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dbeepabHOr0 TOCYAapPCTBEHHOTO aBTOHOMHOTO yupexiaeHus «HanuoHansHbIH
MEIULMHCKUH HCCIeOBATeNLCKUM IIEHTP 3[0pOBbs  JeTei» MuHHCTEpCTBa
3npaBooxpaHenuss Pocculickoit denepanuy 0 HAYYHO-NPAKTUYECKOH IEHHOCTH
quccepralMoHHOM paboTsl Bacenéroi HOmuu Onerosusl Ha Temy «KommuekcHas
OLIEHKA 3I0POBES ¥ 3(P(PEeKTHRHOCTH TAPreTHOM Tepanuy MyKOBUCLUL03a Y AeTEW»,
IPeACTaBIeHHON B JuccepTalmoHHer coserT 21.2.074.02 mnpu QeaepansHOM
rOCyJapCTBEHHOM  OOJIDKETHOM  00pa3oBarTelbHOM  YUYPEKICHHUH  BBICHIETO
o0pazoBaHusi «YpaJbCKUK TOCYIAapCTBEHHBIA MEIUIMHCKUNA  YHHBEPCHUTET»
MunnctepcTBa 3npaBooxpaHenus Poccuiickoit enepaliii Ha COMCKaHUE y4eHOH

CTeleHHW KaHauaaTa MeIUIMHCKMX HayK 110 crieuuansHocTd 3.1.21. Ilenuatpus

A}CTyaJ'leOCTb HAaAY49HOI'0O HCCJICAOBAHHUNA

Jucceprauust BacenéBoit HOmnuu OueroBHsl ITOCBAIIEHA aKTyalbHOM

npoGieMe JedeHHMs MyKOBHCUMAo3a Yy Jjeredt - ucnonszosanmo CHFTR-



MOJYJSATOPOB M OLEHKe 3I0pOBhS JleTel Ha (oHe TapreTHOW TepanuH.
Mykosucuunoz  (mazee MB)  gBuseTcs  MOHOIeHHBIM — 3a00JCBaHUEM,
00YCIIOBICHHBIM ITaTOTeHHBIMHA BAPHAHTAMH HYKICOTHIHOMN IOCIIEN0BATeNFHOCTH
rega Cystic Fibrosis Transmembrane conductance Regulator (CFTR). C
BHEJIpEHUEM B IPAKTUKY KOpPpeKTopoB M mnoTerrmaropoB Oenka CFTR cramo
BO3MOXKHEIM  (PapMaKOJIOrHYeCKOe MOJYTHPOBAHUE TPAHCIIOPTA MOHOB, YTO
IIO3BOJIMIIO 3aMEITUTE [TPOrPeccHpoBaHme 3a00IeBaHMsI U OTIPEAEIIHIO TEHACHLIHIO
K YBEJIMUEHHIO [IPOJOJIKUTEILHOCTH YXU3HU MalMeHTos ¢ MB.

B cospeMmenHOI muTEpaType UMEIOTCS HAy4YHBIE TaHHBIE O MOIOKUTENLHOM
BiussHuy npumeHeHust CEFTR-MonyasTopoBR Ha HYTPUTHBHBIH CTATYC MAlMEHTOB C
MB u nokazarenu (QyHKUMM BHEIIHEro JsIxaHus. MccregoBaTensaMu yieisercs
BHMMaHUE MMKpOOMOMY JbIXaTelbHBIX TyTed Tipu MB, ofHAKO NpH 3TOM
COXpaHseTcs HeOOXOAMMOCTh B IIOJIYYCHUH JOIOJHUTEIBHBIX CBEIEHHH O
B3aUMOCBS3M MEXJly M3MEHEeHHeM OaKTepHalbHOIO pa3Hoo0pa3us ¥ BO3PACTOM,
KpaTHOCTBIO IIPOBEIEHUS KypCOB AaHTUOAKTePHUANbHOW Tepanud, CHIDKEHHEM
GyHkmmu TETKMX, NporpeccupoBanueM 3aboneBanus w npumenennem CFTR-
MOJIYJISITOPOB.

