianbgeriay (MOA).
PesynbTatn: AHaniz ctaHy OKC ta AOC BusABMB [OCTOBipHE NiABuLLeHHA piBHA MOA B rpynax
NauieHTIB B MOPIBHSAHHI 3 KOHTPONEM, Oifbll BUpaXKeHe y MauieHTiB 3-i1 Ta 4-i rpyn (KOHTPONb -
4,07+0,22 wmkmone/n, 1 rp,- 5,62+0,46 mkmonb/n, 2rp.- 5,89+0,23 mkmons/n, 3rp.-6,45+0,31
MKMONb/n,4 tp. - 6,58+0,29 mkmonb/n, p<0,05 BignosigHo). MokasHukun AOC XapaKTepu3yBanucs
3Ha4YHMM 3HKEHHSM B rpynax Al Ta LWA2T. Bik-acouiiioBaHi 3MiHW HOCWAW HACTYMHWIA XapakTep:
piBHi MOA y nauieHTiB 3 Al Bikom g0 60 pokis 6ynu AOCTOBIPHO HMXKYE, HDK MPU MOeLHAHOMY
nepebiry Al Ta LWA2T y oci6 Tiei x Bikosoi rpynu (p<0,05). 3 Bikom akTuBHiCTb OKC 3pocTtana,
npoTe He gocsArana 3HaYHUX BigMIHHOCTEN Hi B 2-i4, Hi B 4-i rpynax (p>0,05). Haisuwwi pisHi MO i
BH-rpyn cnoctepirannca B8 1 rpyni (6,87 + 0,62 mkkat/rHs T1a 605,04 + 22,01 MKMmOsb/A,
BiANOBiAHO). Binbl cTapuwi BiKOBI rpynu OYiKyBaHO XapaKTepPM3yBa/INCA 3HUXKEHHSAM aKTUBHOCTI
AOC, ofHak HasBHicTb LLA2T cynpoBofXyBanacb He HacCTiIbKW IHTEHCMBHWUM BiK-acoLii0BaHUM
3HKEHHAM aHTMOKCUAAHTHOIO 3aXUCTY, HIXX B rpyni i30/1b0BaHOT Al

BucHoBkun: OpgHoyacHuin nepebir Al T1a LA2T cynpoBogxyeTbesi 6inbwl BupaxeHum OC B
MOpiBHSHHI 3 0cobamu 3 i301b0BaHOK Al. 3 BikOM npu Komop6igHomy nepebiry Al Ta LA2T
IHTEHCUBHICTb HapocTaHHs OC He HaCTiNbKU BMPaXXeHa, HXXK Npu i301b0BaHOMY nepebiry Al Lo

BMMarae nogasibLloro BUB4eHHA

MEPCMNEKTMBbl ®APMAKOIMEHETUKN MYKOBUCUNAOO3A
BWHHULKWIA HaLMOHabHbLIA MeANUMHCKWIA yHuBepcuTeT um. H.W. Muporosa
O.A. AkoBneBa, O.1O. NoliHa-Kapgacesuy, A.O. XXamba, N.A. fopowkeBud, A.C. JIyLLUHNKOB

6r vakovleva@meta.ua

AKTyanbHOCTb. B nocnegHve rofbl Brepsble paspaboTaHa BO3MOXHOCTb 3TMOIONMYECKOTO NIeYeHUS
MyKoBucLmao3a (MB) Ha OCHOBE KOPPEKLMM FEHETUYECKMX MOIOMOK, OTBETCTBEHHBIX 3a PasBuTMe
naTonoruu ¢ AeTCTBa, C YYeTOM BHEAPEHNS HOBbIX NMOAXOAOB K MPOrHO3Y U TEUEHUIO 6OME3HM.

Llenb ny6amkaumu: OCBeLeHNe HOBON MeXAYHapOAHOW WH(OpMauMM OUEHKU pe3ynbTaToB
KNMHNYECKUX  UCMbITaHWIA npu nedeHun MB, HanpaBfeHHbIX Ha MaKCUMMasbHbIA OXBaT
FEHETUYECKNX HapyLLEHWIA,

