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CHALLENGES RELATED TO TRANSLATION  

OF EVIDENCE IN DECISION-MAKING  



 



Real-world evidence to inform regulatory decision-making: 

A scoping review 

Marieke S. Jansen, Olaf M. Dekkers, Saskia le Cessie, Lotty Hooft,  
Helga Gardarsdottir, Anthonius de Boer, Rolf H.H. Groenwold 
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Theme 1:  
Questions that can be answered with RWE and facilitate 
regulatory decision-making 

Theme 2:  
Contextual factors that increase the desirability or 
necessity of RWE in regulatory decision-making 

Subtheme 1.1: Epidemiology Subtheme 2.1: Feasibility 

 Disease epidemiology  Rare populations 

  Incidence, prevalence, event rates  Recruitment difficulties 

  Natural history of a disease  Time constraints 

  Population characteristics  Resource constraints 

  Landscape of standard of care  Long-term outcomes 

 Regulatory purposes of epidemiological data  Rare outcomes 

  Contextualisation (general) Subtheme 2.2: Ethical considerations 

  Contextualisation single arm trial (informal)  High unmet need 

  Contextualisation single arm trial (ECA)  No equipoise 

  Support orphan designation  Vulnerable populations 

  Substantiation of trial design  Other ethical considerations 
Subtheme 1.2: Benefit-risk assessment Subtheme 2.3: Limitations of available evidence 
 Pre-approval benefit-risk  Generalisability 

  Expedited or adaptive approval pathways   Representativeness of endpoint 

 Post-approval benefit-risk   Representativeness of patient characteristics 

  Continued monitoring of benefit-risk   Representativeness of patient behaviour 

   Post-approval safety   Representativeness of treatment setting 

   Post-approval effectiveness   Representativeness of treatment protocol 

  Conditional approvals  Less robust trial evidence 

  Evidence gaps related to benefit-risk  Crossover issues 

   Heterogeneity of treatment effects  Limited existing knowledge 

   Optimal dosing and frequency of administration Subtheme 2.4: Disease & treatment specific aspects 

   Co-prescribing  Complex treatment settings 

  Label modifications  Vaccine research 

   Population  Changing drug effectiveness over time 

   Indication   

   Other label changes   
  Evaluation of risk minimisation measures   
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