
HOPES AND CHALLENGES OF 

PEOPLE LIVING WITH A RARE 

DISEASE WITHIN UNIVERSAL 

HEALTH COVERAGE

Yann Le Cam

Chief Executive Officer, EURORDIS-Rare Diseases Europe

Council member , Chair Advocacy Committee, Rare Diseases 

International



RARE DISEASES



RARITY CALLS FOR ACTION AT THE 

GLOBAL LEVEL

No one country, no one continent, can solve 
alone the problems posed by rare diseases 

• Need to bring together a critical mass of 
patients and medical experts, scientists and 
public health authorities.

• Need to support countries emerging to rare 
diseases and promote international 

collaboration between researchers, medical 
experts and other stakeholders  worldwide 

• Civil society empowerment at international level
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Most rare diseases are chronic, progressive, degenerative, 
disabling and frequently life-threatening

THE CHALLENGES

• Patients and experts are few, geographically scattered and often isolated

• Patients are undiagnosed, misdiagnosed or wait years for a diagnosis. Highly 
heterogeneous diseases

• Reliable information is scarce 

• Fragmented research, data and expertise. Lack of treatments: difficulties to access 
adequate care

• High social impact and marginalisation within society at large and within healthcare 
systems designed for common diseases

• Heavy psychosocial burden



• Commonalities of issues and critical mass enables common 
policies across diseases

• New opportunities in 21st century 

• Scientific advances and translational research

• New technologies : digital, AI, 3D, nano…

• Global networking 

• Translate into more and earlier diagnosis; better care 
and innovative treatments for patients; improved 
patient health outcomes and quality of life

THE HOPES



JOINT DECLARATION OF RARE DISEASE PATIENTS
“RARE DISEASES: AN INTERNATIONAL PUBLIC HEALTH PRIORITY” 





November 11, 2016 

2016: LAUNCH OF NGO COMMITTEE FOR RARE 

DISEASES AT THE UNITED NATIONS IN NEW YORK



A MILESTONE IN THE JOURNEY TO PUT 

RARE DISEASES IN THE GLOBAL AGENDA





2017: 1ST RARE DISEASE POLICY 

EVENT IN GENEVA 



2019: RARE DISEASE DAY POLICY 

EVENT AT 

THE UNITED NATIONS

• Second High-Level Event of the NGO 
Committee for Rare Diseases, 21 February
2019, United Nations Headquarters, New York



2019: RARE DISEASE DAY POLICY 

EVENT AT THE UNITED NATIONS



THE VOICE OF THE RARE DISEASE PATIENT 

COMMUNITY

RDI Position Paper released in April 2019

• RD and UHC movements share important commonalities in spirit 
and vision 

• UHC shall never be fully attained nor realised if persons living with
rare diseases are left behind and their needs left unmet. 

• The time to integrate rare diseases in the reflection on, and 
practice of, Universal Health Coverage is now.

The Rare Disease Community Position





KEY ASKS FROM THE UHC MOVEMENT FOR THE UN 

HIGH-LEVEL MEETING ON UHC

• ASK 1: Ensure political leadership beyond health – Commit to achieve UHC 
for healthy lives and wellbeing for all at all stages, as a social contract.

• ASK 2: Leave no one behind – Pursue equity in access to quality health 
services with financial protection.

• ASK 3: Regulate and legislate – Create a strong, enabling regulatory and 
legal environment responsive to people’s needs

• ASK 4: Uphold quality of care – Build quality health systems that people 
and communities trust.

• ASK 5: Invest more, invest better – Sustain public financing and harmonize 
health investments.

• ASK 6: Move together – Establish multi-stakeholder mechanisms for 
engaging the whole of society for a healthier world.



THANK YOU!


