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Opportunity to create a
National Plan to address Rare Diseases?

* Russia does not have Orphan Drug
egislation or Rare Disease policy (yet)

* Is now the time to consider developing
egislation and a National Plan for Rare
Diseases for Russia

* The patient groups are the experts in this
field — they know what Is needed




KakoBbl BO3MOXXHOCTU ONA cO3aaHUS
HaunoHanbHOro nnaHa no pegkum
3abonesaHNaAmM?

* B Poccuun oTcyTCTBYET 3aKOHOO4ATENLCTBO UMK
NoNMTMKa rno peakum donesHsm (noka)

 BO3MOXXHO MMEHHO cenyac CTOUT PpacCMOTPETb
BO3MOXXHOCTb Pa3BUTUA 3aKOHOAATENbCTBA U
HaunoHanbHOro nnaHa no peakum 3aboneBaHUaM
B Poccun.

* [launeHTCcKMe accounaunm ABnA0TCA dKCnepTamMmu
B AaHHOM 0OnacTu 1 3HatoT, YTO AEUCTBUTESbHO
Heobxoamnmo.



Opportunity to create a
National Plan to address Rare Diseases?

* You are the experts: and there is a
“window of opportunity”

* You can draw on experience from the

USA (since 1983) and the EU (since
1999-2000)

* Many countries are building legislation

* Many countries in the European Union
and elsewhere in the world are building
Rare Disease plans



KakoBbl BO3MOXXHOCTU AN co3aaHung
HaumoHanbHOro nyaHa B OTHOLLEHUN

peakux bonesHen?

Bbl iBNsieTecb aKkcnepTtamu. 1 3TO OTKPbIBAET
“OKHO BO3MOXHOCTEn”

Bbl moxeTe 3anmctBoBaTbh onbIT Yy CLLUA (c
1983 roga) n EBpocotosa (¢ 1999-2000 rr.)

MHorme cTpaHbl co3aatoT 3aKOHOAATENbCTBO

MHorue ctpaHbl B EBpOCOI03e 1 No BCEMY CBETY
CO30atoT nnaHbl Mo peakum 6one3HAM



What are Rare Diseases?

More than 7,000 rare diseases identified

Chronic, dehabillitating ilinesses that usually
result in death

80% have genetic origins

Symptoms appear at birth, childhood, or
adulthood



UTo Takoe pegkne 60ne3Hn?

NoenTundpunumpoBaHo bonee 7,000 pegknx
bone3Hen

XpoHun4yeckne, nHeanunansvpyroLime 6onesHu,
Kak NnpaBuno, NpuUBoOAsLLINE K CMEPTU

80% MmeloT reHeTu4ecKkne NPUYmHLI

CMNTOMBbI NPOSABASAIT NPU POXOEHUN, B
NEeTCTBE U Yy B3POCHbIX



Why do

Rare Diseases need special attention?

The diseases are difficult to identify & diagnose,
because of small numbers of individual patients

There is a lack of public awareness

Rarity increases the complexity of clinical
development & means high costs to develop the
treatments

There Is often limited interest by industry in Research
& Development for rare disease treatments, because
of few patients

If treatments do exist, it Is often difficult for patients to
get access to them

=» Many governments have taken action to address

these challenges



[Mouyemy
peakue 3adboneBaHus TpedbyrOT 0cOO0ro BHUMaHUA?

« TpyaHoCcTM B aeHTUMPUKaUMKM & AMarHOCTUKE AaHHbIX
3aboneBaHnn n3-3a HeEOONbLLLOro Ymcna NnaumneHToB

« HepoctaToyHas ocBegoOMMNEeHHOCTb O6LLIEeCTBEHHOCTH

« PepakocTb 3aboneBaHns yBENUUYNBAET CNOXHOCTb KIMUHUYECKNX
pa3paboToK, BbliCOKasi CTOMMOCTb pa3paboTok cxem nevyeHus

