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Overview

= Orphan Drug Policy: Today

= Retelling the story: Patient, Product & Policy
= Access equation

= QOrphan Drug Policies: Tomorrow

= Role for collaboration



Our Commitment to Patients

Developing life-saving therapies carries with it the responsibility to increase
access to health care for patients around the world

Sponsoring programs to ensure Promoting access by working with

that patients around the world physicians and governments in
have access to the treatments developing countries to build
they need. sustainable health care systems.



Genzyme Supports Treatment of
Patients in ~90 countries No presence

® Direct




Countries with Orphan Drug
Policies are Few Partial

® Formal
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Orphan Drug Policy: Measures of Success

= >325 Orphan Products
80 71— | 1 _ | approved since 1983 in US

0+ = >45 Orphan Products
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Biotechnology offers solutions to Rare Diseases
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Growth in Biologic Orphan Products
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Patient’s Story

Patricia Hand Helen Walker




Product’s Story

Hurtuaring the bioreactor
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Policy’s Story

EDAHAMe Pags | Search EOM Sta| EO8A-Z Inder] Contact FOA

The Orphan Drug Act (as amended)
CONGRESSIONAL FINDINGS FOR THE ORPHAN DRUG ACT

The Congress finds that-—

(1) thars are many dissases and eonditions, such as Hurtington's dessase, myselanis, ALS (Lau Gohrig's dis Taisrette syndroms,
and muscular dyslaphy which aflect such small numbers of mdmduals ressding n the Unded Stales thal the dseases and condibens e
comgiderad rare in ke United States;

(2) adequate drugs for many of such diseases and condiions have nol been diveloped,

(3) drugs for thes & an condin

s ane cammonly teferred 10 as “orphan drugs”,

{#) hecause o faw indiduals ate afectad by any ane e diseass ar condiion, a phamacsutical company which develops an crphan drig
may reasonably vapect the drug 10 generate relathely small 5a4g in comparnison to the cost of developing the drug and consegquently to
incur  financeal lass

on 1o bt that somi promising orphan drugs will mot be dewiloped unless changis are made in the applicable Federal
cusls of develoging such drugs and 1o promde brancis] incentvas lo develip such dugs, and

) it 7 in the pubtc it

0 previde such changes and ncent

s far the duvelopment of arphin G
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Access Equation is Two-Fold

Clinical Regulatory
P R&D Development Approval
; | \ I T O Fromm* I I
concept approval
Delivery
Treatment System
Funding HTa Guidelines Outcomes PMC

Price Payment Info to Pts Compassionate

Coverage
g Use

Patient

Licensed Product




Considerations for Tomorrow’s Orphan Drug Policies
#1) “Correlation Creep”

Country
Legislation

l High Cost
v
Orphan Drug Ray{sease G% W %

Science Innovation Technology

Rare/Dr(ease Ge )a( @vec/h Dev Costs
Orplhan Drug = High Cost

Ornban Dgguslite Saving




Considerations for Tomorrow’s Orphan Drug Policies (cont.)
#2) “First Encounter” for Many Countries oartial
-|[Research], Registration, Reimbursement ® Formal

—_—

T o O S

- 5 g :
S



http://www.flags.net/UNST.htm
http://www.flags.net/MEXC.htm
http://www.flags.net/BRAZ.htm
http://www.flags.net/ASTL.htm
http://www.flags.net/JAPA.htm
http://www.flags.net/TAIW.htm
http://www.flags.net/SKOR.htm
http://www.flags.net/RUSS.htm

Considerations for Tomorrow’s Orphan Drug Policies (cont.)
#3) Rare Diseases in the Global [Public] Health Agenda

Editorials | = Healthcare Priority Setting

Are drugs for rare diseases “essential”?
Marcus M Reidenberg *

In 1977, the first report of the WHO In ¢his issue, Stolk et al. idenify formal analysis may not be needed for

Expert Committee on the Uss of Es- changes in the palides of some govern-  decision-making while technical com-

sential Drugs defined essencial drugs as  ments to facilitaee the discovery and petence in cos—effoctveness unalysis is

those needed ro saristy the health-care  developmenc of drugs for uncommen  developed t help wich more difficulc . .
needs of the majority of the population.  diseases. They propese an additional decisions.

