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OBJECTIVES of the PROJECT

• To develop a 5-year IRDMP strategic plan after consultation 
with all the stakeholders

• To prepare the list of priority rare diseases from consultations 
with medical societies

To develop a national strategic plan on integrated rare disease 
management for the period 2022-2026.

General Objective:

Specific Objectives:



The Process of Choosing Priority Rare Diseases

CORE TEAM & CHECKLIST  
CREATION

MEETING WITH 
MEDICAL SOCIETIES

SUBMISSION OF 
INITIAL LIST

ADJUDICATION

FINALIZATION OF 
THE LIST



CORE TEAM & CHECKLIST  CREATION

IRDMP Executive 
Committee

Tasked to develop the guidelines for the medical societies in 
the preparation of the list of rare diseases



CORE TEAM & CHECKLIST  CREATION

STEP 1



CORE TEAM & CHECKLIST  CREATION

STEP 2



MEETING WITH MEDICAL SOCIETIES



SUBMISSION OF INITIAL LIST

166

DIFFERENT
RARE DISEASES

15 

submitted rare diseases

overlap (14 in 2 societies, 
1 in 3 societies)

151 



ADJUDICATION

To resolve 
overlaps

The adjudication was held by the executive committee to 
resolve the following:

To review the 
evidence on 

the list of rare 
diseases 

submitted 

To resolve 
other concerns  
(i.e. prevalence  

etc. )

To finalize the 
expanded list



FINALIZATION AND SUBMISSION OF THE LIST

63

RARE DISEASES

96

rare diseases from RA10747 

rare diseases from 38 
subspecialties

159 



What is a patient registry?

• A patient registry is a collection of 
standardized information about a group of 
patients who share a condition or 
experience.

• Patient registries have traditionally been 
research-generated

• They are established for the purpose of 
observational data collection that can be 
used for a specific research agenda.

• It may be operated by a single institution or 
by a collaboration of multiple institutions 
or clinics

SOURCE:   Agency for Healthcare Research and Quality, US Department of Health & Human Services



Why is a registry important?

Registries may be established to evaluate the natural history of 
a disease, its characteristics, management, and outcomes with 
and/or without treatment

Describing the natural 
history of disease

Determining clinical and/or 
cost-effectiveness

Role in Policy 
Development

Measuring or improving 
quality of care

Registries may be established  to identify disparities in access 
to care, demonstrate opportunities for improvement, or 

provide transparency through public reporting

Registries may supply context relating to political, regulatory, 
funding, and other issues that provide practical parameters 

that may aid in policy and decision making

Registries may be developed to determine clinical effectiveness 
or cost-effectiveness in real-world clinical practice.

SOURCE:   Agency for Healthcare Research and Quality, US Department of Health & Human Services



Elements of a quality patient registry

A quality patient registry should:

INTEGRATE

IDENTIFY

INFORM

Efficiently and securely acquiring and validating 

healthcare data from various sources

Delivering insights via interactive reports and tools 

that inspire data-driven action

Advanced analytics are used for building trust in the 

data and uncovering drivers of outcome and 

variation



Where are we now?

• Individual institutions and societies keep 
their own registries

• There is no unified registry for rare disease 
• There is a need to organize and create a rare 

disease registry 
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