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FINANCING RARE DISEASES:
INNOVATIVE MODELS RESHAPING
ACCESS TO DIAGNOSIS,
TREATMENT AND CARE
PRACTICAL EXAMPLES AND GLOBAL CASE STUDIES

A B S T R A C T

SESSION OVERVIEW

On 18 June 2026, Rare Diseases International held the second webinar in its three-part series on innovative financing for rare

diseases. The session moved from naming the problem to looking at solutions. It examined innovative financing models that are

already being used in practice, with concrete examples from around the world.

A keynote from health economist André Medici mapped the financing toolkit, and a panel brought together the patient and public-

financing reality in India, market-shaping and volume guarantees, and diagnostics and pooled procurement. The discussion kept

equity at the centre and tried to set out what each model can and cannot do, and whether it can work in low- and middle-income

settings where the need is greatest.
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A B O U T  T H E  S E R I E S

THE INNOVATIVE FINANCING WEBINAR SERIES
Scientific and medical innovation in rare diseases has accelerated significantly in recent years. Yet access to diagnosis,

treatment, and care remains deeply unequal. High treatment costs, fragmented coverage schemes, delayed reimbursement,

and catastrophic out-of-pocket expenditures continue to create inequitable access across and within countries.

The 2025 World Health Assembly Resolution on Rare Diseases created a historic opportunity to rethink how rare diseases are

financed. Building on this momentum, RDI launched this three-part webinar series to move from mapping challenges toward

developing concrete recommendations, with patient voices at its centre.

W E B I N A R  1

UNDERSTANDING THE FINANCING GAP

Diagnosing the structural failures in current
health financing and R&D models that leave
the majority of PLWRD without adequate
care or treatment.

23 April 2026

W E B I N A R  2

INNOVATIVE FINANCING MECHANISMS
IN PRACTICE

18 June 2026

W E B I N A R  3

FROM MODELS TO IMPLEMENTATION

Feasibility, governance, and pathways for

adoption of innovative financing

mechanisms in support of Universal

Health Coverage frameworks.

15 September 2026

E V E N T  H I G H L I G H T S

IN NUMBERS

83
PARTICIPANTS ATTENDED

216
REGISTERED PARTICIPANTS

10
INNOVATIVE FINANCING

MODELS PRESENTED

4
EXPERT PANELLISTS

Attendees represented patient organisations, academic and research institutions, pharmaceutical companies, government bodies, health

systems, and civil society organisations from across multiple regions.

W E B I N A R  O B J E C T I V E S

WHAT THIS SESSION SET OUT TO DO
Explore innovative financing models that are already
being used in practice

Discuss whether these models can be adapted to low-
and middle-income settings

Set out what each model can do and what it cannot do Put equity first by asking not just whether a model
works, but for whom
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T H I S  S E S S I O N

Technical exploration of alternative funding

models: venture philanthropy, blended

finance, PPPs, outcome-based models, and

advanced market commitments.



PANELIST

Prasanna Shirol

Co-founder and Executive Director
Organisation for Rare Diseases

India (ORDI)

PANELIST

Michelle Teo

Chief Investment Officer
MedAccess

PANELIST

Sue Horton

Professor Emerita, School of Public
Health Sciences

University of Waterloo

KEYNOTE

André Medici

Global Health Economist
Independent Consultant

OPENING REMARKS

Flaminia Macchia

Interim CEO 
Rare Diseases International

Robin Durand

Project Lead 
Rare Diseases International

MODERATOR

"The question is no longer whether rare disease therapies can be developed. It is whether health systems can build
financing models capable of delivering them to those who need them most.

André Medici

Global Health Economist

Andre Medici
Global Health
Economist
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K E Y N O T E  P R E S E N T A T I O N

MAPPING THE FINANCING TOOLKIT
André Medici set out the landscape of innovative financing models. The core problem is not only that rare

disease therapies are expensive. It is that payers often pay upfront while outcomes only become clear years

later, which creates real financing risk. Three groups face different needs at once: patients need timely

access, payers need affordability and predictability, and manufacturers need incentives to keep innovating.

