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Double heterogeneity challenges therapeutic strategies for patients 
with cancer: genes and preferences. 
 
For all diseases treatment decisions are based on the known effectiveness and safety profile of 
the drugs or other treatments available, and on the clinical characteristics of the patients. For new 
pharmaceutical products, regulatory agencies usually require the sponsor to conduct clinical 
trials and sometimes also post-approval observational studies to assess the benefits and risks of 
the product in the population. In real clinical practice, healthcare providers often have to further 
consider the severity of the condition, the overall health status of the patient, and other 
characteristics that may affect treatment options and modify the benefit-risk balance of a chosen 
option for an individual patient.   
 
The need for individualized treatments is probably most obvious in oncology, where genetic 
characteristics of the patient, and the tumor, have been shown to significantly modify the 
efficacy and toxicity of many drugs. Pharmacogenetic approaches have had a major role in the 
development of targeted therapies for specific cancer subtypes and specific patients. Moreover, 
in this new era of patient-centered approaches, the patient perspective now plays a central role 
from the design of research studies (e.g., definition of patient-centered outcomes) all the way to 
clinical decision-making (e.g., personal preferences when presented evidence of benefits and 
risks). 
 
Such heterogeneity in the therapeutic benefit-risk balance for subgroups of patients, together 
with the heterogeneous personal preferences, have challenged drug development processes, 
methods for benefit-risk assessment, regulatory decision, and real life clinical practice. In this 
symposium, we will discuss methodological, regulatory, and clinical considerations in the 
patient-oriented benefit –risk evaluation process in oncology. Topics such as pharmacogenetics, 
risk management and minimization, benefit-risk assessment, and role of patient panels will be 
discussed from the patient, clinician, researcher, pharmaceutical company, and regulatory agency 
perspectives. The goal of the symposium is to discuss approaches to make therapeutic 
recommendations more transparent in the context of new technological developments 
(pharmacogenetics) and social demands (stakeholder involvement in decision making). In 
addition to the discussion of these issues, case studies describing recent examples will be 
presented. 
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Agenda 

 
Monday, May 18th 2015  
 

Time Topic Presenter 
8:45 – 9:15  Refreshments & Registration 
9:15-10:00 Balancing benefits and risks in medicines  Lesley Wise 
10:00 – 10:45  Decision Making at a Population Level Natasha (Tasha) Stout 
10:45 – 11:00  Break 
11:00-11:45 Patient Heterogeneity – Pharmacogenomics Eric Lai  
11:45 – 12:30 Patient-Focused Drug Development initiative  Paul G. Kluetz 
12:30 – 1:00  Lunch 
1:00 – 1:45 Patient-Centered Treatment. Clinical Perspective Paul Richardson 
1:45 - 2:15 Patient Panel Discussion Patient representatives 
2:15-2:30 Closing remarks All panelists 
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