2dodoeKkT PAKCOHA (
MAEOEHOHA) HO ABIXATEAbHYIO
QOYHKUMIO NMPOU MMUOAMCTOOOMM
AIOLLIEHHAO
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[lOBECTKA AHH

MeAMUMHCKA] MOTPEDBHOCTb B AEYEHMM NOTEPU AOYHKLLMM AETKMX NMPK MAA

MUTOXOHAPMAABHAS NATOAOTUA NP MAA M OOOCHOBOHME NMPUMEHEHMS
maeOeHOoHAa

[Tporpamma pasBmtnga Santherac pakcoHa(maedbeHoHa) npmn MAA

Pe3yAbTATbl 30O EKTMBHOCTU MCCAEAOBAHMA 3-1 doa3bl DELOS y naumeHToB
C MAA, HE MCMOAb3YIOLLMX CTEPOMADI

DD EKTMBHOCTb MO MOKA3ZATEAIM AbIXATEABHOM AOYHKLIMM
DPPEKTUBHOCTb MPU OPOHXOAETOYHBIX OCAOXKHEHMAX
SIDEROS - HOBOE UCTbITAHME AAF MALUMEHTOB, MCMOAb3YIOLLIMX CTEPOUADI

HopmatmBHoe OOHOBAEHME



MHJpopMALUMA O PAKCOHE (MAEDEHOHY) MpPU
TPEX COCTOAHUAX C BbICOKOM MOTPEDOHOCTbLIO

3

B AE4HCHUNM

HAOCAEACTBEHHAS ONTUYECKAS
HenponaTtma Aebepa (LHON):

MuoamctTpodma AloLLIEHHA

[lepBMyHag
nporpeccumpytoLLas MC
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HeoOXOAMMOCTb B AE4YEHMM
DECTMMNPATOPHbIX MOOOAEM MPU
MUOAMNCTPODOUM AOLLIEHHAO

MeANUMHCKME OCAOXKHEHMS BKAKOYAIOT HESAOADEKTUBHbBIM KALLUEAD, HOYHYIO
MMAOBEHTUAILMIO, HOPYLLEHUE CHA, HAOPYLUEHUE ABIXOHMSA M, B KOHEYHOM
cYyeTe, AHEBHYIO AbIXOTEAbHYIO HEAOCTATOYHOCTb

C BO3PACTOM Y MAUMEHTOB C MAA PA3BMBAIOTCH CEPAEYHBIE U
PECNMPATOPHbBIE OCAOXKHEHMA, KOTOPbIE CTAOHOBATCA ONACHBIMU AAF XXMN3HU



CHMXKEHME MOKA3IATEAEM AbIXOTEABHOM
AOYHKUMM MPU MUOAMCTPODUM AOLLIEHHA
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[Toe ANOYTUTEABHOE AEYEHME MALIMEHTOB AAS
COXPAHEHMA AETOYHOM AOYHKLLMM

0 Onpoc, nposeaeHHbIM PITIMA C Y4€TOM MHTEPECOB NALMEHTOB, MPOOBOAMACH
NOA PYKOBOACTBOM COODLLLECTBA

0 CocpeAoToyYbTECH HA MPUOPUTETAX AEYEHMS AAS ACTEKTOB OOAE3HM, HE
CBS30HHbIX HAMPSIMYIO C OYHKLMEN CKEAETHbBIX MbILLIL

0 155 y4yacTtHukos (85% naumeHTos / onekyHOoB)

0 AeyvyeHme AEroyHbIx 3000AEBAHMM (KALLIEAL, MPOMOUAAKTMKA MHADEKLLMM
AbIXATEAbHbIX MYyTEN) ObIAO BBICOKOOPMEHTMPOBAHO HAO MALMEHTOB /
OMNEeKyHOB




CpOo4YHA MEAMUMHCKASA MOTPEDOHOCTb AAS
NALLMEHTOB, HECMOCOOHbIX MPMHUMATb
CTEPOMUADI

0 C BO3PACTOM MEHbLLIE NALMEHTOB NEPEHOCHT CTEPOUALI (MOOOYHbIE

2P EKTHI)

