Better Health, Brighter Future

3anosnHasa npoben mexay KnuHuyeckoun paspat
npenapara 1 ero nosiBfieHNEM Ha PbIHKE

MapuHa [ebpsaHckasi, K.M.H., PykoBoguTernb no KNMHN4ecknm ncenegosanuam, Takega Poccus

Anthony Edmonds, Sr. Director, Enhanced Patient Access, Global Patient and Scientific Affairs



PacwmnpeHnue goctyna K npenapaTy 3anofiHseT npobernbl, MMetoLmMecs
o0LLENPUHATON NPaKTUKe BbiBOAA Npenaparta Ha pbIHOK

KEY
L

Routine
Access
Mechanisms

Enhanced
Access
Mechanisms

Takeda Pharmaceuticals International




CTparermnyeckoe HanpasrneHue pa3BuTnusa KoMrnaHum
Takena: naymeHT B LIEHTpe

OHKkonorusa

Hesponorus MacTpo-

3HTeponorus

Mna3mo- Pepkune
Tepanus 6onesHun

BakuuHbI

| Tak8da Expanded Access Takeda Pharmaceuticals International



®
[ToHnMaHue Hy>Xa 1 npobrem nayueHToB G

[MauneHTbl N X ceEMbU CTarnKMBatoTCA C pa3nn4HbiMn npo6ne|v|a|v||/| npu nonyyvyeHnem gocrtyna K
npenaparam, B KOTOPbIX OHU HY>XOAKTCA, HanpuMmep:

« CTpagaloT Xn3HeyrpoxaroLwmumMmn n n3Hypsitommm 3abonesaHnsamm

* WNcuepnanun Bce BO3MOXHbIE ONLMN FIeYeHns

o CnuwkoM 60sbHbI ANs y4acTus B KITMHUYECKOM UccnegoBaHum

* CpoO4HO Hy>XOalTCsl B HOBOM UMK 3KCNEpPMMEHTaNbHOM Npenaparte Asns neyveHus nx sabonesaHum
¢ OrpaHun4yeHbl B PUHAHCOBbLIX BO3MOXHOCTSIX NpuobpeTeHuns npenapaTta

» XKuByT B MecTax, rae A0CTYMHO TONbKo 6a3oBoe rnevyeHue - Hambonee noaxosiias uccrnegyemast
Tepanusi MOXeT ObITb B IPYrMX YacTsiX CBeTa

* WMHorga ncnblTbiBatOT CNOXHOCTU B NOSTYYEHUN HYXXHOW MHpOopMaL M OT Npou3BoanTernien — HeT
KOHTaKTHOW MHGOOpMaLUK, NN HET NOHATHbLIX UHCTPYKLNK

« He moryT pasobpaTtbcs ¢ npoLeccamMu 3anpoca Ha AoCTyn K npenaparty, OTNMYaloLMMNCS B pasHbIX
CTpaHax 1 KOMMaHUsX.
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Presenter
Presentation Notes
Putting patients first requires coming up with solutions to these problems
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OarpocChbl NaunMeHToB O AO0CTYyNne K npenaparam CTaHOBATCA
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Presenter
Presentation Notes
Broad promotion of new discoveries in lethal diseases creates increased awareness of  new investigational medicines
Expanded access is now requested at any every point in drug development (even preclinical)
Multiple pathways for accelerated approval have made patients aware of the possibilities of getting investigational medicines sooner
Overlap with innovative trial design
Internet access allows for patients/families to get more information about experimental medicines 
Internet allows for social media campaigns (e.g. Josh Hardy) AND access to previously-unseen materials re drug development pipeline
More patient advocacy groups to empower patients/families
All of these factors are Causing more patientsto request investigational products earlier in the pipeline




Bo3MOXHble NyT JOCTYMa K rnperiaparam ‘5

KnuHu4yeckas KomMmmepyeckum
Pernctpauuns
pa3paboTka , pa NpoayKT

KonunyectBo nauneHToB,
HY>XXOaloLWNXCA B HOBOM JIEYEHUN U
nony4vatowmx, Heobxogmmoe
neyeHmne

CHabxeHue B pamkax KU 27 PbIHOYHOE cHabXeHune

CtaHgapTHbIe NyTU obecrnevyeHUs npenapartamu
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|_|yTI/I I'Ipe,EI,OCTaBJ'IeHI/IFI OOMOJIHUTEJIbHOIO ,EI,OCTyI'Ia
nauymeHToB K JIe4eHNO