This was done in order oo fulfil aman-  complementary Orphan Medicines If the definition of an essential |

date o assist Member States in selecting  Model List to include drugs for rare medicine is to be changed to include

and ohtaining essential mediciments for  diseases in the Essential Med - e

their populations. The Expert Commit-  gramme of WHO.* They propose

tee then developed criteria for deter- criteria for including a drug in chef

.
mining if a drug ficced this definition  gygpested list; cost is not one of th I I l
and published 2 Model List of Essentidl  How should treatrents for uneon] u I C e a rO ra
Drugs as an example of how the concept  or rare diseases be considered, if af ]
of essential drugs could be implemented.  for an essential medicines lisc? Afchl . -

A brief review of che mate of medl  thers are more than G006 rare diss Policy and Practice
cations at that time explains the need for  yng gelated conditions listed on tf

chis assistance: resources wers limited in Narional Inetinuoes of Healt

Py - : i e " ials”: i i u
many countries, <o the goal was t s Aristorle raised the principle Rare essentials”: drugs for rare diseases as essential V
them wisly, and many drugs marksted  gisrriburive justice, the proper disg

around the world were ineffective or tion of benefits and burdens, o ad medicines

irrarional combination producrs. & : . h h > )
revior o the evidenes of efficacy of all $';§:§:’fﬂ:ﬁﬁﬂ :‘lfvf:eg Pieter Stolk,* Marjolein JC Willemen,* & Hubert GM Leufkens®

prescription drugs on the markecin the g B S NSRS U

Unired Stares sarting in 1966 found N
cause of the prevalence of their illn|
that about one-third of the over 3000 Is thare a barrer way to selecr whi

marketed drugs were not effective.t In ° (0 BT WY B Seect g Abstract Since 1977, the WHO Modal List of Essential Medicines (EML), publishad by WHO, has providad advice for Membar
addicion. thare were fraquendy several | [Vt P B U Statas that struggle to decide which pharmaceurtical tachnologies should be provided 1o patents within their public heaith systams.
effective drugs in the same therapeuric Originating from outside WHO, an incentive system has been putin placa by various govemmants for the davelopment of medicines

! b rare diseases irrel,
class: all did ot need to be stocked by R with rars disases ;;;;m g for rare diseasas {“Orphan drugs”). With progress in phammacainical rasarch (.. drugs targeted for nanrower ndications], thess

health service pharmacies. The essential T eI T e e T e 2 o e e U e 11 . 7 - -

drugs concept and the methods foriss 00 way o make decisions aff are applied strictl, orphan drugs cannot h:pan 51k 10 Extencal Medicies Programme, creating the ek st WHD may Iosa [ ] W H O S S e n t I a e I C I n e S
an drugs in its policy sphere by composing 3 complementary
lemantary list of “rare esseniaks” could aid policy-matars
o thesa drugs and stimulate relevant policies. Furthermore,

iseases can ba resolved. In this paper we propos selaction -
ta point far firtura work towards an extansive WHO Orchan I I St
spariol 750 s § s bl i ) 55

7as published  market. For example, orphan drugs cur-
from cutside  rently constinute about 15% of new cen-

" movement  tralized autherizations in the European
Iy in afluent  Union (EL), there is increasing attention . .
19805 to ere- for “rare diseases” in emerging countries

selopment of  (e.g. Egypr, India) and mare spin-offs of | |

es* Because of  orphan drug innovations with implica-

tial, such drugs  tions for drug treatment in general {e.g

harmaceutical  imacinib mesylate, used for the trear
d markee ment of chronic myeloid leukasmia).* In

. P .
ms of prioritiz-  this paper, we review recent advances in

ting incentives the fields of orphan drugs and essential I I I I V

2 orphan drup  medicines, and propose how WHO

HO Essential  may develop an approach to provide
any differences  useful advice to Member States that
nd conceprual  want to improve access o treatments
oming increas-  using orphan drugs. For this purpose, we
aare common  wouM like to recommend the mreation
nrial medicines  of a complementary WHO Model List
horphan drugs  for Orphan Medicines as an addition to
ority agendaof  the current EML. Furthermore, we aim
‘urgent popu-  t provide a frameworic for analysing
ahigh dissass future questions surrounding the selec-

S e = | ocal Manufacture of

i Sclces,Uiect Unierty PO B 80082 3508 T8 Ui,
i}

Orphan Drugs

analimp @ fiocruz.br




Considerations for Tomorrow’s Orphan Drug Policies (cont.)
#4) Role of International Collaboration

