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KnMHn4yeckne nccnegoBaHus — A

9TO?

® liccnenoBaHust Ha TOOPOBOIBIIAX

® TmareabHO OIPOBOAMMBIC HCCISAOBAHMS JJIs TOIO,
4TOOBI B KOHEUHOM CUETE, PACKPHITh JIYUIIIHE CIIOCOObI
JeUeHHs, NPOPUIAKTUKH, JUATHOCTUKHU U IMOHSITH
3a00JIeBaHNSA YeIOBEKA.
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Tunbl CcCcneaooBaHU

OO030pHBIE HCCIIEA0BAHUS
® OneHKa COCTOSIHUA 3I0POBbs B IPYNIIaX YYACTHUKOOB

HccnenoBanus €CTECTBEHHONW UCTOPUU
® Kak 00JIe3Hb IMPOTrPecCUpyeT

[IpodunakTuieckrue UCIbITaHUS

® -liccienoBaHusi ciocoOOB MO MPENOTBPALECHUIO OONE3HBU Y JIFOJEH, KOTOPBIE
HUKOTJ]a HE UMeNU 3a00JIeBaHUE WIM TMPEJOTBPAIICHUS BO3BPAILICHUS

HccnenoBanuss METO0B TUArHOCTHUKH
® IlpoBepka nydiiero cnocoda 0OHapyKEHUS ONPEACICHHBIX 00Je3HEeH

JII/Ial"HO CTHUYCCKHUC UCIIbITAHUSA

® -Onpenenuts Jy4IIue TECThl WM MPOLEAYPHI JJI1 JUATHOCTUKA KOHKPETHOTO
3a00J1€BaHUs UM COCTOSIHHE

HcnbeiTanus jJeueHUus (I/IJ'II/I HMHTCPBCHIIMOHHAA I/ICCJ'IC,HOB&HI/IG)

® TecThl HOBBIX METOJIOB JICUCHUS, HOBbIC KOMOMHAIIMN MPENapaToOB MJIM HOBBIX
MOAXOA0B K Tepanuu

HcciaenoBanusg kadecTBa KU3HU

® Mepsl 0 yAYUIICHUIO Ka9eCTBA KU3HH Y JIIOACH ¢ XpOHUYECKUMH
3a00JIEBAHUSIMU




KInMMHU4ecKkne nccrnenoBaHus

®aza I: Ouenka 6e30macHOCTH U IEPEHOCUMOCTH
JICKapCTBEHHBIX CPE/ACTB.

® 3710pOBbI€ 1OOPOBOJIBLILI U3 LIEICBOM IPYIIIEI
HaceJeHus

® OrpaHu4eHHOE KOJIMYECTBO JIIOJICH

® ®dapmakokuHeTHKa (T.e. momolieHne, 06MeH
BEIICCTB, BLIBEICHNE)

® [loBrIlIeHUE T0O3bI
® 707 HOBBIX IPENapaToOB MPOXOIAT ITOT ATAIl
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KInMMHU4ecKkne nccrnenoBaHus

®dasza II: onenka s¢pdexTnBHOCTH Npenapara (1
najgbHEHIIas oleHKa 6€30IacHOCTH)

® PanaoMu3uMpoBaHHOE

® Koutponupyemoe

® CypporarHoe Mephbl pe3yJsibTara

® KOpOoTKHH CPOK

® HeOomabinoe KoJIM4eCcTBO YYaCTHHUKOB

® 227% npemnaparos, koropsie BxogaT B dazy 11
IIPOJIBUTAIOTCS JAJIbIIIE




KnnHn4yeckune nccrnenoBaHus

®a3za I1I: KpynnomacmrabHoe ucciieqoBanue st

MOATBEPKAeHUS 3(P(HEKTUBHOCTH U OC30IIaCHOCTHU Y
OOJIBIIION T'PYIINBLI HACEICHUS

CoTHU TIaIIUEHTOB
PanpomMu3npoBaHHOE, M1a[e00-KOHTPOJIUPYEMOE
JIIIMTETBbHBIA CPOK
OueHka pe3ynbraToB((QyHKIMS, KaueCTBO KU3HH)
Onpenenser Colep)KaHue YIIAKOBKM W MapPKETHUHT

557% nekapcrs, xoropeie nmocrynaioT B dasy 111 ycnemmo
ee MPOXOLIST

[TosTomMy ~ 87 JeKapcTB, KOTOPhIE BXOAAT B (asy
KIMHUYECKUX HcnbITanuii onoopensr FDA.
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KOHTpOIb

® [pymnmna cpaBHEHHUS, KOTOpas HOJydaeT Iuialeoo,
ApyToe JeUeHue, UM JICUeHHUE HE Ha BCeX.

