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● Challenges in Rare Diseases: 
o Limited patient and data availability and integration
o Limited patient support and empowerment
o Limited evidence for clinical trials and therapy decisions

● IHI objectives: 
o SO2: bringing together industry, carers and patients to improve 

diagnosis, treatment and management of rare diseases
o SO3: demonstrate the value and drive of empowering patients 

● Unmet public health need for rare diseases: 
o Faster and more cost effective support, diagnosis and therapy
o Faster and more efficient advancements in treatment development
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Challenges and objectives



European Rare Disease Empowerment

● Create an empowerment portal for rare diseases
● For patients:

● Collect and manage their disease journey and QoL data over time
● AI information and support for diagnoses, procedures, therapies
● Connect with similar patients and study protocols

● For health-care professionals:
● Easy access to patient data as needed
● Compare symptoms, find similar patient and treatment suggestions

● For research bodies:
● Data mining and retrospective analysis for hypothesis testing
● Prospective study management and participant recruiting
● Real world data integration, both medical and personal



● A public-private collaboration on European level is mandatory to 
bring rare disease management forward: 
IHI funding enables a primary focus on patients’ needs to ensure 
inflow of data to the portal, while the collaboration with companies 
ensures suitability for research purposes.

● The contribution of health industry sectors such as pharma, 
medical devices or diagnostics ensures that the portal will enable 
their research needs, and thus the patient data is put to best use
to advance diagnosis, therapy and management of rare diseases.
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ERDE is suitable for IHI 



● Expected outcome: 
A living portal to support patients with rare diseases and their healthcare providers by 
managing their data over time, understanding their disease and finding additional support.

● Translation from Research to practice: 
The ERDE can be used by research bodies to perform data mining on retrospective rare 
disease data and plan and manage prospective studies. First proof points are expected by 
the end of the project.

● Strengthening competitiveness:
Improve cost effectiveness and success of health care for rare diseases. 
Bring European data integration and utilization to a next level for translation to other fields. 

● Benefits for patients:
The portal will benefit patients immediately to manage their rare disease: improved patient 
information, earlier diagnosis, better and earlier treatment, connection to similar patients 
and relevant studies.
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Outcomes and Impact 



Expertise and resources
● We have expertise with

o Large databases and platform design
o Data analytics
o AI and LLM, specifically for medical image data
o Patient support structures
o Research and data networks

● We are looking for: 
o Patient organizations
o Health insurance organizations to drive efficiency and cost effectiveness
o Pharmaceutical companies
o Companies from the diagnostic sector, such as biotech and medical device

manufacturers
o Clinical research organizations dealing with rare diseases
o Rare disease platforms and data capture organizations
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As a non-profit research organization, we can not bring in-kind contributions.



Additional information

ERDE

European 
Rare Disease 
Empowerment
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