MeTogpl: aHa M3 MHHOPMALMOHHbIX UCTOYHMKOB M OTUYETOB MCMbITaTeNeN 3a nocneaHue 5 neT.
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Pesynbtatbl. [eHeTMyeckue pedekTbl Ha YpoBHe O6enka - TpaHCMeMOpaHHOro perynaTopa
nposogumoctn (CFTR) moryT; 6bITb accoummpoBaHbl ¢ 6onee yem 2000 reHoB. [lepBbiM LIArom
Tepanun MB [0/MKHO ObITb FEHeTMYECKOe TecTMpoBaHue. 13 KOppeKuun agekBaTHOro TpaHcrnopTa
xfiopa uepe3 kaHan 6enka CFTR npeaiioxeHo HeCKofbko nogxopos. Meakadtop (Kalideco) -
noteHymatop nposogumoctTh CFTR (npy MB OH OTKpbliBaeT BOpOTa KaHana Ha MOBEPXHOCTU
aNUTeNManbHbIX KNETOK BO MHOTMX opraHax), 6bin paspewleH getam ot 12 mecaues (B go3ax 50, 75 u
150 Mr) nocne nNpoBeAeHHOW OUEeHKM 3(PHeKTMBHOCTM K 6Ge3onacHocTM y 353 nauyueHToB (B
Bo3pacTe 12 mecsueB - 72 neT) B Nnaue60-KOHTPOMMPYEMbIX KIMHWYECKMX Tpainiax, C pasHbIMU
BapuaHTamy MyTauuidi TEHOB Y TeTepo- WAW TFOMO3UTOTHbIX OO0MbHbIX, AANTENIbHOCTb Tepanuu
pocturana 8-48 Hefenb, nnauebo - 16-48 Hefenb. SPEKTUBHOCTL OLEHMBANIACH MO KIMHUYECKUM U
O6MOXMMMYECKUM MapKepaM: AnHamuka OPBI, KOHUEeHTpauus X1opmMaos noTa, UHAEKC Macchl Tena
N pecnunpaTopHble LUKabl KayecTBa XXW3HWU. MoflyyeHHble MOIOXUTe/IbHbIe Pe3y/bTaTbl OT/INYaIUCh
B 3aBMCVMOCTM OT BapvaHTOB Ae(EKTHOrO reHa, rpynmbl UCMbITYEMbIX, BO3pacTa 60/IbHbIX U CPOKOB
KOppeKumn.

OfjHaKo, C Yy4eTOM LUMPOKOro ChnekTpa reHeTUYecknuX [AeheKToB, BO3HMKMNA HE06X0AUMOCTb
JOMONMHNUTL (hapmMakoTepanuio BMELLATEe/IbCTBOM Ha pasHble BapuaHTbl TeHOB, Oblna MpefioxeHa
TPEXKOMMOHEHTHas Tepanusa MB, npu yyacTuu paspabotumnkos Vertex Pharmaceuticals (VX16-659-
101 n VX16-659-001). NccnefoBaHns BKAOYAIWM AOKIMHUYECKYHO a3y (KOHTPOSIb 6e30MmacHOCTU
Ha KneTkax anuTenns 6poHXoB OT 60/bHbIX MB) 1 cXembl ABONHON WK TPOMHOW Tepanuun B NepBoii
1 BTOpOW hasax: VX-659+Te3akadTop+mBakadTop, npu aHanmse geHotTmna Phe508del 6enka CFTR,
y reTepo- uavM romosurotHoix 115 naumeHTOB, B TeyeHue 4-X-HefenbHOro KOHTpons. Bce posbl
TPONHOI KOMOMHALMW COMPOBOXAANNCL YAYULLIEHWEM MPOLEHTHOro npupocta OPB1 (go 13,3%),
NO3UTUBHOW AMHAMUKON XNOPWUAOB MOTa M MOKasaTeNs MU LWKasbl KayecTBa Xu3HM CFQ-R Ha 29
JeHb. Heb6naronpuaTHble CcOObITUS NpWM  TepanuuM  BKAKOYanU: 060CTPeHMEe OPOHXO0NEroYHoM
MH(EKUMW, TONOBHYIO W opoapuHreanbHyto 60/b, yBEIMUYEHME KONMYeCTBa MOKPOTbI, OLHaKO
CMepTeNbHbIX UCXOA0B He Haboaau.

BbiBogbl. MpeanioxeHbl HOBbIe NMYTW A5 601ee ANUTENbHbIX UCMbITAHUIA KIMHUYECKUX Pe3y/bTaToB
TPEXKOMIMOHEHTHOW CXeMbl MOAYNATOPOB TeHeTUYeckux fedpektoB 6enka CFTR, 4TO nOMOXeT

BOCCTAHOBUTb €ro (OYHKLMIO U YNyYLInTb NPOrHo3 Ao 90% 60/bHbIX MYKOBUCLMAO30M.
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