® He nomwxue! ObITh B cootHomenuu 1: 1 k rpymme
yledenyst (U 4acTo He SBISETCS)

conNTRoL GRouP ouT oF conTRoL GROWP.
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KomaHOa nccriegoBaTenen

® TnasHsbli uccnenosarens (PI).
® OOBIYHO Bpay
® MoXeT uMeTh 3aMECTUTEIIEN

® B xoHEYHOM cYeTe OTBETCTBEHHOCThH 3a OJIArOIOIyUYHE MallUeHTOB
1 COOp JOCTOBEPHBIX JTAaHHBIX

® KiuHHUYECKUN KOOPAUHATOP

® MoxeT ObITh MEACECTPOI, BpauOM HIIM APYTHUM IPo(PeCcCHOHAIOM
® KinHunyeckue OIEHIIUKHA

® DusuorepanesT

® OyHKIMOHAIBHBIE U3MEPECHUS
® Meacecrpa

® COop aHaIU30B
® YIOpaBiSIeT JICYECHUEM
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CKPUHUHT

® UudopmMupoBaHHOE coracue
® IIpaBo
® Kpurepuu BKIIIOYCHHUS U UCKIHOYCHMS

® Bospacr, 1oJ1, TdO U cTaaus 3a00JICBaHU,
IPEABIAYINAS UCTOPHUS JICUCHUE, IPYTUE MEIUIIMHCKUE
yCIIOBHSI, IPyTrUe JIEKapCTBa

® BocnpousBoauMOCTh




Mepbl

® Mepbl U3 OOBIYHOM KU3HU ITALIMEHTOB, HAIIpUMED,
IPOHAOJKATEIBHOCTD UIIH (DYHKIIHS

® /Ipyrue U3BECTHBIE MEPHI, KOTOPHIE MOTYT
MCIIOJIb30BaThC, HAIIPUMED, MIECTUMUHYTHBIN TECT.




[locne nccnenoBaHus

® li3yyeHue coOpaHHON HPOpMAITUU
® PeiieHue: uATH BOEpE K CISAYIOMIEH (a3ze

® Pe3ynprarsl 4acTo IMyOJHKYIOTCS B PELCH3UPYEMBIX
KypHaIax

® Pesynbrarbl XapaKTEPHbBIE IS JIUYHOCTH
® YYaCTHUKU YACTO HE JECIATCA C YYaCTHUKAMU

® [loCTOAHHBIM OOCTYII K IIpenapary OnpeacisieT
4acTh YyCIIEXa




[Touemy yyacTBOBaTbL?

® lrpars aKTUBHYIO POJIb B UCCIIEAOBAHUU U
YIYYIICHUU Teparu 3a00JI€BaHMSI.

® PerynsipHoe HaOMIOACHUE

® [lonyuyuTh AOCTYN K HOBBIM METOAAM JICUEHUS 10
BHEPEHHUS MX B IIUPOKYIO NPAKTUKY.
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Drug
Candidate

Translarma
CAT-1004
Catena
Drnsaparsan
Eplerenons
Eteplirsen
PF-0S252616

Follistatn/AAV

HT-100
Isofen
Catena
BNMN 044
BMN 045
BMN 052
SRP-4045
SRP-4053
SMT C1100
EGCg

Tadalafl

Sponsor

PTC
Therapeutics

Catabass
Santhera
Biomarin
Natanwide
Chilcren's
Sarepla

Przer

Natenwide
Chilcren's

Akashi
SPMD Onius
Santhera
Siomarin
Siomarin
Biomarin
Sarepta
Sarepla
Summit

Charite
University, Sedin

Eli Liky

lccnegoBaHus npyu MUMOANCTPOMUN

[1toLeHHa
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MepeeneHo npoektom MOVMWo:
http://mymio.org

OpwuruHarnn:
http://www.parentprojectmd.org/
site/PageServer?pagename=Con
nect conference presentations
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