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How are clinical outcomes assessed? 



Patient vs. Clinician Reporting of Symptoms 



Patient-reported Outcomes 

● A PRO includes any outcome evaluated directly by the 

patient himself and based on patient’s perception of a 

disease and its treatment(s). Patient reported outcome 

is an umbrella term covering both single dimension 

and multidimension measures of symptoms, health-

related quality of life (HRQL), health status, adherence 

to treatment, satisfaction with treatment, etc. 

 



HRQL-  

Health-related quality of life  
 

• specific type of PRO 

and is a broad concept 

which can be defined as 

the patient’s subjective 

perception of the impact 

of his disease and its 

treatment(s)  on his 

daily life, physical, 

psychological and social 

functioning and well 

being. The notion of 

multidimensionality is a 

key component of the 

definition of HRQL. 



PROs vs CTC(AE) 

Bruner et al. ASCO 2012 



   
PRO Instruments 



How can PROs be used? 

● Improved patient care 
 

● Receiving FDA approval of drugs 

 



How are oncologists using PROs in 

clinical practice?  

Howell D, Ann Oncol 2015 





Reasons to include PROs in 

clinical trial 

● Understand how a novel treatment impacts on patient functioning  

● Add information on the positive and negative effects of a therapy by 

complementing efficacy and safety data e.g. help assess the 

relationship between efficacy/ clinical endpoints (OS, PFS, disease 

stabilization) and HRQL 

● Identify treatment related symptoms that need additional 

management and supportive care 

● Attempt to differentiate two treatments with similar efficacy (late 

palliative line, maintenance therapy) 

 







HER2+ MBC. QoL in «dual HER2 targeted therapy».  

CLEOPATRA study 



Can PROs be used in oncology drug development? 



 FDA rationales for using PRO measures in 

medical product development:  

● (1) some treatment effects (eg, pain intensity and pain 

relief) are known only to the patient;  

● (2) patients provide a unique perspective on treatment 

effectiveness (since “improvements in clinical measures 

of a condition may not necessarily correspond to 

improvements in how the patient feels or functions”); 

● (3) formal assessment by patients may be more reliable 

than informal interviews with providers or other sources 

of information about the patient’s condition 

 

 





Prostate cancer: PRO label 

claims 

Clark et al. Health and Quality of Life Outcomes 

2014 





What we stand to lose 

without the routine incorporation 

of PROs in clinical trials 

 ● Missing prognostic information 

● Lack of Understanding of Patient Adherence 

● Lack of Information for Comparative Effectiveness 

● Lack of Information for Patient and Clinical Decision 

Making 

● Lack of Information for Labeling Claims 



Conclusions 

• PROs provide a unique perspective in oncology 

 

• PROs can be used in clinical practice 

 

• FDA and EMA approved drugs can include PROs 

     in their label claims 

 

• The futureof PROs will include technology to assist  

     patients with data capture 