« BBuay HebonbLIOro Yyncra nauneHToB, 00NbLLINHCTBO
doapmaueBTUYECKMX KOMMAHUN NPOSABASAIOT OrpaHUYEeHHbIN
NHTEpPEC K pa3paboTke npenapaTtoB N UCCNEOOBAHNIO CXEM
ne4vyeHust peagknx saboneBaHum

 Jlaxe B Cltydae HaJliminda n3BeCcTtHoro Jyie4eHnd, nauneHTam
3a4acCTYyHO CJ10KHO €ro noJiyunTb

=» [1paBuTENLCTBA MHOTMX CTPaH NpeanpuHUMatoT AeNcTBusa ans
pPeLUeHnst 3TUX CNOXHbIX 3a4au



Examples of Orphan Drug Policies

Innovation-focused

Australia
European Union
Japan
Korea
Taiwan
United States

Original government
policies to stimulate
development of orphan
drugs.

Mainly in developed
countries.

/ Access/Reimbursement-focused

Developed Markets Developing Markets

Australia Argentina
Canada Brazil
EU Bulgaria
Japan Chile
Taiwan Colombia

\ United States Serbia

“Next generation” of
government policies to

~

ensure patient access to

and reimbursement for
available treatments.

In both developed and
developing countries.

/




[Tpumepbl BbibOpa NONIMTUKUA B OTHOLLEHUN
CUPOTCKUX NEKAPCTBEHHbIX CPeACTB

doKyc Ha MHHOBaUuUu

ABcTpanus
EBponenckuin coros
AnoHus
Kopes
TansaHb
CWA

MecCTHbIe NONMUTUKKN

npaBUTESIbCTB C LUEeJibo

CTUMYIINPOBaAHNA

pa3paboTKn CUPOTCKNX/
opdpaHHbIX NeKk.cpencTB.

[(naBHbIM 06pa3om B
pa3BUTbIX CTPaHax.

b

PoKyC Ha
OOCTYNHOCTU /| KOMNeHcauuu

Passumbie pbIHKU Passusarowuecsi

\

“Cneaytowee
MOKorneHmne” NoNnTUK

~

DbIHKU NnpaBuUTEJIbCTB B
AscTpanis ApreHTiHa obecneYvyeHun rapaHTum
AOCTYINMHOCTU JTIe4EeHNA U
Kanaga Bpasunus obecneyvyeHue nevyeHnem
. L .  Kak B pa3BuThbIX, TaK U B
Bp‘;';f’ogc"”"' onrapus Pa3BMBAIOLLMXCS
cTpaHax.
AnoHus Yunu
TanBaHb Konymbus
CLLUA Cepbusa

W,




The EU’s Orphan Regulation (No.
141/2000) was created in 1999-2000

Criteria — which diseases can benefit? Prevalence +
severity of the disease + no satisfactory existing treatment

-
Safety & efficacy rules
— rare disease patients still deserve high quality drugs!

N

/ . . .

Single EU-wide Marketing Authorisation
to facilitate uniform access to patients in all EU countries

-

BUT also calls on EU Member States to design

programmes to ensure patients get access to care!



HopmaTusHbIn AKT EBponenckoro coobulecrtsa B
OTHOLLUEHNU CUPOTCKUX nekapcTBeHHbIX cpeacTnB (No.
141/2000), nogrotoBneHHbI B1999-2000

Kputepun — 3atpaTbl Ha neyeHne Kakmx 3aboneBaHnn MOryT ObITb

KOMMNEHCUPOBaHbI?
YacTtoTa BCTpe4YyaeMoCcTn + TaxecTb 3aboneBaHna + OTcyTCTBVIe npuemMrieMblX CXem Jie4eHund

f [MpaBuna 6e3onacHoCcTN & 3PHEKTUBHOCTH
— naumeHTbl ¢ peakummn 3aboneBaHnsasMN JOCTOMHbI JIEKAPCTB BbICOKOIO
S KayecTBa!
e
EonHaga peructpauns B EC obrerdyaer NnoCTOAHHYIO OOCTYMNHOCTb
NeKapCcTBEHHbIX CPeacTB AN nauneHToB BO Bcex cTpaHax EC
\

HO uneHam EBponenckoro coobwectBa HeOOXoAUMO TaKXe co3aaTb

cneuunanbHble NporpaMmbl, YTOObI o6ecnevynTb NaumeHTam
HeoOxo4MMyH0 NOMOLUb!