0 ~ 40% naumeHTtoB 10 AeT 1 CTapLUE HE UCMOAb3YIOT CTEPOMADI

0 B HaACTOALLEE BPEMSI AAS DTOM FPYMMbl NAUMEHTOB C MAA HET AeYeHMS




MUTOXOHAPUAABHOE MOBPEXAEHME MPU
MAA




MeXaHM3IM AENCTBUI MAEDEHOHA

[loTepa AMCTpOdOMHA
HapyLueHne obMeHA KOAbLIMS
MUTOXOHAPMAABHAS AMCAOYHKLLMS

AKTMBHbIE DOPMbI KUCAOPOAQ ATP
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[MOEAb KAETOK M MbILLEYHAS AEreHEePaALMS




MHTEHCUMBHAA MNPOrPAMMA MCCAEAOBOHUM
MAEOEHOHA NP MMOAMCTPODUM
AIOLLIEHHAO

GC non-users

Study

GC users
2005 | 2006 | 2007 | 2008 | 2009 | 2010 | 2011 | 2012 | 2013 | 2014 | 2015 | 2016 | 2017 | 2018 | 2019




Pa3a 3 MICCAEAOBAHMSI: A€YEHME U
NOUMEHTHI

0 [MauneHTsl:
Bo3pacTt 10-18 Aet
C AODBbIMKM MYTALIMAMM

He NPUHUMAIOT CTEPOMADI

[ s [ [

92% NoTEPIAM CMOCOBOHOCTb K MEPEABMKEHMIO

0 AevyeHune
PakcoH 200 mr/aeHb, 31
MAaauebo, 33

CpeaHui BO3pacT 14,3 road
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[MPOAOAXKMTEABHOCTb AEYEHMS 12 MECHLLEB




POKCOH 30MEAAIET MOTEPIO
DKCMUPATOPHOM QOYHKLMM
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MHCMMPATOPHAA AOYHKLMA TAOKXKE
VYAYYLLQETCH MNP MUOAMCTOOCOUM
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PAOKCOH TAOKXKE COXPAHIET
MHCTTMPATOPHYIO COYHKLLMIO
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544 =®=Idebenone =0~ |debenone
’ =8= Placebo 1 65.0{ =@=Placebo 1
Baseline 13 26 39 52 Baseline 13 % 39 52
Difference 0.23 0.27 0.34 0.30 Difference 371 452 6.16 578
(95% CI) (-0.03, 0.49) (0.01, 0.54) (0.08, 0.60) (-0.01, 0.62) (95% CI) (2.20,961)  (-0.58,983)  (-0.12,1244)  (0.28, 11.27)

p-value 0.084 0.043 0.012 0.061 p-value 0.215 0.081 0.055 0.040




MeHbLLIEE KOAMYECTBO MALIMEHTOB,
MOAYYOBLLIMX POKCOH, UMEAU CHUMXKEHUE
MMKOBOW CKOPOCTU KALLAY MEHbLLIE
KPUTMHECKOM

0 Koraa ckopocCTb KALLAA MeHbLLUe 160 A/MMH, KOLLEAb CTAHOBMTCA HE
AP EKTUBEH AAT OTXOXKAEHUA MOKPOTHI.

PakcoH NAauebo

boaee 160 A/MUH 26 33

Menee 160A/MMH ] 6




MeHbLLEE KOAMYECTBO MNALMEHTOB,
NOAYYOBLUMX POKCOH , UMEAU DPOHXO-
NYABMOHQOAbHbIE OCAOXHEHMS ( MHOQDEKLLMM)

— Raxone®

— Placebo
0.75 A

o

[6)]

o
1

Mean Cumulative Frequency of
Bronchopulmonary Adverse Events
o
R
a

Baseline 13 26 39 52
Study Week




MeHbLLIEE KOAMYECTBO MALIMEHTOB,
MOAYYOBLUMX PAKCOH , MCMOAb3OBOAM
AHTUOUNOTUKMN AA AEHEHMI MHADEKLMM

AbIXATEABHOM CMCTEMDI

0.4+

Mean Cumulative Frequency of
Antibiotic Uses

Baseline 13 26 39 52
Study Week




Pe3yAbTATbl MICCAEAOBAHMS

NccAaeAOBAHME doA3bl 3 COOTBETCTBOBAAO €ro NEPBMUYHOM KOHEYHOM TOYKE

[ToAAEPXKMBAIOLLIME AOKA3ATEABCTBA 3JOIOEKTMBHOCTU OT BTOPMYHbIX
KOHEYHbIX TOYEK

McCAEAOBAHME MPOAEMOHCTOUPOBAAO NMOCAEAOBATEABHbIM 3A0JOEKT
AeYEHUI MAEDEHOHOM (POKCOH) HO CDYHKLIMIO BBIAOXA M BAOXQ

[10Ee AOCTABAIET MOATBEPXKAQIOLLIME AOKA3ZATEALCTBA DCDCDEKTMBHOCTM B
KAMHMYECKM 3HAYMMBbIX OLLEHKAOX (HANpMmep, nNmkK Kawag, FVC)

