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CocpezmoTodyeHa Ha 0OecriedeHNH BOKHBIX JIEKAPCTB
A1l TAIUEHTOB C peAKUMHU 3a00/IeBaHUSIMU
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CAT-1004 — kaHOMOAT B fleKapCTBEHHbIE Npenaparhbl
anga nedyeHuns mumoguctpodpum dioweHHa

® Iloyemy CAT-10047

® [Ipu M/I/l orcyrcrByer
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TparnbHasi porb NF-KB:
HeobxoanmMoe, HO He 0CTaTOYHOE YCrioBUeE ang
nporpeccupoBaHusa 3aboreBaHus

MBemisl Y MAJIBYUKOB C M'[["[[, MPT noxaspiBaeT 3amMelljeHHe MBILIL]
MeXaHIYeCKHU IIOBPEXXIAITCS 1 XKAPOM U CO€JUHUTE/IbHON TKaHbIO
NMEIOT ITOBBIINIEHHYI0 dAKTHUBALIHUIO

NF-kb, 4To npuBOAUT K 3amMeHe

MBIIIIIBI YKUPOM U GUOPO3Y.

Cross section of mid-thigh muscle in boys age 12 - 14
MBIl C MEHBILIUM Control DMD
MeXaHU4YeCKHUM
CTPeccoM, U, CIeJOBaTeIbHO,
MeHee aKTUBUPOBAHHbBIM
NF-xb - cpaBHuTenbHO
3ALIUIIEHbI
ZaXke B OTCYTCTBUE AUCTpOdUHA.

CauTaercs, 4TO JereHepanus
MOYXeT ObITh CHIDKEHA, eCJIU
YPOBHHU aKTUBUPOBAaHHOTO
NF-kB moyxeT ObITh yMeHbBIIIEH.
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[1oKnNHU4yeckmne ncecnenqoBaHus. AHanor

CAT-1004 npogeMoHCTpupoBar
3Ha4YNTENbHOE YMEHbLLEHNE Pnbpo3a

Muscle
Mass in the mdx Mouse Model

Il Control

B CAT-1041
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MomhNino

Mbi Gopemcsai, M1 noSCeavim.

da3a 1 nccnenoBaHUS: 3HAYUTENBbHOE CHMXKEHUE
akTUBHOCTU NF-kBnocne ucnonb3oBaHng CAT-1004

Lemmu:

be3omacHOCTD U TepeHOCUMOCTD
dapMaKoKMHeTHKa

NF-kB 6romapkepsr

An3zaH:

Tpu ucneliTaHUA

OpHa 103UPOBKa M BO3PACTAIOLINE
JO3BI

WccnepoBanme 6MOMapKepoB

79 B3POC/bIX MALJMEHTOB, MOTY4YaBIIAX
CAT-1004

Pesynbrarsr:

be3zomnacHocTh U X0pouas
IIepeHOCUMOCTh

3HauuTenpbHOe cHmKenne NF-kB
6MOMapKepOB IO CPAaBHEHUIO C
T1a1e0o

ddPexr CAT-1004 He OOHAPYIKMBAJICS,
KOTZ,a Ca/IULUJIAT U OMera-3
ATI'K nprnHMMaroTcss OBHOBPEMEHHO

NF-kB p65 (% reduction)

Phase 1 Clinical Data
Inhibition of Activated NF-xB
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3-way crossover design, 9 subjects
* p<0.005
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UTto moxeT nokazaTtb MPT?

MarHuTHO-pe30HaHCHast ToMorpadus
(MPT)

II03BOJIAET UCC/IeA0BATE/ISIM IIOHATD
0oJIblIe

o ectecTBeHHO! ncTopun M/1/], 4TOOBI
OLIEHUTH 37I0POBbE MBIIIILI, a TAKXKE [IJIsI
OLIEHKU

IIOTEeHIIMA/IbHBIX [T0C/IeICTBUM
HCC/IeIyeMBIX MTPENapaToB Ha MbIIIIIbI
6e3 He0OXOANUMOCTU OUOTICUU

Het 061y4eHue WM UHBEKIIUI

MPT nokassiBaeT, 4TO pa3/JIMYHbIE
YYaCTKU OZHOU Y TOM YK€ MBILILIBI MOTYT
OBITH PAa3HBIMH, TAK YTO BCE MBIIIIIbI
MOYXHO PacCMaTpUBATh BMECTO
HeOOJIbIIION OUOIICUU

CxOo)Xvie MBIIIIIBI ¢ BOCTIaJIEHUEM MOTYT
nepeiT K ¢UOPO3y U 3aMeHe
MBIIIEYHON TKaHH XUPOM.

Whole body 3T magnet...
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MoveDMD

HccnemoBanne MoveDMD - 3T0 nccnenoBaHue U3 ABYX 4YaCTeU:
KTUHUYeCKOe UCITbITAaHWE MCCIeIoBaHMe 6e30MacHOCTH U 3P PEeKTOB
CAT-1004 ipu MJI /1.