The legislation works —there are now many
new drugs for previously untreatable rare diseases

Cumulative number of orphan medicines with EU Positive Opinion
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3aKoHoOaTesribCTBO padboTaeT — B HACTOALLMUN MOMEHT
CyLecTBYeT MHOXEeCTBO HOBbIX JIEKapCTB AJ1f1 NeYeHus
HensrieuynmbIiX B NPOLUSIOM peakux 3aborneBaHumn

Ob6uiee YMcno CUPOTCKNX NEKapCTBEHHbIX CPeaCcTB, Nony4nsLLnx ogobpexne B EC
80

70 —
60 —
50 —
teatrganina.narod.ru
40 —
30 —

20 —

MopobHbie
1Ocmp TCKKIM —




But drugs are only one part of It

* Rare Disease patients need access to all
aspects of care!
— Diagnosis
— Treatment
— Social care
— Expertise

* And, moreover, 10 years after the EU
legislation was created, even where drugs
exist, EU Patients were not getting access to
them



Ho neKkapcrtea Jinlib TOJ1IbKO OAHA YaCTb BOIPOCaA...

» [laumeHTam c peakummn 3aboneBaHUAMMN OOIMKEH ObITb
obecreyeH OOoCTyn KO BCEM acnektam nomMoLu!

— INnarHocTtuka

— JleyeHne

— CoumanbHasg noMoLlb
— QKcrnepTmaa

 Ho, BMecTe c TeM, cnycta 10 neT nocne NpuHATUS
COOTBETCTBYIOLLEro 3aKkoHoAaTesibcTBa B EBponenckon
coobulecTBe, Aaxe nNpu Hanuymu nekapcTs, nauneHTol B EC
He noslydanu gocTtyna

K HAM



November 2008 + June 2009

* European Commission Communication on
Rare Diseases — November 2008

— To set out a strategy to support EU Member
States In ensuring effective and efficient
recognition, prevention, diagnosis, treatment,
care and research for rare diseases in Europe

* EU Council Recommendation on action in the
fleld of Rare Diseases — June 2009

— Member States commit to establish national
strategies or plans for Rare Diseases



Hos6pb 2008 + ioHb 2009

» CoBewaHne EBponenckon Komuccum no
peakum 3aboneBaHmsam — Hoabpb 2008

— PaspaboTaTb cTpaternto nogaepxku ctpan EC no
obecnevyeHunto aPdPeKTUBHOIO U JEUCTBEHHOTIO
BbISIBNEHUA, NpodUNakTUKA, ANArHOCTUKN, NeYeHuns,

BHMMaHUS N UCcneagoBaHUa peakux sabonesaHum B
EBpone

 PekxomeHpoauunn coseta EC no gencremam B

cdepe peakux sabonesaHum — NtoHb 2009

— CtpaHbl EC 0b6sa3ytoTcsa paspabdboTtaTtb HauuoHanbHble
cTpaTernm Unu NPoekKTbl Mo peaknm 3adborieBaHNAM



mmuniczation

COUNCIL OF
THE EUROPEAN UNION

Council Recommendation on
action in the field of rare diseases

2947th EMPLOYMENT, SOCIAL POLICY, HEALTH AND
CONSUMER AFFAIRS Council meeting

Luxembourg, 9 June 2009
"THE COUNCIL OF THE EUROPEAN UNION,

Having regard to the Treaty establishing the European Community, and i particular the
second subparagraph of Article 152(4) thereof

Having regard to the proposal fom the Commission.

Having regard to the opinion of the European Parliament',

Having regard to the opmion of the Exropean Economic and Social Committee®,

Whereas:

1) Rare diseases are a threat to the health of EU citizens msofar as they are life-threatenms or
chromcally debilitating diseases with a low prevalence and a high level of complexity.

