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I am attending this conference 
as an individual expert, and I do 

not represent the EMA. The 
views expressed here are my 
personal opinions, and may
shall not be understood or 

quoted on behalf of the EMA or 
reflect the position of the COMP
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An engineer in 
the healthcare 
world





My history as a patient



Founding patient groups



William Albert Catterall (1946–2024)

I don't give a shit about your kids

Science is not altruistic





2013



















Inclusion and exclusion criteria for fenfluramine CT





Data from 274 patients in just one week
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No money, no honey

No data, no honey



Do we have clinical data on our patients?









A physician-based platform appeared



Who manage this data?

Significant benefit

• Poorly collected 

by pharma. Very 

important for 

orphan drug 

designation

Clinical data

• Collected by 

physicians, CRO 

and pharma. Very 

controlled and 

regulated

Benefit/Cost

• Poorly collected 

by pharma where 

benefit 

explanation is 

needed. Not 

centralized. 

Captured in silos 

with no strategy



Significant 
benefit

Article 3(1)b of Regulation EC 141/2000 
states that in the case where a 
satisfactory method of diagnosis, 
prevention or treatment of the condition 
exists, the sponsor has to establish ‘that 
the medicinal product will be of 
significant benefit to those affected by 
that condition’.

EMA has limited experience getting 
information from patients and their 
patients' organizations



Goals 

In 2021 The problem 
appeared again during 
fenfluramine CHMP 
evaluation for 
marketing authorization





Countries involved



Patients by age



Prior treatment



Impact in patient quality of life



Significant benefit



What 
about 
adults?



The 
importance 
of collecting 

data

We faced the 

lack of data 

problem 
several timeS

The lack of 

stable data 

forced to us 
to use ad-hoc 

surveys

Caregivers 

are starting 

to suffer 
“survey 

fatigue”

The problem 

is still there



Healthcare data is fragmented

The Fragmentation of Health Data. A Survey of The Health Data Ecosystem | by Travis May | Datavant | Medium

https://medium.com/datavant/the-fragmentation-of-health-data-8fa708109e13




Open Access to Data: An 
Ideal Professed but Not 
Practised | Request PDF 
(researchgate.net)

90% don’t 

share their 

data

https://www.researchgate.net/publication/255698112_Open_Access_to_Data_An_Ideal_Professed_but_Not_Practised
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I've been trying to do patient registries for 
thirteen  years

So far I have failed



Causes

• Conflicts of interest
• Technology gap
• Lack of business model
• Usability

I invest a lot of time The tool doesn't give 

me anything



I invest a lot of time The tool doesn't give 

me anything



I invest a lot of time 

The tool doesn't give 

me anything



I invest a lot of time 

The tool doesn't give 

me anything



Time

Value





Nav29

www.nav29.org

http://www.nav29.org/




Our learnings collecting data

• Patient data is the new gold
• Physicians and researchers don’t have a strong 

motivator to share data
• Physicians don’t have time to collect data
• Patients don’t have time to collect data
• Everything is about time/value deal
• Competition for data is there
• Shit happens



Fight for your 
data

Ask for your 
data



Thanks

julian.isla@foundation29.org
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