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3TO0 HOMBOOAEE PACMPOCTPAHEHHOE
MOHOTEHHOE HOCAEACTBEHHOE
AETOABHOE 3000AEBAHME C
AYTOCOMHO-PELECCMBHbBIM TUMOM
HOCAEAOBOHMA - YHUBEPCOAAbHAOS
SK30KPUMHOMATMS



» EBponeoumabl - 1:2000 - 1:2500

HOBOPOXXAEHHbIX
» Herpomabl - 1:17000
» A3MAThI - 1:60000 - 1:90000

HOCTOTA reTepoO3mroTHOro
HOCUTEALCTBO

1:20-1:25



YacToTra MB B pa3HbIX CTPAHAX
(BO3, 2014r.)

CTPOHA yacToTa(1 cAy4Hai HQO KOAUHECTBO
HOBOPOXAEHHbIX

PUHAIHAMS
TypLums
LLIBeLmd
[ToAbLLQO

CeBepHasa MpAaHAMS

Poccus
AAHUMS
OCTOHMA

HopBerms



YacToTra MB B pa3HbIX CTPAHAX
(BO3, 2014r.)
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HaAmime mytaumm B OBOMX OAAEAIX TEHQ,
AOKOAM3OBAHHOIO HO AAMHHOM MAEYE
XpoMocomesbl 7 (7931)

[€H KOHTPOAUPYET CHUHTES
TOAHCMEMODPAHHOTO PETYAITOPHOIO
OEeAKAQ MYKOBUCLMAO3A (TPBEM),
KOTOPbIM PYHKLMOHMPYET, KAK
PETYAMPOBAHHbIM LLUMKAMYE CKNM
AAEHO3MHMOHODOCADATOM XAOPHbIM
KOHOA HO AMNMMKAOAbBHOM MOBEPXHOCTU
AMMTEAMAABHbBIX KAETOK



HapyLLeHME TPAHCMNOPTA MOHOB
XAOPA Yepe3 ANMMKAAbHYIO

MEMBPAHY SMUTEAMAAbHBIX KAETOK
H

VBEAMYEHNE pPeabcopbLmm HATPUS
KAETKOMU —>

MIMEHEHINE DAEKTOPOANTHOTO
COCTaBd —

00E3BOXMBAHME CEKPETA
SK30KPUHHbIX XXEAES



1. MYKOBMCLMAO3 C NMAHKPEATMYECKOM
HEAOCTATOYHOCTbIO

K MB ¢ naHkpedatmyeckom
HEAOCTATOYHOCTbIO OTHOCAT BCE
CAY4YOM MB, KOTOPbLIE B MPEAbIAYLLLEM
KAQCCMAPUKALMM OBO3HAYAAMCH KOK
KMLLEYHAd M CMELLIAHHAR AOOPMBbI.



[TAHKpPEATUYECKYIO HEAOCTATOYHOCTH
AMNATHOCTMPYIOT NO:

-HOAUYUIO HEUTPAABHOTO XMPA B
KOMPOrpaMme,

-UCCAEAOBAHMUIO /2-4OCOBOM KOAAEKLMM
KOAQ (3KCKpEeLUs XMPA B HOPME HE
NOEBLILLAET 4 I B CYTKM),

-YOOBHIO 3AACTA3bl KAAQ MPU
MMMYHODEPMEHTHOM AHAAM3E (B
Hopme He Hmxe 200 ea)



MaToreHes 3K30KPUHHOU NaHKpPeaTUYECKOM
HeAO0CTaTOYHOCTU NPU HacneaACTBEHHOW
NaToNorum

CryweHue cekpera

3aKynopKa NpPOTOKOB

Kucroi

HepocTaToOvYHOCTD

¢M6p03 9K30KPUHHON PYHKUUMU

NoAXKenyao4uHou Kenesbil




» XpoHn4yeckoe 3a000AeEBAHME
AbIXOTEABHOM CUCTEMbI PA3HOM
TAKECTU

» HOPMOAABHAS SK3OKPUHHAA AOYHKLLAS
MNOAXKEAYAOYHOM XKEAE3DI

» HopmMmaabHOE (<40 M3KB/A) MAU
OAM3KOE K HOPME COAEPXKAHMNE
XAOPUMAOB MOTO

» HAAMYME AULLIL OAHOTO KAMHUYECKOTO
MPOOABAEHUA




AnarHo3 MB cumMtaeTcs AOCTOBEPHbIM MPU HAOAMYMM
ABYX KDUTEPMEB (XOTH Obl MO OAHOM M3 MO3UNLMM).