Kommepyeckumn
NpoayKT

KnuHunyeckas
pa3paboTka

Perncrtpauuns

D,OCTYH nocrie uccrsieaoBaHus

MpoaomkatoLwmincs oCTyn K uccnegyemMomy npenapary Anst NauMeHToB C Cepbe3HbIMU,
XXU3HEeYrpoXatwLLmMMmn 3adoneBaHnsiM1, KOTOpble y4acTBOBanu B KIIMHUYECKOM UccnefoBaHUu, 1
NONMYYUNN KITMHUYECKN BaXKHbIN N 0ObEeKTUBHbLIN 3OEKT, a TakkKe Y KOTOPbIX HET AOCTYMHOIo
anbTepHATUBHOIO JTIEYEHWSs], N KOTOPbIM NpeKpaLleHne NCCeayemMoro eYeHnst MoOXXeT HaHeCTU Bpeq.

lNMporpamMmmbl pacwmMpeHHOro gocryna

3abnaroBpeMeHHO cnnaHMpoBaHHbIe 1 0POPMIEHHbIE NPOrpaMmMbl, KOTOPbIE MO3BONSAOT
NOAXOAALLMM NauueHTam nonydartb Uccregyembli npenapat 4o perynsaTopHOro ogqoodpeHnst unm
NoCTynneHns npenapara B obpalleHue.

MH,D,I/IBI/I,D,ya]'Ibele 3anpocChbl nauneHToB
MHE,MBMJJ,yaJ'IbeIe 3anpochbl NauUMeHTOB TakKXKe Ha3bIiBalOT «compassionate use» -
«6.!'IaFOTBOpI/ITeJ'IbHOG ncnosrnb3oBaHNE»

MporpamMmmbl noMowmM naymMeHTam
3anpochbl NaLuMeHTOB Ha Nosy4YyeHue
AOCTyna K npenaparam, KoTopble
AOCTYMHbI HA PbIHKEe, HO MAaUNEHT He
MOXeT cebe Ux NO3BONUTD.
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[locTtyn nocne
nccrnegoBaHuA
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[Touemy HeoOxooum OOCTYN Nocne K npenaparty
.Ta/ceda
nccnengoBaHua? Gated>

 XenbcuHcKas geknapauusa, MNaparpad 34 (Peaakumsa 2013 r.)

«[]Jo Hayana uccnedoeaHusi CrIOHCOPhbI, uccriedosamernu u
a2ocydapcmeeHHbIe opaaHbl CmpaH, 8 KOMopbIX
rnraHupyemcs uccriedogaHue, 00/KHbI pedycMompems
803MOXXHOCMb docmyra y4aCmHUKoe uccrie0oeaHus K
mpebyrouwelcss uMm mepanuu, ecsiu 8 ripouecce
uccsiedoeaHusi 8bISICHUIIOCh, YMO OHa NMPUHocum um
nosib3y. Oma uHgopmauyusi dormkHa 6bimb doeedeHa Ao
ceedeHuUsl y4aCmHUKO8 uccrsiedoeaHusl 8 ripouecce
nony4eHuUsi UHGhoOpPMUPOBaHHO20 co2/1acusi.»

 MexpernoHanbHbiu ueHTp JIU MNapBapaa paspaboran
PYKOBOACTBO, KOTOpPOE noaaepKMBaeT AaHHbIA NPUHLINN Y
coaepXxut bornee aetanbHblE MHCTPYKLMN
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[ocTtyn nocne uccrnenosaHusa — OnpegeneHue Gatedd:

|E',OCTyI'I nocrne nccnegoBaHmnyd rno3eBosdeT noaxogdllnm y4aCtHNKam
CNMoHCUPyeMOro nccriegoBaHn4 npoaosnkKaTb becnnartHo nosryyartb

I/ICCJ'IeD,yeMbIIZ npenapar rnocrie OKoH4YaHn4A y4actnd B NCCriegoBaHNN.
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LocTtyn nocne nccrnegosaHusa — ObLine Kputepmn

BKJITHOMEHUA

Kputepumn BKNnoYeHus

LocTtyn nocne nccnegoBaHUa OOMKEH ObITb NpegocTaBrieH BCEM
nauneHTam, KoTopble NoAXOAAT N0 BCEM CneayLLnUM KPpUTEPUSM.

