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COEPA AEATENBHOCTWN KOMMAHWW KNTEMEHCUA

KnemeHcms — 3To KONNEKTUB NpeAaHHbIX CBOEMY Aely MpodeccMoHaos,
cneumnanmn3npyowmnxca Ha pa3paboTke NeKapCTBEHHbIX CPEACTB A9 JIeYEHUS PEAKUNX
3aboneBaHun. Opurcbl komnaHum HaxoaaTcs B KaHage n CLUA.

KAKOBA LEJIb MPOIrPAMMbBI KJTMHNYECKWNX I/ICC/]E,[I,OBAHVIIZ KOMMAHWW
KJEMEHCKA?

KoHeuHas uesb NporpaMmbl — NpesocTaBAeHNE 4OCTaTOYHOMO KOJIMYECTBA AaHHbIX B
KOHTPO/IMPYIOLLME OpraHbl A1 PACCMOTPEHUS U YTBEPXKAEHNSA NaNI0OBAPOTUHA B KAUeCTBe
npenapaTta aas nedeHns NOO.



4YTO TAKOE MAJTIOBAPOTUH?

+ [ManoBapOTWH — 3TO 3KCNEPUMEHTa/IbHbIN NepopasibHbIN owes  EMPS il
- —
npenapat Ans nevenms NMNOQ o
Activin BMPT AL
A A
+ Y nauueHTos, cTpagatowmnx MO, peuentop -
BMP receptor (Type
ACVR1/ALK2 curnanbHoro nytv BMP HaxoauTcs B \/Type Il tetramer)

r’MNepPakKTMBHOM COCTOAHUN, YTO NPUBOAUT K

ACVR1/ALK2 mutation

reTepoTOnHoM occupuKaLnm

+ [ManoBapoTWH MOXeT NpeAoTBPaLLATb FeTEPOTOMNHYIO
occmdurKaL o, MHIMbUPYs CUrHa/bl FTMNepakTUBHOIO
peuentopa ACVR1/ALK2

Palovarotene

+ ManoBapoTuH 610KMpOBaa reTepOTONHOE OKOCTEHEHWNE
B MblLLMHbIX Mogensx ¢ MO®

+ KnemeHcus nccnesyeT, okasbiBaeT /M NaN0BapOTUH
Takon xe apdekT Ha ntoger ¢ MOD

KAKOB CTATYC NMPEMNAPATA NMANOBAPOTUH ANA NEYHEHNA NO®?

KoHTpoaunpytoLme opraHbl, Takne Kak YnpaBieHWe No KOHTPOJIO 33 NPOAYKTaMM MUTAHNUSA U
nekapcTBeHHbIMU cpegctBamu CLUA (FDA ) n EBponeiickoe areHTCTBO Mo OLeHKe 1eKapCTBEHHbIX
cpegacts B EBpone (EMA), paccMaTpmBaloT M yTBEPXKAAIOT TO/IbKO Te MpenapaTsl, KOTOPble MPOLLN
cTporyto npoueaypy paspaboTku.

6 to 18 months ManoBapoTuH bbln paHee
nccnesoBaH Ha 800 naymneHTax

KoMnaHuen Pow
®apmacblotukans (Roche
Pharmaceuticals)

* Evaluates safety in humans by administering medication to healthy volunteers

* Collects information about potential side effects

Cenyac KnemeHcust \
18 to 36 months HabupaeT geTel c MO B

» Evaluates safety and efficacy in people with targeted disease BO3pacTe oT 6 [0 14 neT

ANA UCMbITaHUA
nasoBapoTuHa dasbl 2.