OparM M3 Mano M3y4eHHBIX W HEJOCTATOYHO OINMCAHHBIX B JHTEpaType
acIleKTOB B paMKax 00CyXKI1aeMOH TeMbl, Ha CErOIHSIIHUM JIeHb, OCTAETCS BOMPOC
GopmupoBanuss nHeBMOoGHOpO3a y JeTed ¢ MYKOBHUCIIHIO30M, Tpebyercs
JIOTIONTHEHWE HAYYHBIX JAHHBIX, OIMCHIBAIOMIMX BO3MOXXHOCTH HCIIOIB30BAHUS
HEHUHBA3UBHBEIX JHArHOCTHYECKHX MapKepOB JUIST OIEHKH JIHTCIHAILHOIO
IIOBPEKACHHS JIETOTHOM TKAHU y JIeTeH.

Heobxonumo Takxke MOJ4epKHYTh BaXHOCTH pa3paboTKH JHAIHOCTHYECKIX
MaJIOUHBA3UBHBIX TEXHOJIOIHM, JOCTYIHBIX K IPUMEHEHHIO B JIFOO0HM MeIHIIHHCKOM
OpraHM3anyy, e HaOMIoMaroTCsS TAIMEHTH ¢ MYKOBHCI[HIO30M, YTO IIO3BOIHT
IIPAKTHKYIOIIMM BpadyaM CBOEBPEMEHHO IPOTHO3HPOBATH OPOHXOJIETOUHEIE

0bOCTpeHus U IPOBOJUTE TEPAIIUIO ¥ JeTel ¢ MyKOBHCIHI030M.



C yueToM BBHIIIECKA3aHHOTO, MOXKXHO KOHCTATUPOBATH, YTO TeMa
JHCCEPTALMOHHOTO HMCCIE0BAHUS SBISETCS akTyanbHon. Llens uccnemoBaHus,
HalnpaBJIeHHas Ha OLEHKY KJIMHHYECKOH M NPOTrHOCTHYECKOH 3(QQeKTUBHOCTH
nposenenus tepanuu CFTR-mMomynsitopamu y fieTeit ¢ MyKOBHCLHI030M, SABISETCS
obocHosanHO#. IlocTaBiieHHBle 3a7aud COITACYIOTCS C IEIBI0 M OTPaKaroT

OCHOBHBIE 3Tallbl U CYTh IIPOBOJUMOI'0 UCCIIENOBAHHA.

Hogn3Ha nceiefoBaHusl H 3HAYEHHE MOJTYYeHHBIX Pe3yJbTATOB

Hayunas HOBH3Ha HCCIEHOBAaHMs 3aKIIOYAeTCsd B JI0KA3aTelbCTBE
2¢hHEeKTHBHOCTH IPUMEHEHHUS TAPreTHON Tepanuu v jaeteit ¢ MB, ocHoBanzoM Ha
CPAaBHUTEJILHOM aHaIM3€ MEX/IY JIeTbMH, IIOJyYaBIIUMH H HE MOJy4YaBITHMHU
CFTR-MomynsaTopel.  ABTOpPOM  OTAETBHO MpOAHATM3MPOBAHA KIHHHYECKAN
s ¢exTuBHOCTh Tepanuu HBakadToptrezakadToptanekcakahTop M HBaKadTOP
(manmee «rpoitHas» Tepanusi) W uBakahToptirymakadhTop (mamee «IBOWHASY
Tepanus) Ha Gu3M4YecKoe pasBUTHE, (YHKIMOHAIBHBIC ITOKA3aTeNd BHEIIHEro
ABIXaHUSA, IIeYeHH | IOMKENyJIOYHOH Kele3bl. YCTAHOBICH BBIPaKCHHBIN
MOJOXKHUTENBHBIH 3PPEKT «TpoHHON» Tepanuy B IUIAHE YIYYIICHHS OKa3aTe/cH
OB/, 1 «ABOMHOID Tepamuu — B yIy4IIeHHH QYHKIHUNA NEYSHH | IIOKEITYT0THON
xkene3pl. ONHOBPEMEHHO C OSTHM IPU CPABHUTEIBHOH OIEHKEe «TPOWHOM» U
«IOBOWHOI» Tepanmuu IMOJAYepKHYTa OONBINAS pPe3yNETATHBHOCTE «TPOHHOI
Tepalui B JOCTHKCHHH HOpMaM3aluy 1okazarencii ©®BJI, B CHIKCHUH CTEIICHH
OpoHXManBHOM OOCTPYKIHK, B HOpMalH3alM{ II0Kazareled IIOTOBOrO TecTa, B
CHIDKCHHH PHCKA TIOSBIEHUS T€HOB AaHTHOMOTHKOPE3UCTEHTHOCTH MHKpoOHOMa
neixarenbHblx  nyted. [lodydensl paHHble o Oonbiueld  pe3yNbETATHBHOCTH
«JBOMHOI» TEpanmuy B IUIAHE YIYUIIEHWUH XOJNECTaTUYeCKOH (DYHKLIWH IICUeHH.
ABTOpOM NOKa3aHa KinuHu4eckas s¢dextuBHocTs Tepamuu CIFTR-MomynsaTopamu
B CHIDKEHMM HEOOXOIMMOCTH IOCIIMTAIM3ALMHU eTeH, CBsI3aHHOH ¢ 00ocTpeHneM
OPOHXOIETOYHOTO IpoIlecca.