Despite their ranty, there are so many different types of rare diseases that milbons of
people are affectad.

. COMMISSION OF THE EUROPEAN COMMUNITIES
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Brussels, 11.11.2008
COM(2008) 679 final

COMMUNICATION FROM THE COMMISSION TO THE EUROPEAN
PARLIAMENT, THE COUNCIL, THE EUROPEAN ECONOMIC AND SOCIAL
COMMITTEE AND THE COMMITTEE OF THE REGIONS

on Rare Diseases: Europe's challenges

{SEC(2008)2713}
{SEC(2008)2712}
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National Plans for
Rare Diseases In the EU Countries

 These National Plans should ensure that rare
disease patients have access to high-quality
care, including diagnostics, treatments, quality of
life, and effective orphan drugs

« Define a limited number of priority actions

within their plans or strategies, with
objectives and follow-up mechanisms
* EU countries should aim to ensure the long-term

sustainability of rare disease infrastructure
through appropriate funding mechanisms.



HaunoHanbHble [1naHbl No peaknm

3aboneBaHnaM B cTpaHax EC

HauwnoHanbHble [naHbl A0MKHbI rapaHTUPOBaTh
nauneHTam c peakmmun 3aboneBaHUSAMM OOCTYNM K
BbICOKOKa4YeCTBEHHOM NOMOLLMN, BKIHOYas
OWAarHOCTUKY, NeYeHmne, Ka4eCcTBO XKN3HU U
OOCTYMHOCTb 3pPEKTUBHbLIX NpenapaToB Ans
ne4vyeHnsa peaknx saboneBaHuN.

OnpenensatoT onpederieHHyto
nocnenoBaTefibHOCTb NPUOPUTETHBLIX AENCTBUN B
pamMKax HauMOHanbHOro NpoekTa Unun ctpaTternmn
C onpeaeneHHbIMU LUenaMmm 1 KOHTPOMMPYHOLWUMN
MexaHu3IMamm

CtpaHbl EC OomkHbI rapaHTUpoBaTh
OOJTTOCPOYHOE COXPaHEHMNE UHMPPACTPYKTYPbI MO
peakum 3aboneBaHnAM C NOMOLLbIO
onpeneneHHbiX dUHAHCOBbLIX MEXaHN3MOB.



Each country decides what they need — and
they share the information on what they are doing

Multi-stakeholder conferences — with patients Sweden
governments, scientists, industry...to decide 11 Nov 2010

UK Denmark
16 Nov 2010 Late Nov 2010 (Poland)

Ireland Hungary
Oct 2010 (Belgium)  Netherlands 18-19 Oct 2010
Autumn 2010 _
Romania
Luxembourg

/ June / July 2010
Germany .
Bulgaria
France - EUROPLAN 13-14 Oct 2010 28-30 May 2010
TEMPLATE / IDEAL _
NATIONAL PLANS Croatia
/ \ '\18-20 Sept 2010
- Iltaly Greece
=paln 5-6 Nov 2010 26-27 Nov 2010

21 May 2010



Ka)xgasi cTpaHa pellaeT 4To Heobxoanmo — 1 0OMeHMBaETCS
NHdopMaUnen o npeanpuHUMaeMbiX 4eNCTBUAX

KOH(*)epeHLI,VIM 3anHTepeCOBaHHbIX CTOPOH —

NnauneHToB, NPaBUTESNbCTBA, YYEHDIX, LBeuun
npencraBuTenien NPOMbILLIEHHOCTH. .. ANA pPeLleHns 11 Hosi6pa 2010
BenukobputaHus OaHus
16 Hos6ps 2010 Konew, Hosi6ps 2010 (lMonbLua)

Upnangus BeHrpus

OkT56pbL 2010 (Benbrusi)  Hupepnangpi 18-19 OkTsi6ps 2010
OceHb 2010
PyMbiHUSA
J'I+0K06M6ypr NoHb / Monb 2010

lepmating Bonrapus
dpaHuys ~ “EBPOINIAH”

13-14 OkTtabpsi 2010 28.30 Mas 2010
\WUABAOH / UOEANBHBIE . —

HALIMIOHANBHbLIE MPOEKTHI XopBaTusi
/ \ ‘\18—20 CeHTabpsa 2010
UTanus
UcnaHua Ipeunsn
1 Masi 5-6 Hosibps 2010 26-27 Hosibpsi 2010

2010



What could be important
elements in building a National Plan?

