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Same disease, 
different people, 
different manifestations
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As a person, what are your main goals when changing treatment?
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As per clinical trial 
endpoint?

Or goals you assign to yourself?
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Classified as public by the European Medicines Agency 

Efficacy: asking patients to feedback on what matters to them 
Individualised Efficacy Assessment: a patient-centred approach

Diseases where the product can improve 
many different functions/symptoms in 
different patients

Renal function, cognitive function, 
muscular function, motor skills…

Mixed-methods research can help 
identifying the most relevant outcomes

When there are many different outcomes:

Ask each patient to select the 3 that 
matter the most to him/her prior to 
entering the trial / starting treatment

Monitor how these 3 outcomes evolves

Analyse how many patients had 3, 2, 1 
or 0 outcomes improved on treatment
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Goal Attainment 
Scaling
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Urach S, Gaasterland C, Posch M, et al. Statistical analysis of Goal 
Attainment Scaling endpoints in randomised trials. Statistical 
Methods in Medical Research. 2019;28(6):1893-1910. 

Research on Goal Attainment Scaling (GAS)
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• https://www.asterix-
fp7.eu/media/uploads/file/C38_04_GoalAttainmentScaling.pdf
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1
• Apply GAS in phase III trials to 

gain more experience

• Investigate its properties in 
the trials

2
• Submit to EMA for 

endorsement / qualification  
as a Patient Reported 
Outcome Measure in selected 
trials 

Possible next steps? Could EMA pioneer its use?
A new priority for an IHI call to come?
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Maybe first
• To organise a scientific workshop

• At the EMA, and with HTA experts
• With clinicians experienced in testing GAS 

(Kit Roes, Charlotte Gaasterland, Martin 
Posch…)

• 58 articles published at the time of the 
Asterix Project (2016)

• 27 more since
• A young innovative approach!

• To discuss State-of-the-Art and research 
needed to adopt such an endpoint
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THANK  YOU!
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