AEMOHCTPUPYET KAMHMYECKM 3HAYUMMOE BO3AENCTBNE BPOHXOAETOYHOM
OOAE3HU 1 MCMOAb3OBAHUNA AHTMOMOTMKOB



HOBOE MCCAEAOBAOHME PAOKCOHA Yy
NnAauUmMeHToB ¢ MAA C MCMNOAB3OBAOHMEM
COMYTCTBYIOLLMX TAKOKOKOPTUKOMAOB

GC non-users

Study

GC users
2005 | 2006 | 2007 | 2008 | 2009 | 2010 | 2011 | 2012 | 2013 | 2014 | 2015 | 2016 | 2017 | 2018 | 2019




30AQ4Q:

0 OueHKka 3dpdPeKTMBHOCTM MAEDBEHOHA (Raxone®) No CPABHEHMUIO C
NAQLLEOO B 3OMEAAEHMM NOTEPM AOYHKLLIMM AbIXAHMS Y MALUMEHTOB C MAA,
NPUHUMAOIOLLLUX TAKOKOKORTUKOMADI (K)




MCCAEAOBATEAMU

0 BeAyLLMM MCCAEAOBATEADL B 0 BeAyLLMM MCCAEAOBATEAD
Espone: A-p G Buyse (AéseH, CesepHon Amepukn: A-p O. O.
EeAbrng) Mawnep (CHOP, PuaraaeAbdoms




MccaeAOBAHME DYAET NPOBOAMTLCH B S0
LeHTpax B CLUA v EBpone
boAee NoAPOOHAT MHAOOPMALMA AOCTYNHA
Ha Clinicaltrials.gov
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Washington, DC
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Atlanta, Georgia Salt Lake City, Utah




PAOKCOH B A€4eHMn MAA

CyLLECTBYET 3HAYUTEABHAS AOAS MALIMEHTOB, KOTOPbLIE HE MOTYT NEPEHOCUTD
[AIOKOKOPTUKOMADI B TO BPEMS, KOTAQ MMEETCH NOTEPS COYHKLIMM AETKMX

CyLLLECTBYET CPOYHAL HEYAOBAETBOPEHHAN MEAMNLIMHCKASA MOTPEDOHOCTb
30MEAAITb CHMXKEHUA AETOYHOM CDYHKLMM Y DTUX NALMEHTOB

MmetoLLmMeCs AQHHbIE MOKA3bIBAIOT, TO MCCAEAYEMbIM MPENAPAT, PAKCOH,
30MEAAIET MNOTEPIO CDYHKLLMM AETKMX Y MALLUEHTOB, HE MCMOAb3YIOLLLMX
FAIOKOKOPTUKOMADI

[1ePBOHAYAABHAS 3A9BKA HO OCOULIMAABHBIE YTBELXKAEHMI AAS MCMOAB3OBAHMS B
STOMU rpyrnne NAUMEHTOB

POKCOH MCNbITbIBAAM Y MALUMEHTOB 6€3 OrPAHUYEHMSA BUAQ MYTALMUM MAM CTATYCO
BOAE3HU (TO eCTb HE AMBDYAQTOPHbIN)

PAKCOH- 3TO NEPOPAAbHbIM NPENAPAT (2 TADAETKM, 3 PA3A B AEHD)
OTKpPbITO HOBOE UCCAEAOBAHME (SIDEROS) AAS UCCAEAOBAHUS 2JOADEKTUBHOCTH

PAKCOHA MO PE3YABTATAM AETOYHOM COYHKLMM Y MALMEHTOB, MCMOAb3YIOLLIMX
COMYTCTBYIOLLIME TAIOKOKOPTUKOMABI.



[lepeBeAeHO npoektom Mo Mmo
hitp://mymio.org

OPUTMHOA Mpe3eTaLmm:
hitp://www.parentprojectmd.org/site/
PageServerepagename=Connect_con

ference_presentations_16