« Develop effective early diagnosis & screening programmes
« Establish “centers of excellence” for rare diseases
« Support for patient organisations

« Create incentives for the production or importation of orphan
drugs

« Establish orphan-drug specific rules around clinical trials

« Establish a national fund to support research and

development into new research on rare diseases at the
federal and state levels

* Provide a defined period of market exclusivity for new
orphan drugs

=» Each country has its own needs and systems! But there
are some things we can share!



UTO MOXeT ObITb Hanbornee BaXHO Npw
co3naHun HaumnoHanbHOro nnaHa?

« PaspaboTtka addpeKkTMBHON NMporpaMmmMbl CKPUHMUHIA N paHHEN
ONarHOCTUKU

* OcHoBaHue «CrneunanmuanpoBaHHbIX MEONLIMHCKUX LLIEHTPOB MO peaKknum
oones3Ham

« [loooepka naunMeHTCKMX opraHu3aumm

« Co3gaHne mexaHusama CTUMYNMPOBaHUS NPOU3BOACTBA BaXKHbIX
CUPOTCKMX NpenapaToB

« BHeapeHue ocobbix npaBus NPoBeAEHUSA KNMUMHUYECKNX nCcneaoBaHnm
Ona opaHHbIX NpenapaTtos

« Co3agaHune HaunoHanbHoro doHaa Ans NogaepXXku nccnegoBaHnin B
obractn peakmnx 3abosieBaHMM Ha rocydapCTBEHHOM YPOBHE

« [lpepgocTaBneHne aKCKMIO3MBHbIX MpaB Ha MapKETUHT HOBbIX CUPOTCKNX
npenapaToB Ha OonpeaeneHHbI Nepnoa BpeMEHU

= Kaxxgas cTpaHa MMeeT CBOK CUCTEMY NleKapCTBEHHOro obecneyeHuns u
cBou ocobeHHocTU. OgHaKko CywecTBYOT obume npuHUMnbl, KOTOPbIMU
Mbl MOXXEM NOAENNTLCS
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One key starting point:
A Multi-Stakeholder Advisory Committee

All stakeholders involved to ensure that
decisions are well-informed — patients
representatives are very important members, but
they also include all other stakeholders: treating
physicians, payers, academia and industry

They can bring expertise together in one place.
Rare disease expertise Is scattered and the specific
nature of rare diseases creates specific iIssues

They can ensure that government decisions and
recommendations reflect national / societal
wishes — because they include all stakeholders

They can provide continuity & act as a
repository of information / expertise



OOnH OYEeHb Ba)XXHbIN 3N1IEMEHT
CocTaB KOHCYNbTaUMOHHOIO coBeTa

PeweHna ocHoBaHbl Ha 4OCTaTOYHOM
MHPOPMUPOBAHHOCTU: NALMEHTbI O4YEHb BaXXHbl, HO BaXXHO
TakKXe BKMIOYUTb B COCTaB KOMUTETA Nevallnx Bpadven,
nogen, oteevatoLwmx 3a pmHaHcupoBaHue, npeacraBuTenen
doapmaLieBTUYECKOU OTpacnu

OnbIT cneunanucToB U3 pa3HbiX obrnacrten. Peakue
3aboneBaHUa OENCTBUTENBHO pPeaKn U UMEKOT CBOU
0CODEHHOCTH

OHM rapaHTUpPYHOT, YTO rocyAapCTBEHHbIE pPeLueHUus U
pekoMeHpauuMm oTpaxaroT HauuoHarnbHble /
coumnanbHble MOJSIMTUKU rocyaapcTBa — MOCKOSIbKY OHU
BKItoYatloT B cebs Bce 3anHTepecoBaHHbIe CTOPOHbI

OHM MoryT ob6ecneynTb HENPEepPbIBHOCTbL U BbICTYNaTb B
KayecTBe MHpOpPMaLMOHHOro pecypca



An example: The Netherlands
Steering Committee on Orphan Drugs

 What Is the Steering Committee?

