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Quantitative drug developer

• Enable evidence-based medicine

• Facilitate faster, ethical and safe access 
to treatments

• Innovate for impact

• Collaborate for meaningful outcome
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Quantitative drug developer in industry
We are just a small piece of the puzzle
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EFSPI Statistical Methodology Leaders

• Formed in September 2023
• Aims to capitalize on 

opportunities for synergies 
• Pre-competitive collaborations, 

e.g. on trainings and policy 
matters

• Co-develop and scale innovation
• Anticipate and shape future 

trends 
• Support career development of 

methodologists
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Strategic priorities for 2025

Four priorities defined through:
• Needs and opportunities in modern drug development
• Regulatory landscape and priorities
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Bayesian methods

10

• Several regulatory agencies are 
working on guidance documents

• Bayesian methods are valuable in 
various drug development settings: 

• stabilize estimation; predict 
unobserved data; borrow trial-
external data

• For which confirmatory settings, 
beyond paediatric/rare diseases, is 
there a strong rationale for 
adopting a Bayesian approaches?

• What are best practices for the 
design and analysis of clinical trials 
using Bayesian methods? 
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Specific topics related to estimands

5+ years after the ICH E9 (R1) addendum, 
important questions remain: 

a) What guides the choice of estimands? 
b) Why is there a (perceived or real) focus on 

treatment-policy estimands? 
c) What are best practices when testing and 

estimating treatment-policy estimands? 
d) How can we leverage designs to maximize 

the potential of the framework?
e) What are best practices for defining  

estimands and estimating these in the 
presence of terminal events?
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Covariate adjustment

• Recent FDA guidance and EMA 
qualification have increased focus 
on using prognostic covariates to 
improve trial efficiency

• ICH E9(R1) raised awareness of 
marginal vs. conditional effects

• Causal inference methods and 
semi-parametric theory have 
helped to further understand the 
interplay between efficiency gains 
and robustness

• How can we take advantage of 
these developments (incl. 
supercovariates)?
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Quantitative method appraisal

• Quantitative scientists often prioritize 
methods with minimal assumptions

• Reluctance to rely on methods with ‘strong 
assumptions’ 

• Applies to RCTs and non-randomized trials
• Frameworks and approaches to enable 

understanding and assessment of 
assumptions exist

• For example, tipping point analysis, EMA 
extrapolation or ICH M15 MIDD credibility 
frameworks

• Can we develop an overarching 
framework?

• Can the ICH M15 MIDD credibility 
framework serve as basis?
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What is next?

• Dissemination of ideas and 
positions: conferences, 
webinars, trainings, Q&A 
documents, peer-reviewed 
publications 

• Formal regulatory pathways 
if suitable: commenting on 
regulatory guidance 
documents, pilots, 
qualification procedures

• Collaboration
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Collaboration is the magic ingredient
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Conclusion

• Four strategic priorities for 
pharmaceutical statistics set by the 
EFSPI Stats Methodology Leaders

• Does not imply other topics are not 
important 

• Efforts will extend beyond 2025
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Thank you! 
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