Kourepmm AMArHoCtmnku MB:

» 1. OAHO 1AM BOAEE XAPAKTEPHbIE M3MEHEHMS
doeHoTMna, UAU

3060AeBAHME MB OpPATHEB MAM CECTEP (CEMEMHDBIN
OQHOMHeE3)

NMAIOC

» 2.MOBbILLEHHAS KOHLLEHTPALLMS XAOPUAOB MOTA,
NOAYYEHHbIX MPW NPOBEAEHMM MUAOKAPMMHOBOMO
MOHTOCDOPE3A B ABYX MAM BOAEE OHOAAM3AX,

UAU
MAEHTUAPUMKALMSA ABYX MyTAUMK B TPEM-reHe




"30A0TOM CTAHAQPT" B AMArHOCTMKE MB.

KAQcCcHn4eckmmn METOA No [MbcoHy-Kyky
COCTOMUT B OMNPEAEAEHMM
KOHLLEHTPALMM MOHOB XAOPA M HATPMUS
(MAM TOABKO XAOPA) B MOPLLMM MOTA,
NOAYYEHHOTO UCKAIOYUTEABHO B
CTAHAQPTHOM MPOoLLeAYypeE
MOHOCDOPE3A C MMAOKAPRIMHOM.

[TOAOXKMTEABHAS MOTOBAS NPOOO
> 60 M3KB/A
OtpnuaTeEAbHA] < 40 M3KB/A




AOXXHO-OTPMLLOTEABHOM MOXXET ObIThb
Npoo0a y OOAbHbLIX MB C
TMAOMNPOTEMHEMUEN M OTEKAMMU, MPU
npmMeme HEKOTOPbIX AHTUOMOTMKOB.

Y OOAbHbIX B BO3PACTE AO 3 MECSLIEB
AMATHOCTUYECKMM YIOOBEHD XAOPMAOB
NOoTA ODOAEE HM3KMM U COCTOBAGET

40 MODBKB/A,

COMHMUTEABHOM CYUTAETCH NPODOA yXe
NPM KOHUEHTPALMM XAOPUAOB

25-40 MBKB/A.



OnMCAHbI ONPEeAEAEHHbIE BUAbI MYTALIMU B
TPBEM reHe, KOTopblE COMPOBOXAAKOTCS
HOPMOABHOU MAM BAM3KOM K HOPME
KOHLLEHTPAUMEN XAOPUAOB MOTA.




TakMm OOPA30OM,

MOAOXMTEABHAA MOTOBAY MPOOA B
OOAbLLMHCTBE CAYHAEB MPU HOAUNYMM
XOTA Obl OAHOTO KAMHMYECKOTO
MNPOIBAEHMA MB NOATBEPXKAJET
ANATHO3,

OAHOKO OTPULLATEABHAS MOTOBAS
NpoOaA HE O3HAYAET OTCYTCTBMA MB vy
OOAbHOTO.