18 to 36 months /
» Evaluates safety and confirms efficacy in people with targeted disease
= |nvolves a larger number of affected individuals than a Phase 2 trial
= Data package can be submitted to regulatory agencies for review and potential approval

Drug approved to market to affected individuals



KJAEMEHCUA MPOBOAUT 3 KIMHUYECKUX MCCIEAOBAHWNA, 1 BCE OHIN
NnPOU3BOAAT HABOP YHACTHUKOB

KnnHunyeckoe nccnegoBaHve dpasbl 2
Ma/IoBapoOTMHA Ha nauumeHTax ¢ MOQ*

PVO 201

OTKpb|T0e I'IpO,LI,Oﬂ)KeHHoe nccaenoBsaHme ¢a3b|
2**

PVO 202

NccnepoBaHMe eCcTeCTBEHHOMO TeYEHUS
3abos1eBaHUSA

*B HACTOALMN MOMeHT HabupatoTcsa getn ¢ MO o1 6 A0 14 neT
** N5 TeX, KTO 3aBepLUMA yYacTue B UccnesoBaHnm ¢asbl 2

KOMMAHNA KTEMEHCUA MOKPbLIBAET PACXOAbl, CBA3AHHbIE C YHACTWEM B
NMPOBOANMBIX EXO KITMHUNHUYECKNX MCCNEAOBAHNAX

+ Bce uenecoobpasHblie pacxoabl, CBA3aHHbIE C y4acTMEM B UCCIeA40BaHUN dasbl 2, OTKPbITOM
nccaes0BaHNM MW UCCIeA0BaHUN eCTECTBEHHOTO TeueHns 3aboneBaHus, OyayT NOKPbITHI,
BK/1IOYAs PACcXOAbl HA NOE3AKW, MUTAaHUE U NPOXMBAHME A5 YHAaCTHUKA UCCIeA0BaHUS U
MaKCUMYM /1ByX COMPOBOXAAOLLMX NL,

+ KnemeHcus paboTaeT c NaumMeHTaMm U UX CEMbAMU AN CBEAEHNA K MUHUMYMY TPyAHOCTEM,
CBAI3aHHbIX C NOE3KaMM B UCCNEA0BATE/IbCKME LEHTPbI

— Toe3aKu 1 NPOoXKUBaHWE PE3EPBUPYHOTCS areHTCTBOM, CNeLManm3npyowmmes Ha
opraHM3auumn noesaoK ANA AnL, C orpaHUYeHHOM NOABUMKHOCTbIO

— WccnepoBaTenbckune LEeHTPbl TECHO COTPYAHMYAIOT C CEMbSAMM, YTOBbI CBECTU K
MUHUMYMY HarpysKy Ha nauueHTa

— YacTb NNaHMpPOBaHMA MOXHO NPOU3BECTM 3ab1aroBpemeHHo, 0 BOSHUKHOBEHMA
obocTpeHuns

— s nonyyYeHMA fONOAHUTENbHOM MHGOPMALMKN CBAXKUTECH C UCCNEA0BATENLCKUM
LEeHTPpOM



KANMHUNYECKOE MCCIEAOBAHUAE OA3bI 2

KAKOBA LLE/Ib 3TOIr0 NCCAEAOBAHWA?

Llesib 3TOro KAMHMYECKOro NCcCe40BaHNS — YCTAHOBUTb, OKa3blBaEeT /M NaJIOBAPOTUH
BO3ZeMncTBMe Ha GOpMUPOBaHME HOBOM KOCTHOM TKaHW BO BpeMsi 1 nocae obocTpeHus y
naymeHToB ¢ MO®, B Kakow A03e U C KaKUMM MOHOYHBIMU SBNEHUAMM.

KTO MOXET YYACTBOBATbL?

+ B HacTosiwee Bpema KnemeHcns HabupaeT geten ¢ MO B Bo3pacTe oT 6 A0 14 /€T, y
KOTOpbIX HabatoaeTcsa 06oCcTpeHUe, COOTBETCTBYOW ee TpeboBaHUAM UCC/Ie0BaHUS

— KnemeHcus 3aBepmnia Habop B3poC/bix (15 1eT U CTapLUe) A5 3TOrO UCCNeA0BaHNS

+ OcTanocb orpaHMYeHHOe KOIMYECTBO MECT A5 AeTel ¢ 060CTpeHneM B naeYax, rpyau,
XMBOTe, pykax, begapax nav Horax

KAKOB AI/I3AI7IH NCCNEQOBAHUA?