Cepbe3Hoe, KnuHunyecku
XXU3Heyrpoxato- 3Ha4YMMbIN OTBET Ha
Lee unu neyeHue
CUNbHO (>xenaembIn

ucrowjarouyee acpdekT)
3aboneBaHue

OTtmeHa
Het uccneayemoro
anbTepHaTUB- npenapara
HbIX npuHeceTt
BapuvaHTOB Bpea
neyeHuns 300pOBbLIO
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PaclLumpeHHble nporpamMmmbl
gocTyna
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PaclumMpeHHbie nporpaMmmbl OcTyna G

Compassionate Use
Program (CUP) Early Access Program (INAP)

Medical Needs Special Treatment Protocol (STP)

Program (MNP)
Temporary Authorization of Use (ATU)

EXPANDED ACCESS PROGRAM (EAP)

Special Access Scheme (SAS)
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PacwwmnpeHHbin goctyn: 3akoHogaTensctso CLUA

Expanded Access
(Compassionate Use)

Expanded Access: Information for
Patients

Expanded Access: Information for
Physicians

Expanded Access: Information for
Industry

FDA's Expanded Access Contact
Information

Resources for You

« Expanded Access Navigatorn®

o FDA Form 3926 Individual
Patent Expanded Access
Investigational New Drug
Application(PDF) Note: For best
form functionality, Right-click
3926 link and click Save Link
As. .. to save to your deskiop
and then open the file. (PDF -
2.1MB)

Expanded Access (sometimes called
"Compassionate Use")

fsHaRE | W TweEsT | inUNKEDIN | @ AINT | B EMAIL | & PRINT

Expanded access (sometimes called “compassionate use”) is the use of investigational drugs, biologics or medical
devices outside the clinical trial setting for treatment purposes. Expanded access may be appropriate when all the
following apply:

« Patient has a serious disease or condition, or whose life
is immediately threatened by their disease or condition

« There is no comparable or satisfactory alternative
therapy to diagnose, monitor, or treat the disease or
condition.

= Patient enroliment in a clinical trial is not possible.

« Potential patient benefit justifies the potential risks of
treatment.

= Providing the investigational medical product will not
interfere with investigational trials that could support a
medical product’s development or marketing approval for
the treatment indication

Information for Patients, Physicians
and Industry

14
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PacLu
NPEHHbIV
n goctyn. 3akoHogartenscteo EC

Compassionate use

_Compasguonat_e_ use is @ treatment option that allows the use of an unauthorised medicine-

support for early access

who have a disease with no satisfactory autl

The European Mmedicines Agency (EMA) is committed to enabling early patient access 10 new

The European Medicines Agency (El
Mmedicinal products for Human Use [(.HM'P}_ put t
use programrnes are coordinated and impiement

medicines, particularly those that target an unmet medical need or aré of major public health

interest. The Agency seeks 10 support the medicine development process from an early stag€

procedures.

and to offer regulatory mechanisms to help promising new medicines reach patients as early

hese programmes are onlY PUL sacefthe ™ as possible: Companies developing such medicines can apply t© EMA for their products 0

threatening, Iong-last'lng or seriously debili
with any currently authorised medicine.

make full use of these regulatory opportunities.

The mediciné must be undergoing c_iinic_ai_ trials ©

o early studies will generally hav The European union (EY) pharmaceuticai legislation includes several provisions to foster patients' early

gu_ideiines_ may not be fully established.

access to new medicines that address public health needs and are eligible for the centralised proceduré

.. such as:
How to request an opinion

. accelerated assessment: reduces the timeframe for review of an application for marketing

National competent authorities can ask EMA for 3
certain medicines for comp_a__ssionate_ use. The CH!
Member States <hould take note of these recom

guti_}o__r__is_at_ion for medicines of major public health interest and in particular from the viewpoint of

therapeutic innovation;

. conditional marketing authorisation- grants marketing authorisation before complete data are

available;

. compassionate use: allows the use of an unauthorised medicine for patients with an unmet medical

mmittee for Medicinal products, for Human Us€ (CHMP) issues an opinion on criteria

and conditions, which nat cess programmes can consider when making such

medicines available.

Ta
keda Pharmaceuticals International



MHaovBmayanbHble
3anpochbl NAaLNEHTOB
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NHanBuayanbHble 3anpochl
BKITHOUEHUS

nayneHToB — Kputepuu

Kputepumn BKNo4YeHUs

Cepbe3Hoe,
XXU3Heyrpoxato-
ee unu
CUNBbLHO
ucrToLjarollee
3aboneBaHue

Het
anbTepHaTUB-
HbIX
BapuaHToOB
rneyeHus

MauneHTsbI He
noaxopoAaT Ans
yyacTtus B
KNMUHNYECKOM
nccrnegoBaHUM UNU
ApPYyrux nporpammax

HdocTtaTto4yHo
OaHHbIX Ans
OLIeHKMU
pucka/nonb3bl
UM npwm
3aboneBaHuun
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3akoHopgartenbcTBo P®: BBO3 Npenapara G

* Ctatbsa 47 ®epepanbHoro 3akoHa Ne61. lNopsaok BBo3a
nekapcTBeHHbIX cpeacts B Poccumckyto Pengepaumio 1 BblBO3a
nekapcTBEHHbIX cpeacTB n3 Poccumckom degepaumu.

