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OverviewOverview

Orphan Drug Policy: Today

Retelling the story: Patient, Product & Policy

Access equation

Orphan Drug Policies: Tomorrow

Role for collaboration
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Our Commitment to PatientsOur 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 
that patients around the world 
have access to the treatments 

they need.

Promoting access by working with 
physicians and governments in 
developing countries to build 

sustainable health care systems.



© 2007 Genzyme Corporation4

Genzyme Supports Treatment of Genzyme Supports Treatment of 
Patients in ~90 countriesPatients in ~90 countries ● No presence

● Direct 
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Countries with Orphan Drug Countries with Orphan Drug 
Policies are FewPolicies are Few ● Partial

● Formal

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
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Orphan Drug Policy: Measures of SuccessOrphan Drug Policy: Measures of Success

>325 Orphan Products 
approved since 1983 in US

>45 Orphan Products 
approved since 2000 in EU
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Biotechnology offers solutions to Rare Diseases Biotechnology offers solutions to Rare Diseases 

US DHHS OIG: ODA Implementation & Impact, 2001

http://www.ncbi.nlm.nih.gov/genome/seq
http://heroeswiki.com/images/6/66/Hgp_logo.jpg
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PatientPatient’’s Storys Story

Patricia Hand Helen Walker
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ProductProduct’’s Storys Story
STOP
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PolicyPolicy’’s Storys Story

Awareness ActionAppreciation

http://www.google.com/imgres?imgurl=http://bp0.blogger.com/_441chvpI24g/Ra_kfDST58I/AAAAAAAAACM/ubSoowLzBRI/s400/untitled.JPG&imgrefurl=http://mdbottlebill.blogspot.com/2007/01/details-on-path-to-introduce-bottle.html&h=290&w=400&sz=31&tbnid=o4pNPWjEW38J:&tbnh=90&tbnw=124&prev=/images%3Fq%3Djust%2Ba%2Bbill&hl=en&sa=X&oi=image_result&resnum=1&ct=image&cd=3
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Access Equation is TwoAccess Equation is Two--FoldFold

conceptconcept approvalapproval

IP R&D
Regulatory 
Approval

Clinical 
Development

Licensed Product Patient

PricePrice
HTAHTA

Delivery 
System

CoverageCoverage

FundingFunding

Info to PtsInfo to PtsPaymentPayment

Treatment Treatment 
GuidelinesGuidelines

Compassionate Compassionate 
UseUse

OutcomesOutcomes PMCPMC
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Considerations for TomorrowConsiderations for Tomorrow’’s Orphan Drug Policiess Orphan Drug Policies
#1) #1) ““Correlation CreepCorrelation Creep””

Orphan Drug

Rare Disease

Rare Disease

Genetic

Genetic

Biotech

Biotech

Dev Costs

Dev Costs

Rarity
x x =x

Country
Legislation

Science Innovation Technology

High CostHigh Cost
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● Partial

● Formal

Considerations for TomorrowConsiderations for Tomorrow’’s Orphan Drug Policies (cont.)s Orphan Drug Policies (cont.)
#2) #2) ““First EncounterFirst Encounter”” for Many Countriesfor Many Countries

--[Research], Registration, Reimbursement[Research], Registration, Reimbursement

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

Healthcare Priority Setting

European Commission 
Public Health Program

2003/2008 v 2008/2013

WHO “Essential” Medicines 
List

Linkage with Neglected 
Diseases Initiatives

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

Global Rare Disease Community
Multi-stakeholder

Common Designation 
Application Pathway

Common Language
WHO ICD Initiatives

Common Purpose

Sharing of Best Practice
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Considerations for TomorrowConsiderations for Tomorrow’’s Orphan Drug Policies (cont.)s Orphan Drug Policies (cont.)
#5) Orphan Drug Designation in the Access Equation (Part II)#5) Orphan Drug Designation in the Access Equation (Part II)

How could Orphan Drug Status apply in this policy 
environment?

Short term: “Chance for Life”
Long term: Linking innovation to access / Sustainability

Licensed Product Patient

PricePrice
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FundingFunding
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SummarySummary

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



© 2007 Genzyme Corporation18

Thank YouThank You
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