+ WccnepoBaHue dasbl 2 - 3T0 paHAO0MU3UPOBAHHOE, ABOMHOE c/enoe, naauebo-
KOHTPO/IMPYeMOe NUCCAe0BaHME.

+ «PaHAOMVIBVIpOBaHHOE» O3HAYa€T, 4YTO B Ka4ecTBe nccneayemMoro npenapata y4aCTHMKaM
nccaes0BaHnAa Nnpon3Bo/ibHbIM o6pa30M Ha3Ha4aeTcs nbo NnaaoBapoOTUH, nmbo nnau,e6o

- MCCHGAYFOTCFI AB€E 4O03NPOBKU Na/IOBAPOTUHA

— Tnauebo - 3710 BewecTBo 6e3 nevebHoro addekTa, KOTOPOe NCNONb3YeTCs, YTODbI
onpesennTb, OKa3bliBAeT M UCC/IeAyEMbIN NpenapaT eyebHoe fencTBre, U UMeeT
/1 OH Kakoe-nbo noboyHoe gencreme

+ «/lBoliHOe cnenoe» 03HAYAET, YTO HM BPay, HU YYaCTHUK UCCIEA0BAHUSA He 3HAIOT, KakoM
npenapart nosyyYaeT Y4aCTHUK UCCNeZ0BaHNS

+ BepoATHOCTb NO/IyYEHMSA NaZIOBAPOTMHA ANS YH4ACTHUKOB UCC/Ie,0BaHNS COCTaBAsET 75%
(3/4), a nnauebo - 25% (1/4)



B HEM 3AK/TIOYAETCA YHACTUE B UCCNTEQOBAHWNIN?

4+ YuacTHuK AOJIKEH NpnexaTb B MCC/'IEAOBaTefIbCKVIlZ LEHTP B TE4HEHNE 7 AHel\/II C Ha4ana
O6OCTpEHl/IFI A1 OCMOTpPa, BbIMOJIHEHNA CHMMKOB U aHAa/1IN30B KPOBW.

- O6OCTp€HI/Ie npoABAdeTCA B BUAE NOTEN/IEHNA, KPACHOTbI, MPUMNYXN0CTHU, 6onu n/vnu
B BUAE OrpaHI/l‘-IeHMﬂ/YTpaTbl noABUXXHOCTU

— CootBeTcTBYlOWME TpebHOBaHNAM UCCeA0BaHNA 06OCTPEHNA MOTYT /1I0Ka/IM30BaTbCS
B NJ1eYax, rpyAu, X1BoTe, pykax, begpax nam Horax

4+ Ecam cooTBeTCcTBUE Tpe6OBaHVIF|M nccaenoBaHnAa NOATBEPXKAAETCA, UCCNeLOBaHNE
NPOAOJ/IKAETCA 12 HEAE/b

- MCCI’IEAYEMbIl\/’I npenapat NpMHMMaETCA NEPOPA/IbHO NOC/IE€ 3aBTpakKa B TEYEHUNE
nepBbIX 6 HeAeNb

— 3aTeM cneaytoT AOMNOAHUTENbHBIE 6 Hefeslb Nocaeayowero HabaaeHns

— Kak npaBuno, obcnesoBaHns 1 TeCTbl B UCCNe0BaTEIbCKOM LieHTpe byayT
MPOBOAMTBLCA BO BPEMS BK/IIOUYEHWS B UCC/IeA0BaHMe, Ha 6-11 Hejenle U 12-1 Hejene.

KAKME OBCNIEAOBAHNA N NMPOLUEAYPbBI BYAYT MPOBOAUTLCA?

