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  Introduction to Patient Reported Outcomes




  Definitions




  Patient Reported Outcome (PRO) is an umbrella term that has become widely accepted to refer to «a measurement based on a report that comes directly from the patient (i.e. study subject) about the status of a patient’s health condition without amendment or interpretation of the patient’s response by a clinician or anyone else» [FDA, 2009]. Similarly, the European Medicines Agency (EMA) defines a PRO as «any outcome evaluated directly by the patient himself and based on patient’s perception of a disease and its treatment(s)» [EMA, 2005]. A PRO is interchangeably referred to as a PROM (Patient Reported Outcome Measure) by some agencies (e.g. UK National Health Service, NHS). Throughout this booklet the term PRO shall be adopted.




  A PRO instrument includes the standardized format for data collection, as well as all the information and documentation that support the use of the standardized form. The standardized format could be self-report onto paper, electronic (e.g. online, tablet, mobile phone) or telephone Interactive Voice Response System (IVRS), or it could be by interview provided that the interviewer records only the patient’s response without interpretation.




  A PRO instrument can comprise a single question (item), such as a pain Numerical Rating Scale (NRS) shown in Figure 1. Or a PRO can have many items that are group together to form a total score and/or domain scores. For example, the EORTC QLQ-C30, a measure of Health-Related Quality of Life (HRQL) used widely in oncology comprises 30 items which are grouped together into 15 domains covering symptoms commonly reported in oncology such as pain and fatigue, as well as areas of functioning important to cancer patients such as physical function and social function.
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    Figure 1. Example pain Numerical Rating Scale (NRS).


  




  PROs should be used to measure a concept that is relevant and experienced by a patient. The concept might be symptoms experienced by the patient, such as pain or fatigue. Symptoms are considered to be concepts that are proximal to the patient experience (Figure 2). The concept might be more distal to the patient experience, such as the impact of a symptom on an aspect of the patient’s functioning such as physical function, cognitive function or sexual function. The concept might be health-related quality of life (HRQL), defined as the patient’s subjective perception of the impact of his disease and it(s) treatment on daily life, physical, psychological and social functioning and well-being. The concept can be measured in either absolute terms, for example pain severity at a specified time point. Or it can be measured in terms of change from a previous measurement.
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    Figure 2. Distal and proximal concept measurement using PROs.


  




  Application




  PROs have several and wide reaching applications. They are used in clinical trials to measure the effect of a medical intervention on one or more concepts relevant to the patient that is expected to be influenced by the medical intervention, with PRO data being submitted to regulatory agencies such as the US Food and Drug Administration (FDA) and the Europeans Medicines Agency (EMA) to support regulatory decision making. PROs are playing an increasing role in Health Technology Assessment (HTA) decision making, particularly in the UK (National Institute for Clinical Excellence, NICE), France (Transparency Committee, TC) and Germany (Federal Joint Committee, GBA). PROs are used widely in real world evidence or observation studies in order to capture the impact of a medical intervention on patients in a real world setting. PROs are also used in clinical practice to inform discussions between the physician and the patient. In the UK NHS, all patients having hip or knee replacements, varicose vein surgery, or groin hernia surgery are invited to fill in PROs. In addition, PROs influence prescribing decision making at the clinician level, and influence patient demands for treatments, particularly in the US where there is direct-to-consumer advertising not permitted in Europe.




  Taxonomy




  There is no single catalogue of all valid and reliable PRO instruments currently in use, several PRO databases exist listing several thousands of PRO instruments, and new instruments are always being developed. It is therefore important that the selection of PRO instrument(s) is carefully considered from the very many instruments that are available.




  Generic vs. disease specific




  Generic PRO instruments are those that can be used in the general population and/or across different diseases. This enables comparison in relation to societal norms and between disparate groups of patients. Such measures are usually multi-dimensional relating to many areas of life. Examples of the most commonly used generic measures are the Medical Outcomes Short Form 36 (SF-36) [Ware, 1992], and the EQ-5D [Brooks, 1996]. However, generic measures may be uni-dimensional (e.g. Female Sexual Function Index [Rosen, 2000]); or limited by age group (e.g. PedsQL generic core scale [Varni, 1999]). The advantages and disadvantages of generic and disease-specific PRO instruments are presented in Table I.
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              	Allows for comparison with the general population data




              	Allows for comparison across different diseases




              	Allows collection of more common health domains


            


          



          	

            

              	Allows greater sensitivity to the domains most pertinent to the disease


            


          

        




        

          	

            Disadvantages


          



          	

            

              	May include less relevant items or exclude relevant items




              	May be less sensitive to changes within the domains specific to the disease


            


          







OEBPS/Images/cover.jpg
” Patient&t.
Reportea

/ Outcomes






OEBPS/Images/img_01_opt.jpeg
9 10

Worst
possible pain





OEBPS/Images/seed.gif
SEEd





OEBPS/Images/img_02_opt.jpeg
Distal

Activities of daily living
Functioning
" Sign or symptom

Proximal