YacTtp A:

Llenb 3akir09aeTcst B orleHKe 6€30TacHOCTH Y GapPMAKOKUHETUKH 7
nHel nevyenusi CAT-1004 y manparkoB ¢c M1 /1

Kpowme Toro, cbop JaHHBIX B UCXOMHOM COCTOSTHUU (10 BBeZIeHUS
J1000T0 MpernapaTa) O MbIIIIAX HIDKHEH 1 BepXHel YacTH HOT,
MCITO/Ib3Ys1 MATHUTHO-Pe30HaHCHYI0 Tomorpaduio (MPT),
dusuyeckre GyHKIIUM (B TOM YHcie QYHKITMOHATbHbIE TECTHI ).

YacTp B:

Llenb 3aK049aeTcst B olleHKe 6€30TTaCHOCTH Y TTOC/IeICTBUM JIeUeHUSI
CAT-1004 nm nitane6o B TedeHYe 12 HeJle TbHOTO TTepHUoia y
MaaparuKoB ¢ M/1/]
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aKkoBbl TpeboBaHNA OnNs y4acTus B

nccrneaooBaHuUn?

Ilnst TOro, YTOOBI y4aCTBOBATH, MATBYMKH [TO/DKHBI OTBEYATh
C/IeIYIOLIUM KPUTePUSIM:

BospacT 4 - 7 net, u ectb Auaruo3 M/1/1
B03MO)XXHOCTH CAaMOCTOSITe/TbHO XOAHUT

AzieKBaTHast UMMYHH3aIl[MM IPOTUB I'PUIINa (IPHUIIIT) U
BeTPSHOU OCIIbI

He mo/mKHBI MCIO/IB30BaTh KOPTUKOCTEPOU I B TeYEHUE
IoC/IefHUX 6 MecCseB WU IUIQHUPYIOT Ha4aTh CTEPOUHYIO
TepaIuio B TedeHNe O/IMDKANIINX 6 MecsIeB

He mo/mxHbI MeTh KaKre-TM00 MeTUIIMHCKHE YC/IOBUSI,
KOTOPbIe MPeNsITCTBOBA/IN ObI CC/IeIOBAaHUIO

He no/DKHBI IDUHUMATD Y4aCTHE B APYTOM MCC/IeJOBAHUU
HUCC/IeyeMOTO JIEKaPCTBEHHOI'O CPEeCTBA B MOCJIeJHUE 28 THEU
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Kak npyuHnmatb CAT-1004?

CAT-1004 maeTcs Kak MATKHE XXeTaTUHOBBIE KarlCy/bl
ABYX pa3MepoB B 3aBUCUMOCTHU OT CITOCOOHOCTHU
MaJIBYUKOB IJIOTATh KarCY/Ibl

» TU Kancynsbl o cpaBHeHMIO ¢ Tic Tac® u M & M®

» CAT-1004 nipuHMMaeTCs C mullen

CAT-1004
100 mg

o

CAT-1004
250 mg

TicTac

M&M
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— Kakue elle Tectbl OyayT MCNOMb30BaHbI

npu nposegeHnn nccrieqoBaHna?

AHamM3bI KpOBH, YTOOBI KOHTPOJIMPOBATH 0€30TTACHOCTH 1
nsMmeputh KonnyectBo CAT-1004 B KpoBHU

Bpemennbie pyHKIIIOHATbHBIE TECTHI:

- 10 MEeTPOBBIH Oer

- Bpemsi, 4TOOBI TOAHSATHCS HA 4 CTYTIEHBKU
- Bpemst BCTaBaHMS M3 TIOJIOXKEHUH JIeXa

OFpaHI/I‘-IeHHOe TECTUPOBAHHUE MBIIIIEeYHOM CHUJIBI

Bce 3T TecThl ObITM M3ydeHBI y MaBYUKOB ¢ M1/l B aTOM
BO3pacTe

KaXzbii1 TECT 3aHUMAET OTHOCUTEIBHO KOPOTKOE BpeMs,
YTO MO3BOJISIET HaM YAePXXaTb BHUMaHUE Ma/IBYUKOB 3TOT'O
BO3pacTa



ne 6yaeT npoxoanTb

nccrnegoBaHue?

Yuusepcutet Pnopuapl, HxaHecBUIb
® Dr. Krista Vandenborne

® Dr. Peter Kang

® Dr. S.H. Subramony

IleTckast 6onpHUIIA, [TopTneHs

® Dr. Erika Finanger

® Dr. Barry Russman

® Dr. William Rooney

lleTckast 6onpHUIIA Punagenbdun
® Dr. Gihan Tennekoon

® Dr. Sabrina Yum
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