+ ToapobHbi cbop aHaMHe3a 1 pU3KMKabHbIA OCMOTP
JlabopaTopHble ncciesoBaHUA (QHAN3 KPOBK)

+ CHuMKu, BKAOYas peHTreH, KT-ckaHnpoBaHue u MPT (Man ynbTpasBykK) yyacTka
obocTpeHus

+ CamooueHKa y4yacTHMKa byaeT BK/IoYaTh:
— OUeHKY cMMnToMOB 6011 1M NpUNYX10CTH B MecTe 06ocTpeHuns
— OUEeHKY NOABMXHOCTU B MecTe 060CTpeHUs
—  OUEeHKY aMnAnTYAbl ABUXEHUI B MecTe 06oCcTpeHus

+ 3anosHeHMe ONpPOCHMKOB, KaCaoLWNXCs GU3NYECKUX OFPaHUYEHNIN U APYrnX oBLmnx
nokasaTtesiel CaMOYyBCTBUS

+ bygaeT oueHMBaTbLCA NO6OYHOE AeMCTBUE NpenapaTa



KAKOBbl BO3MO>XHbIE MOBOYHbIE ,£I,El\/'ICTBI/IFI NMAJTOBAPOTUNHA?

+ B ¢a3e 2 NccneayroTcd BO3SMOXHbIE noboyHble AGVICTBMH Nnaz0BapOTnHa

+ Haunbonee yacTtble N0H6OYHbIE AEMUCTBUA NA/I0BAaPOTMHA NPOSBASIOTCA HA KOXE U CIU3UCTbIX
(HanpuMmep, B NOIOCTM HOCA UM PTa): CYXOCTb KOXM, CyXOCTb I'y6, 3yJ, Cbifb, NOKpacHeHWe
KOXMW, LeNylleHne 1 OTCI0eHNE KOXM, BOCMaiMTe IbHble NpoLecchl Ha rybax, CyxocTb BO pTy
W B rnasax.

4+ Bo03MOXHbI NO60YHbIE ABN1IEHNA, CBA3aHHbIE C NPUEMOM KJ/1aCCa NPENapaToB, K KOTOPbIM
OTHOCUTCA MaJIOBAPOTUH — K/N1laCCa PETUHOMNA OB

— OHu byayT onuncaHbl B xo4e npoLesypbl MHGOPMUPOBAHHOIO COrNacus, Korga
KaHAWAaTypy 6bonbHoro ByayT paccMaTpmBaTh A5 BKAOYEHWS B JaHHOe
KJMHUYeCcKoe UccaesoBaHmne

— OTn NnOoTEeHUMAJ/IbHbIE PUCKUN AN1A 340POBbA MOXHO 6YAeT 06CY,£I,MTb C COTPYAHUKaMW,
3aHATbIMU B KJIMHNYECKOM nccie4oBaHUU

+ Ecan B xoAe KIMHUYeCKOro uccne0BaHuA y naLmeHTa BO3HMKHeT NoboyHoe siBfeHne, OH/a
ByayT TWaTebHO OCMOTPEHbI BPa4OM B UCC/IeA0BaTe/IbCKOM LieHTpe, 1 eMy/en ByaeT
Ha3Ha4YeHOo COOTBETCTBYIOLLEe leveHne

+ rlaLl,VIEHT MOXEeT NPeKPaTUTb y4acTune B KIMHNYECKOM UCCNeSO0BaHNN B Nobot MOMeHT



OTKPbITOE MPOAOJ/IXXEHHOE NCCNEAOBAHWNE OA3bI 2

KAKOBA LEJIb 3TOI0O UCC/IE4OBAHWA?

Llenb 3TOro nccnesoBaHms — oLeHUTb OTAa/IeHHbIe MOCeACTBUA M 6e3onacHOCTb NpuemMa
nanoBapoTMHa y nauneHTos ¢ MO, koTopble 3aKoHUNAM da3y 2.

KTO MOXET YYACTBOBATbL?

+ B OTKPbITOE NPOAOJ/IXKEHHOE NCCief0BaHNE (I)a3bl 2 MOryT 6bITb BK/IHOUYEHBI BCE Y4aCTHUKMN,
KOTOpPbIE€ 3aKOHYNIN c|>a3y 2 ncciegoBaHuA.