— Independent organisation: 10 members, 1 observer,
secretariat based in research organisation

— Members: representatives of patient umbrella
organisations, pharmaceutical trade associations,
physicians and a hospital pharmacist, scientists,
representative of the Dutch Medicine Evaluation Board
and a representative of the Dutch health insurances board

— Established in 2001

« Why does the Netherlands need a Steering
Committee?

* to improve the situation of patients with a rare disease, to
Improve information on rare diseases



[Tpumep: HuaepnaHabl
HabnogaTenbHbi COBET NO peaKknum

3aboneBaHNaM
Y10 Takoe HabnwaaTenbHbIK KOMUTET?
— HesaBucumas opranmsauusa: 10 uneHos, 1 HabnogaTens,
ceKkpeTapuarT B UccrieqoBaTenbCKoOM opraHm3aumnm

— YneHbl KOMUTETA: NpeacTaBUTENN NALUEHTCKOW
30HTUYHOWU OpraHmn3auumn, npeacrtaBnuTenu
dbapMaueBTUYECKMX accoumnaLl i, Bpavm U npoBn3opb!
bonbHUL, Y4EHbIE, NPpeacTaBUTENN HAaLUUOHaNbLHOro

MEeOMLIMHCKOro KOMUTETA U HaUMOHAaIbHbIX CTPaxoBbIX
KOMMNaHn

— OcHoBaH B 2001 rogy

* Moyemy cTpaHe HeobxoaMm HabnaaTeNbHbIN
KOoMUTeT?
— yJ'Iy‘-IIJJI/ITb CntTyauuio C sfiedieHmem nauneHToBs C peakKnMmu

3aboneBaHNsaMM, yIydLWnUTb CUTYaUnto ¢ MHopMaumeun o
peaknx 3aboneBaHnNaX



The Netherlands
Steering Committee on Orphan Drugs

 What does the Steering Committee do?

— Collects information on rare diseases and orphan drugs in
The Netherlands and is an information centre

— Develops new research programmes on rare diseases and
give more publicity to the European funding programmes

— Improves voluntary registration of patients with a rare
disease.

— Investigates existing diagnosis and treatment of rare
diseases In The Netherlands and abroad and encourages
best practice

— Improves procedures to get a non-registered drug available
for a rare disease.

— Encourages debate on orphan drugs to improve the
diagnosis and treatment of rare diseases
* Multi-stakeholder groups are also established
In Belgium, Bulgaria, Netherlands, Portugal



EPPOSI — another multi-stakeholder group

« Patients, Science and Industry

* Annual Rare Disease Workshop, bringing
together all stakeholders to discuss

challenges / developments around rare
diseases:

10™ EPPOS| WORKSHOP ON PARTNERING FOR RARE DISEASE THERAPY DEVELOPMENT

10 years after the Adoption of the EU Orphan Medicines Regulation:
Where do we go to?

Belgian Federal Parliament - Brussels, Belgium

Monday 26- Tuesday 27 October 2009



EPPOSI
O4Ha U3 BaXHEULLMNX paboymx rpymnn

« OObeanHsaEeT NauneHToB, NPeacTaBUTENEN HAYKN U
dbapmaLeBTU4EeCKOU UHOYCTPUMK

* [lpoBoguT exerogHble 00bEANHEHHbIE paboyne BCTpeUH,
NOCBSILLEHHbIE ODCYXXOEHUIO HOBbLIX TEXHOMNOMMN U
pa3paboTok B obnactu peakmux 6onesHeun:

10™ EPPOS| WORKSHOP ON PARTNERING FOR RARE DISEASE THERAPY DEVELOPMENT

10 years after the Adoption of the EU Orphan Medicines Regulation:
Where do we go to?