S P E A K E R S

PANELISTS AND MODERATOR
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There is no single solution. He described a wider shift across five fronts: from products to outcomes, from annual budgets to lifetime

investments, from national solutions to pooled approaches, from fragmented care to integrated pathways, and from reimbursement

toward broader innovation ecosystems. He closed on prevention and early detection, including newborn screening, as the next frontier,

noting that financing diagnosis may become as important as financing treatment.



Prasanna Shirol
Co-founder and
Executive Director, 
ORDI

"Innovative finance is not just about raising additional capital. It can be about reallocating risk, improving incentives or
reducing transaction costs, and sometimes about bringing the right stakeholders together.

Michelle Teo

Chief Investment Officer, MedAccess

Andre Medici
Global Health
Economist

"The future of rare disease financing will depend less on negotiating lower prices and more on paying for
demonstrated value.

Andre Medici

Global Health Economist
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P A N E L  D I S C U S S I O N

INNOVATIVE MODELS IN PRACTICE
The panel moved from patient and public-financing reality, to outcome-based agreements, to market-shaping tools, to

diagnostics and pooled procurement.

THE PATIENT PERSPECTIVE AND PUBLIC SOLIDARITY FINANCING IN INDIA

Prasanna Shirol traced India's path from 1990s compassionate access to the 2021 National Policy for Rare Diseases.

He presented the proposed Rare Bharat Mission, funded by a levy on high-net-worth individuals, combining public

budget, corporate social responsibility, crowdfunding, newborn screening and emergency access.

OUTCOME-BASED AGREEMENTS IN PRACTICE

Outcome-based agreements tie payment to the clinical results a therapy delivers. Often seen as

high-income tools, they also work in middle-income settings with registries and the right

regulation. Examples in Brazil and Colombia were mentioned, where deals for spinal muscular

atrophy therapies linked payment to outcomes while generating local evidence and earlier access.

MARKET SHAPING AND VOLUME GUARANTEES

Access problems are often about uncertainty, not just funding. Rare disease markets are small and often

single-supplier, so the right tool depends on the specific barrier. For Hemex Health, which develops sickle

cell diagnostics, a loan fit better than a guarantee, and rare diseases will need a mix of instruments.

Michelle Teo
Chief Investment
Officer, 
MedAccess

"Government funding, corporate social responsibility, philanthropy and companies coming together is the only way to save
a country like India with such a huge population and burden.

Prasanna Shirol

Co-founder and Executive Director, ORDI



"A lot of the work of diagnosis happens in country. It is not something that can be procured
internationally.

Sue Horton

Global Health Economist
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DIAGNOSTICS AND POOLED PROCUREMENT

Some diagnostics are commodities, like rapid tests for malaria or TB, that can be procured internationally;

many are lab-based tests done in country that cannot. Pooled procurement has worked through the Global

Fund, PAHO and, increasingly, the African Medicines Agency, which also encourages local production. It

suits commodity-type tests and higher-volume screening; elsewhere, pooling funds to drive innovation

may help. Funding must reach infrastructure and care pathways, not just products.
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Sue Horton
Global Health
Economist

K E Y  T A K E A W A Y S

WHAT THE SESSION CONCLUDED

01 No single model fits all contexts

High-, middle- and low-income settings need different

mechanisms. The real test is for whom a model works.

02 The field is shifting from volume to value

Outcome-based agreements link payment to results and are

growing fast, but they depend on registries, data

infrastructure and regulation.

03 Public solidarity financing matters most where

the burden is highest

National funds, earmarked solidarity mechanisms, and

combined public, corporate and philanthropic funding are

central for high-population, high-burden settings.

04 Market-shaping tools can be adapted, with

caveats

Volume guarantees and de-risking instruments can work for
rare diseases, but start from the specific barrier, whether
demand, capital, regulatory or coordination, not the tool.

05 Diagnostics and pooled procurement need

attention

Pooled procurement could work for commodity-type tests
and higher-volume screening. Funding must reach
infrastructure and care pathways, not just products.

C O M I N G  U P  ·  W E B I N A R  3  ·  1 5  S E P T E M B E R  2 0 2 6

FROM MODELS TO IMPLEMENTATION

Moving from innovative financing models to implementation: feasibility, governance, stakeholder alignment, pathways for adoption, and

integration into Universal Health Coverage frameworks.
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