Department of Heaith and Human Services Form Approved

Feod and Drug Administration OME Ceniro! Number: 0010-0167 - .
COMMON EMEA / FDA APPLICATION FOR qirsion e My 2. 2002 m ( ; | O b al R are D I Se ase ‘ O m m u n Ity

ORPHAN MEDICINAL PRODUCT DESIGNATION ‘Ses OME Statemen on final page

The sponsor of a medicinal product’ for human use may desire to seek orphan designation of its medicinal prod-

uct for use to disgnose, freat, or prevent a rare disease or condition from the European Commission in accor- -

dance with Regulation (EC) Mo 141/2000 of 16 December 1838 and Commission Regulation (EC) No 847/2000, . M u Itl _Stake hO I d e r
and from the United States Food and Drug Administration (FDA) in accordance with section 526 of the Federal
Food, Drug, and Cosmetic Act (FDCA) {21 U.S.C. 360bb). In such case, the sponsor may apply for orphan desig-
nation of the same medicinal product for the same use in both jurisdictions by using this common application form
for its submissions to the European Medicines Agency (EMEA) and the FDA

The application may be submitted to the Eurcpean Medicines Agency (EMEA)? and to the FDA Office of Orphan
Products Development®

oo copiect od oo i

Mote: The sponsor should consult the ‘Guideline for the form;

orphan medicinal products’ (ENTR/B283/00) when completin
defined in this Guideline must be submitied to EMEA. An apy = =
U5.C.360bb and 21 CFR Part 316 et saq | imespective of w| . ‘ Om mon DeS|g natlon

ROPEAN COMMUNITIES

The spenser must submit one original in paper (signed and d
requires either wo paper copies of the application or it may COMMISSION OF THE

use of physical media (see ‘Draft Guidance for Industry: Pros - -
mat for Orphan Drug and Humanitarian Use Device Designal A p p | I C atl O n P at h Wa
Erasseds, 20.6.2006 y

THIS APPLICATION CONCERNS (Please check the appropri
SEC(006) 832

[ An active substance not currently authoriseds?

[ An active substance currently authorised for anothe

[ A potentially clinically superior medicinal product ¢
an already authorised medicinal product for the sam COMMISSION STAFF WORKING DOCTAENT

Hote: The sponsor may apply for erphan designation of a pi om the experience acquired az 2 result of the appEcation of Regulation (EC) No 14112000
already authorised medicinal product for a new erphan indic e arpham mediciual producrs and accouat of tae public health bensir: shrined

orphan designation of & medicinal preduct containing the sarny [

rised medicinal product from FDA, if it can present a plausib) Document om the basis of Article 10 of Reguladion (EC) Mo 14172000

must append information to support such hypothesis to this
sponsor is the holder of an existing marksting authorisation i

sponsor should provide detai's of the eurrently authorised in
WHO ICD Initiatives

this document in piace of the word “drugf
its reguiatory meaning.

boruw iz geniorphani
« The word “application” i used in this document in place of the word “request u
er its reguiatory mening.

anlesubizsub him

used in tis dooument in piace of the term “act
and "princigal molecular structural features” (if the medional product is 3 large
‘without any intertion to alter their reguiatory mesning

Common Purpose

ibstance

The word “aulhorised” i used in this document in piace of the word *approved”

Sharing of Best Practice

EN EN




Considerations for Tomorrow’s Orphan Drug Policies (cont.)
#5) Orphan Drug Designation in the Access Equation (Part 1l)

Delivery
_ Treatment system
Funding yTA Guidelines Outcomes PMC
Price Payment Info to Pts Compassionate

Coverage

Use

Licensed Product Patient

= How could Orphan Drug Status apply in this policy
environment?
= Short term: “Chance for Life”
= Long term: Linking innovation to access / Sustainability



Summary

= Orphan Drug Policies have made a significant impact
In the lives of patients with rare diseases

» Biotechnology has played an important role
= Access equation is only partially addressed

= Tomorrow’s Orphan Drug Policies should
= Keep rare disease patients as the primary focus
= Apply OD status in entire access equation
= Be interconnected with global public health priorities
= Leverage 25 years of policy-making experience
= Preserve and value innovation
= Encourage international collaboration



Thank You
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