—  «OTKpbITOE» 03HAYAET, YTO YHACTHUK, Y KOTOPOro BO3HWK/IO HOBOE
cooTBeTCTBYytoLee TpeboBaHMAM Uccies0BaHNS 0b6ocTpeHre, NnpuHMMaeT
MafoBapoOTMH BHE 3aBUCMMOCTM OT TOrO, KaKOM UCCIeAyeMbl NpenapaTt OH UK OHa
npuHMMan(-a) B pase 2 nccnesoBaHUs

— Boatom nccnes0BaHUM HE MCNOJIb3YETCA nnau,e60



NCCNEA4OBAHWE ECTECTBEHHOIO TEHEHNA 3ABOJIEBAHUNA

KAKOBA LEJIb 3TOI0 UCC/IE4OBAHWA?

Llenb nccnepoBaHUs — yTOYHUTD CyLLECTBYIOLW ME NPpeACTaBNeHNs O eCTeCTBEHHOM Pa3BUTUM
MNO® c TeyeHnem BpeMeHU A5t TOMO, 4TOObI yCOBEpLUIEHCTBOBAThL Tekylyme 1 byayuine
npoueAypbl pa3paboTku 1eKapCTBEHHbIX MPernapaTos.

[laHHble nccnesoBaHUA eCTeCTBEHHOrO TeueHus 3aboneBaHus byayT nepesaHol B IFOPA gna
pacwmpeHns nHbopmaumm o 3aboseBaHnm

KTO MOXET YYACTBOBATbL?
+ Cenyac KnemeHcusa HabupaeT naumeHTos ¢ NO® B Bo3pacTe oT 0 A0 65 neT

4+ Bceros nccnegoBsaHmne 6YAYT BK/TlO4E€HbI 40 100 4Ye/10BEK

B HEM 3AKJ/IIOYAETCA YHACTUE B NCCJIEAOBAHUIN?

+ YuacTHUK nccaeZ0BaHUs He ByaeT MPUHMMATDL HUKAKMX SKCMEPUMEHTAIbHbBIX
npenapaTos.

+ MNaymeHTam HeobxoAMMO ByaeT NpuesxaTb B UCC/IeA0BATEICKUMN LLEHTP OA4MH pas3 B
rog (kaxable 12 MecsiLeB) A4/191 OCMOTPA, BbINO/JIHEHUA CHUMKOB M aHA/IM30B KPOBU

— B cayyae oboctpeHus noTpebytoTca 40N0AHUTEIbHbIE BU3UTI

— B npomexyTke Mexay BU3UTaMK C NaLMeHTOM OyAyT CBA3bIBATbCS MO TesiePOHY
Kaxable 6 mecaues

+ npOAOﬂ)KMTeﬂbHOCTb ncene[oBaHnAa — He bonee 3eT

+ YUacCTHMKM UCCIeZ0BaHMS, Y KOTOPbIX BOSHUKHET COOTBETCTBYIOW ee TpeboBaHMAM
nccneoBaHUs 060CTpeHre, MOTYT NePEnTU B UcCaeZ0BaHne $asbl 2, €CN B HErO elle
byaeT npoBoaUTbLCSA Habop



KAK BYZAET NAJTOBAPOTUH ANA NEYEHWNA MO® PASPABATBIBATLCA B

AANbHEWLLEM?

6 to 18 months

* Evaluates safety in humans by administering medication to healthy volunteers

* Collects information about potential side effects

18 to 36 months

* Evaluates safety and efficacy in people with targeted disease

P
18 to 36 months e3y/bTaThl T(EKyUJ,MX
nccaes0BaHU co3aaayT

6a3y ans gnsaviHa
nccnegosaHus dasbl 3.

* Evaluates safety and confirms efficacy in people with targeted disease
* Involves a larger number of affected individuals than a Phase 2 trial
* Data package can be submitted to regulatory agencies for review and potential approval

Approval Drug approved to market to affected individuals
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XOTUTE MPUHATb YHACTUE?