* ['yHKT 3.

Lonyckaemcs 8803 8 Pocculickyro @edepayuro KOHKpemHou napmuu
3apeaucmpupoB8aHHbIX U (Urnu) He3apeaucmpuposaHHbIX
JiekapcmeeHHbIX cpedcmes, rnpedHa3Ha4YeHHbIX <...> OJI OKa3aHus
MeOUUUHCKOU MoMowiU o XXU3HEHHbIM roKa3aHUsIM KOHKPEMHO20
nayueHma Ha ocHogaHuUU pa3peuweHusi, 8bI0aHHO20 YNOTHOMOYEHHbIM
edeparibHbIM Op2aHOM UCIOTHUMEIbHOU 8riacmu o 3as8rneHusim
Jluu, yKasaHHbIx 8 cmambee 48 Hacmosiueao @edepasribHO20 3aKOoHa.
PaccmompeHue makoao 3as6r1eHus U npuHsamue peweHus o 8bldadye
paspeuweHus <...> rpou3eoosimcsi 8 CPOK, He npesbiaruwul namu

paboyux OHel. [Nnama 3a 8bi0avy yKa3zaHHO20 pa3peweHUs He
83UMaemcs.

Takeda Pharmaceuticals International



3akoHoaaTtenbcTBO P®: KTO MOXeT ObITb 3aaButTenem?

JTakeda

Ctatbsa 48 denepanbHoro 3akoHa Ne61:

1.

2.

rnpoussodumersiu riekapcmeeHHbIX cpedcme 05151 uerneu cobcmeeHHO20 rpou3soocmea
JlIeKapCcmeeHHbIX cpedcms;

UHOCMpaHHbIe pa3pabomyuKku fieKapcmeeHHbIX cpedcme U UHOCMpPaHHbIe
rnpoussodumeriu riekapcmeeHHbIX cpedcme usu Opyaue ropududeckue nuya rno
rnopy4eHuro paspabomuyuka riekapcmeeHHo20 cpedcmea 07151 MPo8edeHUs KITUHUYECKUX
uccriedosaHul fiekapcmeeHHO20 rpenapama, ocyuwecmerieHuUs 20cyoapcmeeHHoU
peaucmpayuu riekapcmeeHHo20 rpenapama, 8KMYeHUs ghapmauesmuyeckol
cybcmaHyuu 8 2ocydapcmeeHHbIU peecmp fileKapCcmeeHHbIX cpedcmes, KOHMPOsis
Kadecmea riekapCmeeHHbIX cpedcmea rpu Hanu4uu paspeweHust yrnorHOMOYEHHO20
edeparibHO20 opaaHa UcrosiIHUmersribHoU ernacmu Ha 8803 KOHKpemHou napmuu
JleKapcmeeHHbIX cpedcms;

op2aHu3ayuu ornmoeoli mop20esiu 1eKkapcmeeHHbIMU cpedcmeamu;

Hay4Ho-uccriedoeameribCKue opaaHu3layuu, obpazosamersibHble op2aHu3ayuu 8bICleao
obpas3oeaHus, rpouseodumeru yiekapcmeeHHbIX cpedcme Orisi pa3pabomku,
uccriedogaHuu, KoHMporis 6esonacHocmu, kKadecmea, 3¢hgbeKmu8HOCMU JieKapCmMeeHHbIX
cpedcma rpu Haau4uu pa3peuweHus yrnoriHoMo4YeHHo20 hedeparibHo20 opa2aHa
UcroTHUmersribHou ernacmu;

MeOUUUHCKUE opaaHu3auuu, UHble yKa3aHHble 8 nyHkmax 1 - 4 Hacmosuwel cmambu
op2aHu3sauyuu Ors okasaHus MeOUUUHCKOU MOMOWU 10 XU3HEHHbIM MoKa3aHUsIM
KOHKPEemHOo20 nauyueHma rpu Hajauyuu paspeweHus yrosiHOMOYeHHo20 ¢hedeparibHO20
opaaHa

Takeda Pharmaceuticals International



3akoHoaaTenobcTBo P®: 3aaBneHne Ha BBO3 rnpenapara PTIO

[lpaBuna BBO3a NEKAPCTBEHHbLIX CPeACcTB AN MEQULMHCKOrO NPUMEHEHNS Ha
Tepputoputo Poccumnckon ®egepaunm (ogobpeHo NoctaHOBNEHNEM
[MpaButenbctBa P® o1 29 ceHTabpa 2010 r. Ne 771 “):

1.