ABTOPOM YCTaHOBIIEHA CTPYKTypa NMATOTEHHBIX TEHETUHYECKHUX BapHUaHTOB

CFTR, xapakrepusyromias nomyiasnuio gereid ¢ MB B peruone, rae npoBOAMIOCE
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uccienoBanue. B pabore orMedeHO NORBIIIEHHE PHCKA BBICOKOH ChIBOPOTOYHOM
KOHIEeHTpaun O6momapkepa CA19-9, KOTOPBIH MOXKET SBJIATHCS IPEUKTOPOM
GUOPO3HOTO peMOoAeTHPOBaHus JIerOYHOM TKaHU y JleTell ¢ MB, He momywaBmux

TapreTHYIO Teparuio.

3HAYMMOCTD NOJYYEHHBIX PE3YJIbTATOR ISt MeTHIIHHCKONH HAYKH

| 3pABOOXPAHEHH

Pe3yibTaThl UCCIEIOBAHUS JIOTIONHSIOT COBPEMEHHYK 0asy [NaHHBIX O
xapakTepe u yactore nojumMopduzMos renos CFTR, MpUBOAAIINX K BRIPAKEHHBIM
HapymeHusM ¢yakuuu Oenka CEFTR. Jlannsie, HOKa3plBaroOIIUMe CYLIECTBOBAHHE
CBSA3U MeX/y KOoHIeHTpanuei buomapkepa CA19-9 u orcyrcreuem repanuu CEFTR-
MOIYISITOPAMH, [TOKA3bIBAET PONh JAaHHOro OmOMapkepa B IaTOTEHE3€ Pa3BHTHsA
¢Gubposa merkux npu MB.

[IpakTUyecKold 3HAYMMOCTBIO OONAJarOT Pe3ylabTaThl  HMCCHEJOBAHMS,
CBUJIETEILCTBYIONIAE HEe TONbKO 00 3ddexrusHocTH ucnonszopaHua CFTR-
MOJYIASTOPOB, HO ¥ BIMSHUM TapreTHOM Tepaluy Ha KIMHUYECKOe TeueHHe
TIATONOTMYECKOr0 IIPoLecca — CHIDKCHHE MOTPeOHOCTH B aHTHOAaKTepHABHON
Tepanuy, BIWSHUM HA TeHbl aHTHOMOTAKOPE3UCTEHTHOCTH MHKpOOHOMA
JIBIXATEJIbHBIX ITyTeH.

[lpennokennas  MareMaTHdecKass  MOIeNb  HPOrHo3a  o0OCTpeHHs
OpoHXoJIEro4HOro npoilecca y manuentos ¢ MB obnagaeT mpakTHYECKOH
[IEHHOCTRIO JUIS KIMHHYIECKOTO MIPHUMEHEHHSI, TAK KaK BCE HCIIOIb3YEMbIE IIPU3HAKI
JITst pacdeTa [IPOTHO3a SBISFOTCSA JOCTYIIHBIMHE B PealbHOH KIIMHHIECKOH MpaKTHKe.

