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Santhera Pharmaceuticals



HccaenoBanusa Maebenona mnpu 3
COCTOSTHHSIX C BBICOKOM HEOOXOAUMOCTBIO
pa3pabOTKU A€YEHHUS.

1 HacaeacTBeHHas
onTHYecKas HeMponaTus
Nebepa

1 Muoauctpodus
AlouweHHa

1 [epBUYHbIN
nporpeccmpytoLum
paccesiHHbIU CKAEpO3
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MenunuHcKass HeOOX0AUMOCTh B 9pPeKTHBHOM
A€YEHUHU AbIXaTEeAbHOM HEAOCTATOYHOCTH IIPU
MUOOUCTpOodUuHU [roITeHHa.

0 lNporpeccuBHas crabocTb
AbIXaTEAbHbIX MbILIL, MPUBOAUT K
OrpaHUYEHUIO AETOYHOM

$yHKLMM.

1 MeAMUMHCKHE OCAOXKHEHUS
BKAIOYAIOT HE3PDEKTMUBHbBIN
KalleAb, HOYHYIO
rMNOBEHTUAALUMIO
1, B KOHEYHOM cyeTe,
AbIXaTEAbHYIO HEAOCTAaTOYHOCTb
B AHEBHOE BpeMS .

Ml Gopemcsai, M1 noGCeavim.



OmnpeneseHUE CHUXKEHHSI AETOYHOM (PYHKITUU
Ipu MuoaucTpodpuu [lroireHHa

A B 10- DMD patient ¢ 10~ healthy individual
0+ 0
8 8-
7= 7

5 f-
4 4
3+
24
9 Volume (L)

Expiratory

d | . 14 5
24
K.
4
5
.
healthy individual 74

Flow (Lisec)
=

Inspiratory

MomiVino

Ml Gopemcsa, M1 noGegvim.



HM3MmepeHrs IIHMKOBOM CKOPOCTH BbIAOXa U
dopCcHupPOBaAHHON XKU3HEHHON €MKOCTH
AETKHX IMOKAa3bIBAalOT AMHEHHOE CHHUKEHHE.
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CpouHasa MeaUuIIHCKasd IIOTPEOHOCTD JAS
ITalleHTOB, KOTOPhIE HE MOTYT
IIPUHHUMAaTL TAIOKOKOPTHKOCTEPOHIEI.

1 C yBeAMYeHMEM BO3pacTa MeHbLUE NMaLUEeHTOB NEPEHOCAT
FAFOKOKOpPTUKOCTepouAbl (MobouHble 3dpdeKTbl)

1 [NoTepsa AbixaTeAbHOM PYHKLUM NMPUBOAUT K
KPUTUYECKOM CTaAMU B PaHHEM MOAPOCTKOBOM BO3pacTe

1 B HacTosiLee BpeMsi HET A€YEHUSA AASl DTOM TPYMMbI
naumeHTos ¢ MAA
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MuroxoHapHUuaAbHBIE HAPYIILIEHUA IIPU
MHUOUCTPOPHH.
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N nebenon. MexaHu3M AefCTBUSA IIPU
MHUOUCTPOPHH.

NpebeHoH

MomhNino
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daza 3 uccaegoBaHULd- I[TAlIUEHTHI U

ACHCHNC

1 Bospact 10-18 aet

0 He nmeeT 3HayeHue TvnN
MyTaLMm

0 MaumeHTbl He AOAXKHDI
NPUHUMATb CTEPOUADI

1 92% naumeHTOB He
XOAUNAU

1 Pakcon (900mr/aeHb)
0 Maauebo -33 nmaumeHTa

1 CpeaHun BospacT 14,3
roaa

1 Ae4veHue |2 mecsaues



M3MeHeHUd ITUKOBOW CKOPOCTH BbII0OXAa
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Baseline 13 Weeks 26 Weeks 39 Weeks 52 Weeks

Difference | 390 | 832 | 760 | 62
p-value | 0.10 | <0.001 | 0.02 | 0.03
Monu\Vivo

M1 Gopemcsa, M1 noGegum. oo o oo oo o mmmmmmmmm T o



[IporpeccupoBaHre aOCOAIOTHON IINKOBOM
CKOPOCTH BbIZ0OXa
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1 A ) : | L T
Baseline 13 Weeks 26 Weeks 389 Weeks 52 Weeks

Differencel 14.1 | 33.6 | 32.7 I 28.1
p-value | 0.18 | 0.002 | 0.02 | 0.03
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M3MeHeHUd JKU3HEHHOM €MKOCTH AETKHX
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Bas;line 13 V\;éeks 26V\;eeles 39 Vt;eeks 52 V\;eeks A

Diference | 327 | 472 | 497 | 32
p-value | 0.02 | 0.002 | 0.02 | 0.08
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[IporpeccupoBaHue abCOAIOTHOIO 3HAYEHUSI
KEA

177 freatment
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T 1 L} 1 1
Baseline 13 Weeks 26 Weeks 39 Weeks 52 Weeks

pifference | 009 | 016 | o016 | o013
pvalue | 004 | 0003 | 0005 | 0.5
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Raxone® 3amepKHUBa€ET IIOTEPIO
AbIXaTeAbHON (PYHKIIUU
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[losummoHupoBaHue Raxone® B A€YEHUU

ML

i

CyluecTByeT 3Ha4YMTEAbHAsA AOAS MaLLUEHTOB, KOTOpble He
MOTyT MPUHMMATb CTEPOMAbI BO BPEMS, KOrAQ NOTEpS
AbIXaTe€AbHOM GYHKLMU CTAaHOBUTCSA OYEBMAHOM

CyLecTByeT oCcTpasi HEYAOBAETBOPEHHAsA MEAULIMHCKAS
NnoTpebHOCTb B 3aMEAAEHUU CHUXKEHUSA AbIXaTEAbHOM
$YHKLUMU Y 3TUX BOABHbIX

NMmetowmecs AaHHbIE CBUAETEABCTBYIOT O TOM, YTO
nccaepyembit npenapat Raxone® 3ameaaseT noTepio
$YHKLUU BHELLHErO AbIXaHMS Y BOAbHbIX.

Raxone® 6bIA NpoTecTMpOBaH y nauueHToB 6e3 orpaHMYeHUM

Raxone® siBAseTcA opaAbHbIM NpenapaToMm (2 TabaeTKM 3 pasa
/ cyT)
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[TepeBemeHo npoekroM MOMMUo:
http://mymio.org

OpHUTrHUHaA:

http:/ /www.parentprojectmd.org/site/P
ageServer?pagename=Connect_conferen
ce_presentations_15