Belgian Federal Parliament - Brussels, Belgium

Monday 26- Tuesday 27 October 2009



How did we get there?

« Cooperation: vital that all stakeholders work
together - patients’ organisations, academia,
iIndustry, governments / authorities, payers

« Governments are looking for support to
enable them to deliver high-quality healthcare
to their citizens

* If stakeholders can present a united front,
governments are willing to engage and
consider proposals



Kak Mbl 3TOro 40CTUNN?

« Koonepauusa: XM3HEHHO BaXXHbIM ABMETCSH TECHOE
COTPYOHNYECTBO BCEX 3aMHTEpPECOBaAHHbIX CTOPOH —
NaLuNeHTCKUX opraHn3auunn, y4eHsbix,
npegcraBmTenen dapmauleBTUYECKON MHOYCTPUN,
MWHUCTEPCTB U NpaBUTENbCTBA

« [MpaBuTENBLCTBA 3aMHTEPECOBAHbLI B NOAAEPKKE,
MHULMATUB, NO3BONSAOLWMX NPegoCTaBUTb
HaceneHMo BbICOKOKaYE€CTBEHHY0 MEAULIMHCKYIO
NMOMOLLb

» Korga Bce 3anHTepecoBaHHble YYaCTHUKM
BbICTYNakT e4AnHOW rpynnou, Torga npaBUTENLCTBO
O0ObI4YHO roTOBO OOCYXaaTb NPeasioXeHUs
noggepxueatb MHULMATUBY



Conclusions

“1-size does not fit everyone” — each national plan

must be tallored to the country

— What do the patients need?

— How Is the healthcare system structured?

— Need to know: what is the best mechanism for each
country?

BUT! There are many good examples that we can

“borrow” and learn from

— “Big” countries and “small” countries

— “Rich” countries and “poor” countries

We can all help each other by sharing that
experience and information



3aknoyeHumne

“OOuH pasmep He NoaxXoauT KaxOoMy  — KaXKabIu

HaLMOHanNbHbIX NNaH JOoMmKeH ObITb aganTUpoBaH

K OCODEHHOCTAM KaXX[oW CTpaHbl

— B 4yeM HyXOgaeTcqa naymeHT?

— KakoBa CTpyKTypa CUCTEMbI 3paBOOXPaAHEHNA?

— BaXXHO 3HaTb: KAKOW MEXaHN3M SABMSIETCS HAUy4LLUM
0N KaXXQou cTpaHbl?

Ho! CyuiectByeT MHOMo XopoLunx npumMmepos,

KOTOpble MOXHO “no3anMcTBOBaThb’

— “bonblune” CcTpaHbl U “Manbie” CTpaHbl

— “boraTble” cTpaHbl N “0egHble”cTpaHbI

[TogenuBLUMCL 3TUM ONbITOM N NHAOPMaLMEN
Bce Mbl MOXXeM NOMOYb ApPYr APYry.



Conclusions (2)

To be successful, what Is needed?

1. Political will: the government and society
must be willing to take action for rare
diseases

— It looks like the moment has arrived in Russia
2. Consensus-building

3. Concrete, constructive and sustainable
recommendations

 We can all help each other by sharing that
experience and information



BoiBoabl (2)

UTO HY)XHO Anga ycnexa?

1. Tlonutnyeckas Bons: NpPaBUTESIbCTBO U

0o0OLLEeCTBO OO/MKHbI 3aX0TETh NPUHUMATb MEpPHbI
B OTHOLLUEHUN peaKkux 6onesHen

— Bwnaumo B Poccum Kak pas HacTtan 3TOT MOMEHT
2. YMeHue OocTturatb KOHCeHcyca

3. KOHKpeTHble, KOHCTPYKTMBHbIE U paLVOHarbHbIE
pekomeHgaumm

« Bce Mbl MOXXEM nOMOYb apyr Apyry,
NoAeNMBLLUNCH 3TUM OMNbITOM N MHdOPMaLMEN



Why will
a National Plan be a good thing?