B rPYAHOM BO3pACTe

» PeUuMAMBUPYIOLLIME MAK XPOHMYECKME PECMMPATOPHbIE
CUMMTOMbI — KOLLEAb, OAbILLIKO

» PeumanBUpYOLLLAS MHEBMOHMS

» OTCTOBAHWE B CPM3MHECKOM PA3BUTUM

» HeodoOopMAEHHbBIM, OOMABHBIM, MACAIHUCTbIMN U
3AOBOHHbIN CTYA

» XPOHMYECKAT AMAPES
» BbhinaseHMe NPIMOm KULLIKA



B rPYAHOM BO3pdACTe
» 3ATKHAY HEOHATAABHAS XXEATYXA
» COAEHbIM BKYC KOXM

» TENAOBOM YAQP UMAM AETUAPRATALMA MPU XXAPKOM
NOroAe

» XPOHMYECKAS TMMOIAEKTPOAUTEMMS

» AOHHblIE CEMEMHOIO AHAMHE3A O CMEPTM AETEM HA
NEPBOM FOAY XM3HU MAM HOAMYME CMOCOB CO
CXOAHBbIMU KAMHMYECKMMMU MPOABAEHUNIMM

» [MnonpotenHeMma/oTeKkm



Y AETeU AOLUKOABHOIO BO3pPACTA
» CTOMKMM KALLIEAB C AU BE3 THOMHOM MOKPOTHI

» AMATHOCTUYECKM HEACHAA PELIMAMBMNPYIOLLLOS
MAU XPOHUYECKAI OAbILLIKO

» OTCTABOHME B BECE U POCTE
» BbimaaeHMe NPIMOM KMLLIKM
» MHBATMHALMS

» XPOHMYECKAT AUAPES



Y AETeU AOLUKOABHOIO BO3pPACTA
» CUMMTOM (BAPAOAHHbBIX MAAOYHEK))
» KPUCTAAABI COAM HO KOXE
» [MNOTOHMYECKAT AETUAPATALLMS

» [MMNODAEKTPOAUTEMMA M METADOANYECKNU
OAKOAO3

» [ eNATOMETAAMNI MAU AUMATHOCTUHECKUM HEACHOE
HAPYLLUEHWNE COYHKLMK NEYEHM







Y AETEeHU LUKOABHOroO BO3pACTA

» XPOHUMYECKME PECTUPATOPHLIE
CMMMTOMbI HEACHOM STUOAOTUM

» Pseudomonas aeruginosa B MOKpOTe
» XPOHUNYECKMN CUHYCUT

» HO3AAbHbIM MOAMMO3

» bPOHXO3KTA3bI

» CUMMOTOM «OAPAOAHHbBIX MAAOYEKY



Y A€TeU LUKOABHOIo BO3paCTdA
» XPOHMYECKAd AMAPES

» CUHAPOM AMCTAABHOM MHTECTUHOABHOM
OOCTPYKLMM

» [IOHKpPEATUT
» BbinOAEHME MPIAMOU KMLLIKM

» COxXAapHbIM AMADET B COYETAHMM C
PECNUPATOPHbBIMM CUMMIOTOMOMM

» [enNAaTOMEraAmd, 3000AEBAHMSA MEYEHN HEACHOM
STMOAOTHNH



y MOAPOCTKOB M B3POCAbIX

» [HOMHbIE 300O0AEBAHMI AETKMX HEACHOM
STMOAOTUM

» CUMMOTOM «OAPABAHHBIX MAAOYEK)
» [IaHKpPEeATUT

» CUHAPOM AMCTAABHOM MHTECTUHOABHOM
OOCTPYKUMM

» CaxapHbIM AMABET B COYETAHMM C
DECNMPATOPHbIMU CUMITOMOMM



y MOAPOCTKOB M B3POCAbIX

» [TPOU3HAKM LMPPO3A NMEYEHU C MOPTAABHOM
TMNepTEH3nEN

» OTCTOBAHME B POCTE
» 30AEPXKKA MOAOBOrO PA3BMUTMS

» CTEPUABHOCTb C A300CNEPMMUEN Y AUL,
MY>KCKOTIO NMOAQ

» CHMXKEHNE ADEPTUABHOCTU Y AULL XKEHCKOTO
NOAQ




XpOHNn4Yeckne 6poHxXoAeroYyHolie 3a6o0AeBaHM

» XPOHUYECKAS KOAOHM3ALMA MAKM MHAOEKLIMA Staphylococcus aureus,
Hetunnpyemas Haemophilius influenzae, MykomMaAHQS 1
HEMYKOMAHAA doopMbl Pseudomonas aeruginosa m Burkholderia
cepacia

