MUNOOANCTPOPUNA OOLLEHHA.
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MHPOPMALINA O BE3SOINACHOCTW

ITO He KOHMAeHUManbHasa Npe3eHTaLna CoOaepKXUT
OTYETHOCTb O AenoBbIX NnepcnektnBax BioMarin, B
TOM YmMCrie NOTEHUManbHble dyayLime npoaykKTbl B
pasnnYHbIX 001acTax nccriegoBaHuim n paspabdoTKu.
PesyrnbraTbl MOryT OTNM4YaTbCHA B 3aBUCUMOCTU OT
pa3BUTUA Nporpamm npoaykummn BioMarin, nencremn
PErynupyroLmMx opraHoB, HaNn4ns Kanutana,
drapmMaLeBTUYECKOro pblHKa 1 PpasBUTUS
KOHKYPEHTOB, U Te, daKkTopbl NOogpPOObHO onucaHbl B
nokymeHTtax BioMarin no ueHHbiM Oymaram u
Bupxkam.
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BIOMARIN?
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PASBUTWE INPOITYCKA SK3OHA.
PROSENSA".

Compound Discovery Preclinical Phasel Phasell Phase Ill Registratione
xon /

Drisapersen | 13% of DMD patients /

BMINO44 6% of DMD patients /

BMNO45 8% of DMD patients /

BMNO53 8% of DMD patients /

BMNO052 4% )

BMNO55 2% )

PROSPECT )
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YPOKW PASBUTINA
OKCINEPEMEHTAJIBHOI'OQ NMPOITYCKA
OK30OHA




[1BonHoe cnenoe
nnaueobo
KOHTpOnunpyemoe
nccrnegoBaHue
BO3MOXXHO U1
MHQOPMATUBHO
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[TPUEMYLLUECTBA

30MnoTon cTaHaapT AokalaTernbcTBa addeKkTa
ne4vyeHus

CUHXpOHM3aUM4 nonynaumm ¢ ABONHbBIM
cnenbiM An3anHOM Npu OrpaHUYeHnN
CMeLLeHUs

PaHooMun3auns ecteCTBEHHO
ypaBHOBeLLMBAET OCOOEHHOCTU U N3BECTHbIE,
N HENU3BECTHbIE.



[MTPOBJIEMbI: HEM3BECTHbIE
HEVN3BECTHbIE




YPOK 2. MTOHMMAHWE ECTECTBEHHOIO
TEHEHWA- KITHOY.

[lomoraeT NnoHATbL fIe4yedHoe BO3gencTBue Ha
KIMMHUYECKNUN UCXoa.

[lomoraeT onpenennTb U MHTEPNPETUPOBATL
noTeHunanbHble Bomapkepsbl




T1 MPT BEOPA Y MATIBMMKOB C MO
CBVOETENNIbCTBYET O PACTYLIEW
SAMEHE MbILWL >XNPOM U
dMBEPO3HON TKAHBLIO C BO3PACTOM




NIYULIW PE3YNTAT BbiN Y NONYAALMA
C C OXPAHEHHOW CAOCOBHOCTbLIO

XOIUTb
C ONTUMAJTIbBHOW BUOIMNCUEN KA
HAMPY30O4YHOW 0O30U
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YMEHbBLEHWE KK MPT. ®PAKLIMA >KWPOBOW TKAHW
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OOMNOJTHUTEJIbHBIE OOKASATEJIBCTBA

BENOJTIOTMYECKOW AKTMBHOCTM
Moulino

M Gopemcsa, M1 noSeavim



N3MEHEHWA 3A 36 MECALIEB

PUCKTIOTEPU CINMOCOBHOCTH
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NCCIIEQJOBAHUE ECTECTBEHHOIO
TEHERWA SABOJNTEBAHNA

[TepBbi nauneHT - nornb 2012
[MlocnegHu nauneHT - nwonb 2017
10 ctpaH; 16 ueHTpoB

269 manb4nKos




OBHOBJIEHWE TEKYLWAX KINIMHNYECKKX
MCHBITARNI

Drisapersen
BMNO44
BMNO53
BMNO45

MomhNimo
M Gopemcs, KIIQI no’delu,mim



OONMOJNMHUTEJIBHOE NCCIEOOBAHWE OJ1A
DRISAPERSEN HAHHETCA B 4 KBAPTAIJIE
2 015/1 KBAPTAJ1 2016

ccnepoBaHua nnaHUpPyeTcs HavaTb Y
Hexoaa4Ymx naumeHToB
B Bo3pacTte go S ner

BHyTpuBEHHLIN NYTh BBEOEHUS



COCTOAHUVE PETCTPALNN OJ1A
DRISAPERSEN

CoeaguHeHHble WTaThl, [NpolueHne o peructpauumm
HoBoro npenaparta (NDA)

[MpenctaBneHne B Ha4ane oktsabpsa 2014

[Mpenctasnenmne NDA 3aBeplueHo B anpene 2015
roga

[Tpnem NDA B koHUe ntoHst 2015 roga

PaHHee pelueHune 06 yTBepKAeHUM NoTeHUnanbHoO K
KOHLIY roaa.

EBpona: 3aaBka Ha yTBepxXaeHue Ha pbiHke(MAA)
MAA npenctasneH B utoHe 2015 roaa



HALUM TEKYLUME LIETIA Y MOMYASLNY

> 38 exons: DMD/ « 36 eton mostly BMD
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MHOXECTBEHHbIV MPOMYCK
IK3OHOB

Llenb- pegkue mytaumm, nepeoHa4varnsHo B pernoHe ot 10
0o 40 ak30HOB

[1oKka3aTenbCcTBO NpaBUJIbHOCTU KOHLUENUWN NOJ1yYHEHbIl B
HECKOJIbKUX KYI1bTYpPaXx MbllLEYHbIX KJITETOK NaluMEeHTa

[lepBoHavansHO npumerHum y 5% - 20% nauyuentos ¢c MAL

Deletion frequency
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BbIBObl

SHa4YNTENbHbIN NPOrpecc NPounsoLLen 3a nocrneanme 5
ner.

Drisapersen npeacrasreH Ha perynaTuBHYHO
npoBepky B CLLUA n EBporie.

cnblTaHnsa n POOOJTXKAOTCA.

HoBble nccrnegoBaHus y NoTepsiBLLUNX CIOCOOHOCTb
X0OuUTb, 40 5 N Npu BHYTPMBEHHOM BBEAEHU.

KnnHmnyeckue nccnegosaHus NpoaokaeTca Ans
BMN 44 45 n 53

[logxoa MHOXEeCTBEHHOro nponycka Ans peaknx
MyTaLMi
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MEPEBEJEHO NMPOEKTOM MOVMWO:
HTTP://MYMIO.ORG

OPUT HAIJT:
HTTP://WWW.PARENTPROJECTMD.O
RG/SITE/PAGESERVER?PAGENAME-=
CONNECT_CONFERENCE_PRESENTA
TIONS_15