Commitment from government to patients

Where National Plans exist, quicker and
better access to treatment

Step-by-step approach for governments to
iImprove the lives of patients

Easier to work together across the country, as
all have the same goal

It IS Important to gather together the rare
expertise In the field of rare diseases



What benefits can National Plans /
Rare Disease Policy Programmes bring?

Innovation: Advances technology to discover new
pathways for the treatment of rare diseases — and may
bring knowledge to more common diseases, too...

Health Equality: Addresses the right of patients to be
treated for their illness whether their iliness is common or
rare

Access: Allows patients who are facing chronic or life-
threatening rare diseases to access safe and effective
medical therapies and funding mechanisms to afford them

Certainty: Creates a legal environment for patients to
maintain access to life-saving therapies on an ongoing
basis

Economic Growth: Generates investment in
Infrastructure, research & development, which allows
biotechnology to revolutionise the identification, diagnosis,
and treatment of rare diseases



It may be difficult
but it is important to do it...

* Every patient deserves focus on and treatment for
their conditions

* There are tremendous economic and social
benefits to society to treat these patients ... and
significant costs (not just money!) associated with
not doing anything at all

Therefore, we must ensure that we address
the unmet medical needs of patients and the
particular challenges faced by rare disease
patients



ITO MOXET 0Ka3aTbCS CIOXHbIM,
HO Ba)XHO dTO caenaTb...

« KaxObl naumMeHT 3acnyXxvBaeT BHUMaAHNA U
nevyeHns B COOBECTBYIOLLNX YCINOBUSX

* JTO OrpoMHas 3KOHOMMYECKada U coLmarbHas
Bbiroga ang odwecTsa - Ne4YnTb Takmx NaumeHToB
... @ TaKkxe cyulecTtBeHHas LeHa (He B AEHEXHOM
9KBMBArieHTe!) aTo nyywe, 4Yem BOOOLLE HMUYETO
He aenaTb

[TloamoMy MbI OOJIKHBLI y6edumbcsi, YmMo
obpawaeMcsi K nayueHmam ¢ peodKumMu
6o0s1e3HsIMU, Hey008J/1eMB8OPEHHbIMU
MeOUUUHCKUMU nompebHocsiMu U ocobbiMu
npobremamu



Conclusion

Stakeholders in Orphan Drug Legislation

Patient
Associations

Healthcare
System

Orphan Drug

Biotech/
Pharma
Industry

Economy
The patient population may be few, but the lives impacted are many,
and we all are part of creating the solution.



3aknoyeHumne

CbaKTOpr, OKa3bliBawuwiue BIiinssHMe Ha
3aKkoHoAaTenbCTBO O PeAKUX rieKapcrBax

Accouunauum
naLueHToB

Cuctema

Akagemus
3ApaBoOXpaHeHNs

JlekapcTtBa-cnpoThI

paXkgaHckoe
obLecTBo

KonnyecTBo nauneHToB MOXET ObITb MarbiM, HO lives impacted are
many, W1 BCe Mbl y4acTBYEM B NOUCKE PELLEHUS.



* Thank you for this wonderful opportunity
to join you today!

* We are committed to working together
with all the stakeholders to get the best
outcomes for the patients here in Russia

* | hope that this presentation was
interesting and useful and, again...



« Cnacnbo 3a npekpacHyto BO3MOXXHOCTb
npucoeanHNTbLCA K BaM cerogHs!

* Mbl pelwinnmn Ha4aTb COBMECTHYIO paboTy
C BblLLENEPEYNCTIEHHBIMMU
opraHmsaunamm, 4YTodbl NONYYNTb
nydwine pesynbtaTthl ANA nauneHToB
3necb B Poccum

 Hapetrocb, 4TO 3Ta npeseHTauuns bbina
MHTEPECHOU U NONE3HOWN, U CHOBA...



THANK YOU!
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Wills Hughes-Wilson
wills.hughes-wilson@genzyme.com
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