
Patient input into  

benefit/risk issues  

during evaluation  

Dr Mike Rosenblatt (Merck) 

Dr Tony Hoos (GSK) 

Dr Don Stanski (Novartis) 

Richard Bergström, Magda Chlebus (EFPIA) 

 

26 September 2013 
 



What is the problem? 
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What are the challenges we need to overcome? 

 Patients are all different and have different tolerance for risk: 

how to get a “representative view” and what does this mean? 

 How do we manage potential conflict of interests?  

What tools/methodologies do we need to develop to improve 

patient input? When do we need their input? 

 Patient disease knowledge and expertise is required : how do 

we manage this for all diseases? 

What is the role of Regulators to equip patients to input (eg 

Regulatory processes, confidentiality issues, etc)  

 How does patient input actually impact the licensing decision? 

How should the patient voice be balanced with that of the 

regulators and other stakeholders?  

What is the involvement of patients in post-launch regulatory 

requirements?  
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Conclusions and next steps 

 Strong and informed patients’ voice should be a key input 

into Regulatory decisions 

 Effective patient engagement continues to be an evolving 

science 

Mechanisms are needed to ensure the system delivers to 

patient needs 

 Increased dialogue between Regulators, Patients, 

Industry and other stakeholders is needed to move 

constructively forward 

We need a working party to address the key questions 

We should explore opportunities under IMI 
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IMI: Patient involvement in collaborative research 

 Input into scientific priorities: IMI 
Scientific Committee  

 Idea generation: IMI scientific 
challenge workshops  

 Participation in projects  
 Planning and execution  

 EUPATI – patient empowerment  

 U-Biopred – patient reported 
outcomes  

 PROACTIVE – patient voice in 
benefit/risk evaluation  

 Advisory and ethics boards  

 Consultations on strategic 
priorities for IMI2: consultations 
since June 2012 



Examples of IMI PPP Patient-Centric 

Initiatives 

 Development of Patient 
Reported Outcomes that 

 measure aspects of physical 
activity relevant to patients and  

 are sensitive to changes due to 
treatment. 

 8 EFPIA companies;  7 Public 
organizations; 1 SME; 3 patient 
org;  

 Total Budget: 16.7 Mi €  

 Established diagnostic 

criteria on severe asthma 

 Biomarkers for Predicting 
Severe Asthma Outcome 

 9 EFPIA companies;  21 Public 
organizations; 3 SME; 5 
patient org;  

 Total Budget: 20.1 Mi €  
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Translate science into research, regulatory and 

medical practice  

Medicines Adaptive 

Pathways to patients  

 Novel Clinical Trial Design  

 Patient-centric Benefit/Risk 

evaluation  

 Regulatory Science  

Operational excellence  

 Global dimension  
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Right medicine, for the right patient, at the right 

time … 



BACK-UP SLIDES 
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Aim:  development of Patient Reported Outcomes that 
 measure aspects of physical activity relevant to patients and  
 are sensitive to changes due to treatment. 

Development of tools to measure physical 
activity status in COPD 

literature 

patients 

2 questionnaires 

6 activity meters 2 meters 

initial validation 
(6 wks) 

 
 

reduction 
integration 

230 patients 

final validation: 
clinical & 
behavioural studies 

2009-2011 2011-2012 2013-2014 

re-assessment 
6+12 months for 
seasonal effects 

8 EFPIA companies;  7 Public organizations; 1 SME 
3 patient org; Total Budget: 16.7 Mi €  



 PROactive instruments to evaluate physical activity will be 
used in addition to existing scales 
 

 PROactive instruments will allow patients to: 

− better describe their experience of physical activity to 
themselves and their treating physicians 

− help the assessment of novel therapies for COPD 

− and contribute to individualised treatments including self 
management 

PROactive: results and impact 



Biomarkers for Predicting Severe 
Asthma Outcome 

 Established diagnostic criteria on severe asthma 

 Developed various “omics” platforms based on genetic, proteomic, 
metabolomic, breathomic biomarkers  

 Generated a preliminary phenotype ‘handprint’ by combining 
molecular, histological, clinical and patient-reported data  

 Patient cohort - 14 centres across Europe targeting 1025 subjects, to  
validate the handprints for their predictive efficacy in gold standard 
and experimental therapeutic intervention  

An integrative system biology approach to  
understanding pulmonary diseases; Auffray et al., 2010 

Diagnosis and definition of severe asthma:  
an international consensus; Bel et al., 2011 
 

9 EFPIA companies;  21 Public organizations; 3 SME 
5 patient org; Total Budget: 20.1 Mi €  