» XPOHUYECKMI KALLEAD M OTAEAEHME MOKPOTbI

» [lepCUCTUPYIOLLME PEHTTEHOAOTMYECKMNE M3MEHEHMS B AETKMX
(BPOHXOKTA3bI, ATEAEKTA3bI, MHCDUABTRALIMS, TMMEPUHADAALLMS)

» OBOCTPYKLMA AbIXATEABHbBIX MYTEN, MPOABAIIOLLLAICA «CBMCTOM) U
«dMOU3IEMOMY

» [1OAUMbI HOCQA, MATOAOMA TAMMOPOBbLIX MA3YX, BbISBATEMAS
PEHTTEHOAOTMYECKN AU C MOMOLLLBIO KT

» CUMNTOM (HOCOBbIX CTEKOAN M «BAPAOAHHbBIX MAAOHEK)



3a6oAeBaHus XKT n HapyLLUeHUs NTMTAHUSA

» KuwieyHble: MEKOHUAAbHbIM MAEYC, CUHAPOM
ANCTOABHOM MHTECTUMHAABHOM OOCTPYKLMMA,
BbIMAAEHME MPAMOM KMULLIKMU

» XPOHMYECKAS MATOAOTMA MEYEHM C KAMHNYECKMUMM
MAU TMCTOAOTUYE CKUMM MPU3HAKAMM O4ATOBOTO
OUAMAPHOTO MAU MYABTUAOBDYAFPOHOTO LIMPPO3C

» HapyLLEHUS MUTAHUS: AMCTROdOMS (BEAKOBO-
KOAAOPUMHAS HEAOCTATOYHOCTb),
TMNOMPOTEMHEMMSI U OTEKM, BTOPUYHbBIE HOPYLLIEHMUS
13-30 AECOULMTA XXKMPOPACTBOPMMbIX BUTOMMHOB (A,

AI E, K)




CUHAPOM MOTEPU COAH

» OCTPa9 COAEBAS MOTEPS C KOAAQNCOM,
XPOHNYECKMM METABOAMYECKMM
OAKOAO30OM

YPOr€HUTAAbHASA MATOAOIMUSA

> Y MY>X4YMH OOCTPYKTMBHASN A300CNEPMMS
KOK CAEACTBME ABYXCTOPOHHETO
OTCYTCTBMA CEMSIBBIHOCSLLIMX KOHOAOB



MB OTHOCUTCHA K HEMU3AEYMMbBIM
3000AEBAHUAM, MOITOMY
NALUMEHTbI HY>KAQIOTCA B AKTUBHOM
AMCMNAOHCEPHOM HADAKOAEHNM U
HEMPEPLIBHOM TEPAMNMM B TEYEHME
BCEU XXMN3HM




» [1DOTMBOBOCNAAUTEABHAA TELAMNMA.

