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Fuente: Lech, R., Chow, G., Mann, K., Mott, P., Malmberg, C., & Forte, L. (2022). Historical and projected public spending on drugs for rare diseases in Canada between 2010 and 2025. Orphanet Journal of 

Rare Diseases, 17(1), 1-11.





WE FOUND THAT THE TOTAL SPENDING 
AND OUT-OF-POCKET HEALTH SPENDING 
OF PATIENTS IN THE TOP 20% INCOME 
GROUP WAS SIGNIFICANTLY HIGHER 
THAN THAT OFTHE BOTTOM 20% 
INCOME GROUP..  

Xin, X. X., Zhao, L., Guan, X. D., & Shi, L. W. (2016). Determinants and equity evaluation 

for health expenditure among patients with rare diseases in China. Chinese medical 

journal, 129(12), 1387-1393.



KEY ELEMENTS

PLANS AND REFERENCE 

POLICIES



A COMPILATION 
OF NATIONAL 
PLANS AND 
GOVERNMENT 
ACTIONS IN 
23 COUNTRIES



REFERENCE PLANS
United Kingdom

France

India

Australia

Perú

Columbia

Panamá

European Union

COMISCA (Council of Ministers of Health of Central America and the Dominican 

Republic)



LONG TERM 
VISION

INSTITUTIONAL FRAMEWORK FOR COMPREHENSIVE POLICY DEVELOPMENT. 

Intermediate and long-term objectives

Contingency response capacity

STATE ROADMAP



COMMON 
APPROACHES TO 
ACCESS

KNOWLEDGE MANAGEMENT

PATIENT PARTICIPATION

ESTABLISHED CAPACITY & PATHWAYS

FUNDING & SUSTAINABILITY



FUNDAMENTAL
SOLUTIONS

Overcome the false dichotomy of dilemma  

between “us and them”

Create conditions for progressive healthcare rights





KNOWLEDGE 
MANAGEMENT

PREMISES

• Inform policymakers & patients

• Set incentives for data registration

• Digital ecosystem economy - interoperability



INSTITUTIONAL 
FRAMEWORK FOR DIALOGUE

PREMISES

• Social consensus requires compromise

• Build trust (continuity)

• Adopt a strategic framework and tactical approach 

(achieving both large and small victories)

P a r t i c i p a t i o n  o f  P a t i e n t s  &  C a r e g i v e r s



ESTABLISHED CAPACITY
REFERENCE CENTER MODEL & SATELLITE CENTERS



RISK MANAGEMENT 
AND VALUE

MODELS TARGETING THERAPEUTIC MILESTONES, QUALITY OF LIFE, AND 

HEALTHCARE SPENDING EFFICIENCY

Evidence generation, standards, and indicators



FUNDING
ECONOMIES OF SCALE

Mechanisms for centralized purchases with strong governance frameworks. 

INNOVATIVE FUNDING APPROACHES

Managed access agreements, risk-sharing, social impact bonds, and multilateral bank 

leverage. 

SOCIAL SPENDING ON SOCIAL PROTECTION

Increased health spending with a vision for social protection and efficiency: multisectoral 

coordination.



CASE STUDY
COLOMBIA



COLOMBIA
SUCCESSES & CHALLENGES



CASA DOS RAROS 
BRAZIL
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TAKEAWAYS
BUILD A LONG-TERM VISION 

THROUGH CONSENSUS – 

CONSTRUCTIVE DIALOGUE

INFORMATION MANAGEMENT WITH 

INCENTIVES

NSTALLED CAPACITY IS IMPORTANT, 

BUT A VALUE-BASED MODEL, IS EVEN 

MORE CRUCIAL
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