= Orthopedic Hospital
Phase I Study, National History Study
London, United Kingdom
Contact: Richard Keen, B.Sc. Ph.D. FRCP

Principal Investigator: Richard Keen, B.Sc. Ph.D. FRCP
Sub-Investigators: Dr. Benjamin Jacobs, MBBS MS.c. M.D. FRCPCH
+44 (0)20 8909 5314
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OBPALWEHWE K COOBLWECTBY NO® U BJIATOAAPHOCTHN

Mbl cTpemMuMcs caenaThb AajbHENLME UCCAeA0BaHUA NaIoBapOTUHA Ana Tepanuu MO
MaKCUMasibHO 3P deKTUBHBIMU 1 Ge30nacHbIMK
- AoHHa poraH (Donna Grogan, MD), rnaBHbI MeAULMHCKUIN COTPYAHMK

Mbl 61arogapHbl Bam 3a nogaepxky, COTPYAHUYECTBO U BAOXHOBEHME
- gokTop Knapucca JlexapgaeHc, (Clarissa Desjardins, PhD), reHepanbHbIl 4MPeKTop 1
OoCHoOBaTe/b

COBMECTHBIMW YCUINSIMU Mbl NPOABMHEM pa3paboTky NpenapaToB B X04e KJAUHUYECKUX
UCMbITaHWUIA U NOATOTOBUM HEODXOAMMbIE AaHHbIE AN PACCMOTPEHUSA U YTBEPXKAEHUS
KOHTPO/IMPYHIOL UMW OpraHaMm

- Axedod MakmaH (Jeff Packman), rnaBHbIN COTPYAHMK UCC/Ie0BaTENbCKOMO OTAE/1a

BmecTe mbl iyyie novimem npupody MO®, uto byseTt cnocobcTBoBaTh paspaboTke byayLmnx
MeTOZ0B fleyeHus
- Opuik ConumaH, (Eric Soliman) gupekTop no kAMHUYeckon paboTe

12



	СФЕРА ДЕЯТЕЛЬНОСТИ КОМПАНИИ КЛЕМЕНСИЯ
	КАКОВА ЦЕЛЬ ПРОГРАММЫ КЛИНИЧЕСКИХ ИССЛЕДОВАНИЙ КОМПАНИИ КЛЕМЕНСИЯ?
	ЧТО ТАКОЕ ПАЛОВАРОТИН?
	каков статус препарата паловаротин для лечения ПОФ?
	клеменсия проводит 3 клинических ИССЛЕДОВАНИЯ, И все они производят набор участников
	компания клеменсия покрывает расходы, связанные с участием в проводимых ею клининических ИССЛЕДОВАНИЯХ
	клиническое ИССЛЕДОВАНИяе фазы 2
	Какова цель ЭТОГО ИССЛЕДОВАНИЯ?
	Кто может УЧАСТВОВАТЬ?
	КАКОВ ДИЗАЙН ИССЛЕДОВАНИЯ?
	в чем заключается участие в исследовании?
	КАКИЕ ОБСЛЕДОВАНИЯ И ПРОЦЕДУРЫ БУДУТ ПРОВОДИТЬСЯ?
	каковы возможные побочные действия паловаротина?

	ОТКРЫТОЕ ПРОДОЛЖЕННОЕ ИССЛЕДОВАНИЕ фазы 2
	какова цель этого исследования?
	кто может участвовать?

	исследование естественного течения заболевания
	какова цель этого исследования?
	КТО МОЖЕТ УЧАСТВОВАТЬ?
	в чем заключается УЧАСТИе в ИССЛЕДОВАНИи?

	как будет паловаротин для лечения поф разрабатываться в дальнейшем?
	хотите принять участие?
	ОБРАЩЕНИЕ К СООБЩЕСТВУ ПОФ И БЛАГОДАРНОСТи

