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“Our expectations” 

Greater 
involvement of 

the public, 
moving away 

from comitology 

Better 
understanding of 

regulatory 
decisions 

(public explanation 
of an already made 

decision) 

Participation in 
decision making 

by providing 
different insight 

(e.g. regulating 
access via the 

indication) 
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Agenda 
 Bringing patients into the system 
 Public hearings 
 Patient representatives on committees 

 
 Bringing patients’ values and preferences into the 

system 
 How to systematically obtain values and preferences 
 Would it change the outcome of the decision? 



“Where the urgency of the matter permits, the PRAC may hold 
public hearings, ... The hearings shall be held in accordance 
with the modalities specified by the Agency and shall be 
announced by means of the European medicines web-portal. 
The announcement shall specify the modalities of 
participation.  
The Agency shall, in consultation with the parties concerned, 

draw up Rules of Procedure on the organisation and conduct of 
public hearings...” 

4 Article 107j of Directive 2001/83/EU as amended   



Purpose of public hearings: transparency or engagement? 
Timing of public hearings: for which procedure and when during 

the process? 
Participants: who should attend? 
Conduct of public hearings:  
Language and location 
Participation: in person or online? 
Ground rules for participants 
Time and resources 
Online real-time streaming 
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Public hearings: 
Current debate 



Standing EMA working party with consumers and patients 
‘Permanent’ patient representatives on some EMA 

committees and Advisory groups, but not CHMP 
Patients effectively excluded from key decisions on 

licensing. 
Direct involvement of patients with the disease under 

discussion extremely rare (e.g. thalidomide for MM) 

Patient representatives 
on committees 
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“If stroke or systemic embolism and major hemorrhage were 
considered equally undesirable….” 
 
“Most people would agree, however, that the irreversible effects 
of strokes and systemic emboli have greater clinical significance 
than non-fatal bleeding” 
 
“Any benefit-risk assessment in which strokes and systemic 
emboli are given more weight than non-fatal bleeding…” 

Beasley BN, Unger EF, Temple R. NEJM 2011; 364(19): 1788-90 



Ingredients of regulatory decisions: 
Data (incidences) 
Uncertainty 
Values (utilities/disutilities) 
 

Decisions driven by:  
probability of event x “value/utility” of event 
   “expected utilities”  
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Benefit-Risk assessment 
Art or science? 

Whose values should count? 
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‘Patient’ is not necessarily the same as ‘patient 
representative’ 
Patients with the specific disease condition know which 

outcomes and symptoms matter most to them. 
Patients enrolled in regulatory drug trials are (ideally) the 

target group for treatment once a drug is licensed, yet we do 
not usually explore their values and preferences in a 
systematic way.  
In terms of listening to the patients’ voice, trial patients are 

an underutilized resource. 



Can we quantify patients’  
value judgements? 

11 Medical Care 
Vol 38, 6 p583-637 
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Bringing patients into the system 
Public hearings 
Patient representatives on committees 

 

Bringing patients’ values and preferences into 
the system 
How to systematically obtain values and 

preferences 
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Would it change the outcome of the decision? 
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