3asieneHue ¢ ykaszaHuem: oriucaHue ripernapama (HauMeHosaHue
JleKkapcmeeHHO020 rnpenapama, 003bl, KOHUeHmpauuu, ghacoska),
HauMeHo8aHUs opaaHu3auuu - rnpou3eooumerisi JieKapcmeeHH020
npenapama, cmpatbl rpouseodcmea rieKkapcmeeHHOo20 rnpenapama
(nepegopmyrnuposaHo)

ObocHoeaHuUe Koru4yecmea 8803UMbIX JileKkapCmeeHHbIX riperiapamos <...>

. 3aKrnyeHue KoHcunuyma epadel chedepasribHO20 y4HpexX0eHUs unu

yypexxoeHus Poccutickou akademMuu MeOUUUHCKUX HayK, <...> r1oornucaHHoe
a2/1a8HbIM 8paqyoM (OupeKmopom) <...> 0 HasHa4deHuu nauyueHmy
He3apeaucmpupo8aHHO20 fieKkapCmeeHHOo20 rpernapama Osis oka3aHus eMy
MeOUuUUHCKOU MomMouwiu o XKU3HEeHHbIM noKa3aHusm <...>

obpalweHue yrnoriHoOMO4YeHHO20 opaaHa UcrosiHUmersribHouU enacmu
cybbekma Poccutickotu ®edepauyuu <...> C npurioxeHUem Kornuu
3aK/IYeHUS KOHcunuyma epadeu y4ypexoeHusi cybbekma PocculcKkou
®edepayuu

. Konusi nacrnopma urnu ceudemeribcmea 0 poXxXo0eHuu nayueHma <...>

Takeda Pharmaceuticals International



3akoHoaaTtenbcTBo EBPA3IC

* [NpunoxeHue N 21 k PeweHuto Konnernn Espasunckou
9KoOHOMUYeckoun komuceum ot 21 anpensa 2015 . N 30

11. 3aknoyeHue (paspewumeribHbIU OOKyMeHmM) eblidaemcs
ropuduUYECKUM 1uuam, husudecKum uyam, 3apeaucmpuposaHHbIM 8
Kadyecmee UHOusudyaribHbIX NpednpuHuUMamersieu, a makxe 8
crly4asix, rnpedycMompeHHbIX 3aKoHodamesibCmaeoM 2ocydapcmea-
yrieHa, UHOCMpaHHbIM opa2aHu3ayusam — rnpou3eooumersiv
JIeKapCmMeeHHbIX cpedcme 8 fuue yrosTHOMOYEHHbIX
npedcmaesumerniscmea (¢burnuasnos) usnu ux 0o8epeHHbIX nuy, (danee —
3aseumeriu) 8 criedyrowux criy4vasix.

<...>
8) 8803 He3apeaucmpupPOB8aHHbIX J1eKapCmeeHHbIx cpedcms,
rnpedHasHa4yeHHbIX 07151 okazaHUs MeOUUUHCKOU rnomMouwiu ro
)KU3BHEHHbIM MOKa3aHUSIM KOHKPEMHO20 nayueHma nubo
oKa3aHUusi MeOUUUHCKOU NnomMouwu o2paHu4eHHOMY KOHMUH2eHmy
nayueHmos ¢ pedkou u (unu) ocobo msxxernou rnamosioaueu;

Takeda Pharmaceuticals International



Mporpammbl IHAMBUAYanNbHbIX 3anpocoB NaLMEHTOB

B Poccum

» OHkonorus
= Adcetris (bpeHTykcnmab BegoTtuH), Hodgkin's lymphoma (2012-2014)
= Ninlaro (Ixazomib), Multiple myeloma — early access program (2016-2019)

* Alunbrig (Brigatinib), NSCLC — early access program (2018-ongoing)

» [acTpoaHTeponorus

» Teduglutide (Short bowel syndrome) — early access program (ongoing)

> Peakue 3aboneBaHus
« Elaprase (ldursulfase), Hunter syndrome
 Replagal (Agalsidase alfa) Fabry disease

VPRIV (Velaglucerase alfa) Gaucher disease

Takeda Pharmaceuticals International
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[Mporpammbl NOMOLLM NaLMeHTam G
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