TaxkuM 00pa3zoM, MOIYYCHHBIC B XOJAE IHUCCEPTALIMOHHOIO HCCIIEOBAHUA
JaHHBIE PACIIMPSIOT HAIIM 3HAHUA B OOIACTH TEPanvy TApreTHBIME IperapaTaMu
y JeTedl ¢ MYKOBHCITH030M M IIPeIJIaraloT pellleHHe I MPOTHO3UPOBAHUSA

3bEKTHBHOCTH TaKOH TeparIkH.
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Crenenn 000CHOBAHHOCTH HAYYHBIX 110JI05KEH U, BBIBOIOB H
pPeKOMeHIanui

HccenenoBanue oTaM4aeTcs XOpOIIUM YPOBHEM METOIMYECKOT0 HCTIOHEHNUS.
Hayuyxibie mos10:xenns, BEIBO/IBI M PEKOMEHIALINH, [IPEACTABIEHHBIE B JHCCEPTALHH,
0DOCHOBAHEI, ApryMEHTHPOBAHBl M [OCTOBEPHBI. BEIHECEHHBIC HA 3aIIUTY
IIOJIO’KEHUsI OCHOBAaHBI Ha INMMPOKOM aHalM3e AaHHBIX HAyYHOH IHTEepaTypsl,
BBICTPOGHHOM C MO3MLMK NPUHIUIIOB IO0KA3aTeJLHOM MEIMUMHLL B AU3aiine
UCCIIEJIOBAHMS, KPUTHYECKON OIlEHKE COOCTBEHHBIX PE3yJIbTATOB HCCIETOBAHUA.
JlOCTOBEPHOCTE U OOOCHOBAaHHOCTh PE3yJILTATOB MOJNTBEPKIACTCS JOCTATOUYHLIM
KOJIMYECTBOM KITHHWUYCCKAX HAONMIOJEHHH, COOTBETCTBHEM MCIIOIB30BAHHBIX
KIUHUYECKUX, JIA0OPATOPHBIX W HWHCTPYMEHTAILHEIX METOMOB HCCIIEI0BAHUA
MOCTABNEHHEIM IIeJIsIM M 33ja4aM, KOPPEKTHBIM NpPHMEHEHHEM METO0B
OMKMCATEILHON U aHAIUTUYECKOH CTATHCTHKH, COOTBETCTBYIOIIMX TPeOOBAHUSAM B
obJlacTy aHaIM3a OUOMEIUIIMHCKUX MCCIIeOBAHNNA.

Hayunble [0JI0JKeHUs, BBIHOCUMBIE HA 3aIUTY, BBIBOJEI U PEKOMEH/AITHH,
HOJKpenIeHsl (aKTUIeCKUMU JaHHBIMY, HAIIIHO U [10APOOHO IpeACTaBIe HHEIMU
B [IPHBEJIEHHBIX TA0IHIAX, Ipa(pUUecKUX PUCYHKAX B TEKCTE JIUCCEPTAITHH.

OOGbeM  BBITONHEHHEIX  HCCIIENOBAHHN,  HCIIOJIL30BAHHLIE  METOIBI
1abopaTOPHO-UHCTPYMEHTATBHOW JHATHOCTHKM M CTATHCTHYECKOIO aHanusa
MO3BOJIAIOT CYUTATh HAYYHYH) HOBM3HY, BbIJIBUIA€MEIE TIOJOMXKEHHUS, BEIBOMIHI,

NpaKTHICCKHE PEKOMCHOAIINA ApryMmeaTHpPOBaHHbBIMHU, 000CHOBaHHBIMH 25

JOCTOBEPHBLIMH.

CooTBeTcTBHE JHCCEPTAIMH NACIOPTY HAYYHOH CeNNAILHOCTH
JuccepranuonHas paboTa IONHOCTBIO COOTBETCTBYET MACTIOPTY HAYYHOM

crenuansHocty 3.1.21. Tlegquarpust 1 HanpaBieHUsM HCCIIeIOBaHus: II. 1, 3, 7.