1. [ AKOKOKOPTUKOMADI

2. HIMBIT

3. MOKPOAMABI

4. MIHTMOUTOPBDI
npoTeas




» [eHHOa Tepanus




- AevyebHyto U3KYAbTYPY (domsmortepanms,
KUHE3MTEP AU

« MYKOAUTMKM N OPOHXOAUTUKM
«  AHTMUMMKPOBHYIO TEPAMMIO

- PEePMEHTOTEPANMUIO MPEMNAPATAMM
MNOAXKEAYAOYHOM XXEAE3DI

- [enatoTponHble CPEACTBA
- ButammHotepanuio

- AeyeHme OCAOXHEHMN MB
- AMeTtorepanmio




vV VvVvYy

HeoHATAAbHbIM CKPUHUHT —
AnNmMaemmnoaormg - 1:10296
HOBOPOXXAEHHbIX

PacLumpeHme BO3IMOXHOCTM AHK
AMNQATHOCTMKM

XusHeyrpoxatwlLlee 3a00AeBAHME
KAMHNYECKMM NMOAMMOPCOM3IMOM

C

[TOCTOSAHHO YCOBEPLLUEHCTBYETCA TEPAMNMS U

DACTET MPOAOAXKUTEABHOCTb XXN3HM

LLeHTPbl MB — QKLEHT HO AMOYAQTOPHOE

HabOAlOAEHME B EBpOME
KOMQHAQ BpAYeEN
[TOOJOUAAKTMKA NEPEKPECTHOM MHC

[TAUMEHTCKME OPraHM3ALLMM

DEKLNN



PacwmnpeHme BO3MOXHOCTU AUATHOCTUKM:
» AHK AMAQTHOCTMKA (CEKBEHMPOBAHME ).

» KT AMATHOCTMKA OObEMA MOPAXKEHMS
AETKMX

» MUKPOOMOAOTMYECKATI AMATHOCTUKO BMAQ

> U TUNA MUKPOOHOIO BO3DYAUTEAS, €rO
PE3MCTEHTHOCTb K OHTMMMKPODOHOM
Tepanmm

» [1DOrHO3MPOBAHUNE KAMHMYECKOTO TEYEH Ml
3000AEBAHMY (MAHKPEATUYECKAS :
HEAOCTATOYHOCTD)




Tepanus:

» MyTaumg — AEKAPCTBEHHOE CPEACTBO —
NepPCOHMOOUKALMA TEPAMMM

» KAETOYHAS PEreHepPATMBHASA TEPAMMA
(Aerkme, nevyeHb, MOAXEAYAOYHAS XXeAe3q)

» [10ADOP AO3bl M BUAQ AHTUMOAKTEPMAABHOM
TEPANUU C YYETOM FTEHETUYECKMX
OCODOEHHOCTEM NALUMEHTA, BAMUSIOLLLMX HO

COAPMAKOAOTMYECKMM OTBET MU

NOCTOAHHOUN WMAU AAUTEABHOM TEPAMMMN:

NOBbILLUEHME SAOTDEKTMBHOCTM TEPAMMMU,
CHUXKEHME YACTOTbl HEXXEAATEAbHbIX
NOOOYHbIX PEAKLMM




BbikuBaemocTb 60AbHbIX MB pacTeT 6Aaroaaps
COBPEMEHHbIM METOACOM TEpPAnuu

MeAMAHA NPOAOAXKUTEABHOCTMU
>KM3HM Y OOAbHbIX MB

Median Survival Age for Cystic Fibrosis Patients
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Dr. Birgitta Strandvik, CF Center Director, = _ _ _
Cystic Fibrosis Patient Registry, Bethesda, MD

University Hospital,Géteborg, Sweden



1 pa3 B AeHb B O4HO U TOXe

NMokasaHus
BpeMS, NOCTOSAHHO
YAyHweHne PyHKLUN AbIXAHUSA Y 2,5 Mr B 2,5 mn pacteopa
OOAbHbIX C MYKOBMCLLUAO3OM C KoMnpeccopHbIi MHransatop
nokasateAemM XEA He meHee 40% oT Oetn mnagwe S net - yepes
HOPMbI. Rl ey

OnutenbHocTb MHransauum 10-
15 MUHYT

Tonbko paHHee Ha4Yyano Tepanuu

AOopHa3on anbda cpasy nocne
yCTaHOBIEHNA AnarHo3a obecneuynBaeT Aot

deoxyribonuclease |
(Dornase al fa)

MaKCMMarnbHble NnpenmMyLlecTBa ons 2 500Units 2 5 ma)
nawuueHTa.

\__¢
|




[pynnbl NpenapaToB AAA
HebGyAausepa

AUAATATOPbDI

MykoAuTH4HeCKUE

(Hanpumep pacnbiauTeAun MAPU AL, cnpuHT, pacnbiauTteAb MAPU AL,
cnpuHT IOHKOP)

[AIOKOKOPTHMKOCTEPOUABI AOKAABHOIO A€UCTBUSA

AHTUGAKTEpPUAAbHbIE NPenapaTbl AAl AOKAAbHOTO
NPUMEHEeHUS

CoaeBble

*-ljeema Ha3eaHus1 2pynn meGuKkaMeHmMoe8 coomeemcmeyrom yeemy ecmaeku pacnbisiumesst
Xenmasi ecmaeka npedHa3HavyeHa Onsi demel 0o 7-8 nem




v TeHHAs Tepanus: LLEAb - BOCCTAHOBUTL
APOYHKUMIO CFTR nyTtém BBEAEHMS
HOPMAOAbHOM KOMMM reHa CFIR B KAETKM
AbIXATEAbHbIX MYTEU PELMMMEHTA
NOCPEACTBOM BEKTOPOB

v KoppekTtopbl CFTR: LLEAb — YBEAMYMTD
AOCTABKY 1 KOAMYEeCTBO OeAka CFIR K
MNOBEPXHOCTU KAETKM

v MoTteHuuaTopbl CFTR: LLeAb — YBEAMYMTD
OKTMBHOCTb MOHHOIo KaHAAQ CFIR,
PACMNOAOXEHHOTO HA MOBEPXHOCTU KAETKM




v Bo3AeUCTBUE HA UOHHbLIU
TPAHCNOPT: WeAb - MUHYSl CFTR KOHQOA
BO3AEMCTBOBATb HO SMMUTEAMAAbLHbIM
HOTPMEBbBIM KOHOA AAS KOPPREKLMM
>KMAKOCTHbBIX M MOHHbIX HAPYLLIEHMM

v OCMOTUHECKUE CPEACTBA: LLIEADL —
YAYHLLMTb TMAPOTALLMIO MOBEPXHOCTM
AbIXAOTEAbHbIX MYTEU MYTEM UM3MEHEHMS
OCMOTUYECKOIO rPAAMEHTA



CFIR -

Class 111

MOAYASTOPbI

ClassV '/ ’
¥ Accelerated

// turnover
"/

Golgi ’
g A

complex

Proteosome

Endoplasmic
reticulum

x Class Ié( T, -
.." : e y ; ._-‘.
’OQOQ\CX\»‘OV\\T\ Nucleus

Rowe SM et al., New Engl J Med 2005

MoTeHWLMAaTopbl — MULLIEHBIO AQHHbIX NPENAPATOB
ABAFIOTCA MOAEKYAbI MYTOHTHOTO 6eaka CFIR,
PACMNOAQraoLLMECS B ANMMKAABHOM MEMOPAHE.
AENCTBME NOTEHLMATOPOB HAMPOBAEHO HA
BOCCTOHOBAEHME (QKTMBALLMIO) COYHKLLMM MOHHOTO
KAHAAQ, OOPA30BAHHOIO MYTAHTHLIM BEAKOM
CFIR (myTaumm llI-IV kaaccos)

KoppeKTopbl — AeKApPCTBEHHbIE CPEACTBQ,
NO3BOASIOLLIME MYTAHTHOMY BeAky CFTR npomtim
Yepe3 CUCTEMY BHYTPUKAETOYHOIO KAQYECTBEHHOIO
KOHTPOAS 1 30HATb MPABUABHOE PACMOAOXEHME
HQ AMMKAABHOM MeMBpaHe (MyTaumn Il Kanacca)

BelLlecTtsa, crocobcCTBytoLLmME
(NPOYUTBIBAHUION CTOMN-KOAOHOB B CFTR-
MRNA 1 NPEeAOTBPALLLEHMUIO
NPEXAEBLEMEHHOM TEPMUHALMM CHUHTESQ
MOAEKYAblI BEAKQO, MCMOAb3YIOTCA MPU AEYEHMM
NALMEHTOB, MMEIOLLIMX HOHCEHC-MYTALMU
(MyTaUMM | KAQCCQ).