CoorBercrBHE aBTOpedepaTa cogepKAHUIO JUCCEPTALHA
ABropedepaT NOJHOCTEIO OTPaXKaeT OCHOBHOE COJEpKaHUe IUCCEPTAINH,
oopMIIeH B COOTBETCTBHM ¢ TpeGoBaHuaMH M.25 [lomoxeHus o MPHCYXKICHHH

YUEHBIX CTETIEHEH.
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PexoMeHIA1HH 110 HCTIOJIB30BAHNIO PE3YJILTATOR H BHIBOAOB

Pe3yneTarel AuccepTaliMOHHOIO UCCIIEIOBANUS MOIYT OLITH HCIIONB30BAHEI
Ha aMOyJIaTOPHOM M CTAI[MOHAPHOM 3TAarax BeleHHs IeTeH ¢ MYKOBHCLHI030M
BpayamMyu—IIe/(MaTpaMu, BpPavyaMH-IyJT5MOHOIOTAMY, OTOPHHOIAPHHIOJIOTaMH,
ractposHreposioramu. PaspaboTaHHBIH crnoco0 NMPOrHOZUPOBAHUS O0OCTPEHMS
PEKOMEH/IOBAH K UCTIONIB30BAHUIO B KIIMHUYECKOW MPAKTHKE C HEeNbI0 OMpeIeIeHus
MOKa3aHWi JUis KOppeKIMM Oa3suMCHOM Tepamuy, HEOOXOAMMOCTH IPOBEIEHUS
aHTHOAKTepHaNbHOH Tepanmuy W pacyera pPUCKA pPasBUTHS OPOHXOJIErOYHOIO
oboctpenus y mnanuenra ¢ MB. PexoMeHZOBaHO WCIIONL30BaTh IOJNyYeHHbIE
BBIBOJIBI IIPM COCTABJIEHUH MEPCOHATM3NPOBAHHON IIPOrPaAMMEI BEJEHHUS JETEH C
MB na yposHe amOynaropHoro mnpueMa. MaTepHansl TUCCEPTALMOHHOIO
HCCIIEIOBaHUs MOTYT OBITh PEKOMEH/IOBAHBI K HCIIOJIB30BAHUIO TIPU peaii3aliuu
oOpa3oBaTeIbHBIX IIPOrPaMM CIIELHAIUTETA U [IOJrOTOBKM MEJIUIIMHCKHX KaIPORB
BBICIIEH KBaJTH(DUKALIFH.

B mponecce ananuza u oOcyxienus auccepTalluoOHHON paboTel BaceHnéBoi

[0.0. npuHIMIHANTEHBIX 3aMEYaHHH ¥ BOIIPOCOB HE BOZHHKJIO.

SAKJIIOYEHUE

Huccepramponnas pabora Bacenépoit IOmuu OneroBHel Ha TeMy
«KommnekcHast oreHka 370poBbsS H IPQGEKTUBHOCTH TApPreTHOW Tepamuu
MYKOBUCLMOO03a Yy JETEH», MpPEJCTABIEHHAas HAa COUCKAHWUE YYEHOW CTEleHH
KaHIMIaTa MEAULHHCKUX HayK no cneuuansHoctd 3.1.21. Tlepuarpusi, sensercs
3aKOHYEHHOM Hay4HO-KBAIM(UKALMOHHOM paboTol, B KOTOPOH COAEPKUTCS
pelleHre AaKTyalbHON Hay4YHOW 3a/7add, MMEIOIIEH Ba)KHOE IIPAKTHYECKOe W
HaydHOE 3HaYeHue JUIs leJuaTpuM, a HMEHHO — OIeHKa KJIMHHYECKOH u
IporsocTuieckoi appextuBHocT nposenenus tepanun CFTR-momynsatopamu y
JneTed ¢ MyKOBHUCITUIO30M.

HucceprallnoHHOE HCCIIEOBAHHE 10 aKTYaIbHOCTH TEMBI, HAYYHOH HOBH3HE,

HpaKTquCKOﬁ 3HAYHUMOCTH, O6'B€My MMPOBEJICHHOI'O UCCIIE0OBaHUA, JOCTOBEPHOCTH



[IOJly4E€HHBIX pPE3yJIbTaTOB, METONHWYECKOMY YPOBHIO, MOJIHOTE W3I0KEHUS
MATepHaNloB JHCCEPTallMH B paboTe M HAy4YHBIX MyONUKAIMsSX COOTBETCTBYET
TpeboBanuAM 1. 9 «IloloKeHHs O TPUCYKIECHHH YYCHBIX CTEleHei,
YTBEpKIEHHOro nocranonienuem [IpasutensctBa PO ot 24.09.2013 r. N 842 (8
AEUCTBYIOIIEH peNaKIliy), IpeAbIBIIeMbIM MUHHCTEPCTBOM HAYKH M BBICIIEIO
obpazoBanus Poccuitckoit Depepariiy K AHCCEPTALUOMHLIM paboTaM HA COMCKAHNE
YYEHOH CTCIEHM KaHIW[aTa Hayk, a ee¢ aBrop Bacenésa IOmus Oierosna
3aCITy)KUBACT TPHCYKICHUA YYEHOH CTENeHM KaHAMAaTa MEIHIWHCKUAX HAYK IO
cuenuansHocty 3.1.21. Tlenuarpus.

Orseie ma juccepranmio Bacenépoit IOmmu Onerosusl Ha  Temy
«Kommekcnas onenxka 310poBbd U 3()(GEKTHBHOCTH TapreTHOW —Tepaluu
MYKOBUCLMIO3a Y JeTei» 3acilylliaH, oOCyXZeH M OoJ00peH Ha 3acelaudu
IpOoOIEMHOM KOMHUCCHH MO CHENHaTbHOCTH «reauarpus» ot 15.01.2026 rona,

mpoTokon Nel00.

JUM.H., JOUEeHT, I7aBHbIM HAy4HBIH COTPYJHHK JIabOpaTopuul peaKux U
HacleICTBeHHEIX OonesHel y neteil ®I'AY «HMUL 310poBss neTeiy

4
(C@Lf D Cumonosa Ounera Mropessa
‘ @
Hato cornacue Ha 06paboTKy [ePCOHATBHBIX IAHHBIX pg g b

Iommucs 1.M.H., ToUeHTa,

IJIaBHOIO HAYYHOTO COTPYAHHKA Ta00paTOpUU PelIKUX U HACIIEICTBEHHBIX
Oonesnelt y nereit ®IAY «HMMUI] 3n0posss neteii» Cumonosoi Onbru
HropeBHEI 3aBepsO:

VYuenrsrii cexperaps OI'AY «HMUL] 310poBes geTei»
Mumnsapaga Pocenn, 1.M.H., mpodeccop PAH / -
il

Hpuna Banepuesna Bunspckas
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Hndopmanus o auue, yrsepIuBIIeM 0T3BIB BeAYIIed OpraHu3anuu

Pucenxo Annpeit llerposuy,
JoxTop MEIULIMHCKUX HayK, mpodeccop
OcnoBHOe MecTo paboTel — PI'AY « HMMUI] 3n0posest nereii» Mumsapasa Poccuu

Jupexrop

[Haro cornacue Ha 06paboTKy MepCOHANBHBIX JTaHHBIX & E; (eec et

Iloamuces nokTOpa MEIUIIMHCKHX HayK, podeccopa Pucernko Anmpes [leTposrua

3aBEPSIIO.

VYuensrit cexperaps ®I'AY « HMUI] ;}

Munznpaea Poccun, 1.M.H., HpO(begéﬁ 3

Wpuna Banepuesna Bunspckas Ej

il -r’f.fr.?""

DenepanpHOE TOCYIaPCTBEHHOE aBTOHOMHOE yupexaenue «HannoHansHb1i
MeUIMHCKUN UCCIeJOBATeNILCKUIL IIeHTp 340pOBhA JeTei» MuHucTepcTBa

3npaBooxpanenus Poccuiickoii Menepanuu

119991, r. Mocksa, JlJomonOocOBCKHH 11p., 2 cTp. 1

Ten. +7 (499) 134-30-83, E-mail: info@nczd.ru

15.01.2026
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