V' [lepBblM NPENAPAT, MOAYYMBLLMIM OAO0DPEHME FDA
(aHBapb 2012). [TOKA3AH OOAbHbIM MYKOBUCLIMAO3ZOM,
cTapLue 6 AeT, MMetoLLMM myTaumio G551D

v/ 18 mapta 2015 roga komnaHua Vertex Pharmaceuticals
Incorporated (Nasdaq : VRTX ) o6baABKMAa 0 nonyyeHnu
ogobpeHus ot FDA no npumeHeHuto npenapata Kaamaeko
(lvacaftor) ans neyeHuna peteit, 60NbHbLIX MyKOBUCLIMAO30M, B
BO3pacTe oT 2 A0 5 neT, umerowwmx ogaHy n3 10 mytaumnn:
G551D, G1244E, G1349D, G178R, G551S, S1251N, S1255P,
S549N, S549R nnau R117H.

v/ PaspabotaHa crneumnanbHaa dopma Kanngeko ana getein s
Buae rpaHyn (50mr n 75mr), KoTopble MOTyT CMELLIMBATbLCA C
MATKOW NULLLEN UAKU KUAKOCTAMM



NEW

s °.\

kalydeco

(ivacaftor) tablets

;1

ABASETCA TOAHCMEMOBOPAHHBIM PETNYAITOPOM KMCTO3HOIO dombpo3sq,
MNOUMEHAETCH AAT AEYEHUA KUCTO3HOTO domnbpo3a (CF - cystic
fibrosis) NAUMEHTOB B BO3PACTE OT 2 AET M CTAPLLIE, KOTOPbLIE MMEIOT
OAMH U3 CAeAYIOLLIMX MyTaLMM B reHe CFTIR: G551D, G1244E,
G1349D, G178R, G551, S1251N, S1255P, S549N, namn S549R

ncnonbsyetca anAa nedeHna CF naumeHTOB B BO3pacTe OT 2 /1IeT U CTapLue,
nmerowmx mytaumio R117H B nx CF-reHe



v McnbitaHne Pasbl 2 — 2009-2012. Ha 26-m1
exxeroanHon CeBepoaMeEPUKAHCKOM
KOHJoepeHLMM MO MYKOBMCLIMAO3Y B
OPAAHAO ObIAM MPEACTABAEHBI MOAPOOHbIE
AQHHbIE, MOATBEPXKAQOLLME MOAOXKMTEABHOE JULY
BAMAHME KOMOMHaUmM VX-809 n Kalydeco Ha
OYHKUMIO AETKMX. HOMAEHO HOMOOoAEE Lumacaftor vacaftor
3CPAPEKTUBHAA %030 npenapara VX870, 600 CAS No: 936727-05-8 & CAS No: 873054-44-5
MT, MPU KOTOPOM AOCTUTHYTO MAKCUMAABHOE
YAyYLLEHME noka3zatead OPBI

v C 2013-2015 npoBeaeHa 3 dbasa
MCCAEAOBAHMA AAS OOAbHBIX (1108 YeAoBEK
ctapLue 12 AeT) ¢ reHotunamm F508del//
F508del 1 F508del/ Atobas Apyras B Te4eHme
24 HeAeAb. [1AUMEHTbI MOAYYOAU AYMOAKACDTOP
(V80?) no 600 mr 1 pas B AeHb WAK 400 MT ABO
O30 B AEHb B KOMOMHALMU C MBAKAJOTOPOM

Cystic Fibrosis Therapy
(V770) no 250 mr 2 pasa B AEHb. Pe3yAbTaT: Combination Lumacaftor and

CHUXeHme obocTperHmn Ha 30-39%, Ivacaftor Approved
YAYYLLIEHME QOYHKLLMM AETKUX.

v' Oao00peH FDA B uioae 2015 roaa



«Hukoeda He cdasalimecsb. HuKo20a, HUK020a,
HUK020a, HUK020Qa - U HU 8 YeM, 8 8e/IUKOM U/U
masom, 6016WOM UAU HE3HAYUMesIbHOM - U3
3Moe2o nNpasuna Hem UCK/AYEeHUS...»

YUHCTOH Yepunnnb







