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1. Recap Lecture 3

2. CTS Study Outcomes Measures and Controls (Kane and 

Radosevich chap 5-7, 9)

– Chapter 5: (Ross 29Nov12) “Generic Health Outcomes 

Measures”Measures”

– Chapter 6: (You 6Dec12) “Health-Related Quality of 

Life

– Chapter 7: (Ross 29Nov12) “Condition-Specific 

Measures”

– Chapter 9: (You 6Dec12) “Demographic, Psychologic, 

and Social Factors”
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Recap Lecture 3

H&C Chap 14: Addressing Ethical Issues 
• Investigators must assure that projects observe the ethical 



Recap Lecture 3

H&C Chap 15: Design Questionnaires Interviews
• Clinical research quality depends on the quality and 







Recap Lecture 3

H&C Chap 17: Implement Study, Quality Control
• Study start-up first assemble resources: space, staff, budget

• Finalize protocol then by pretesting and piloting recruitment, 

measurement, interventions, outcomes assessment plans: 

minimizes need for subsequent in-study protocol revisions 
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2. CTS Study Outcomes Measures and 

Controls 

CTS Study Outcomes Measures and Controls (Kane and 

Radosevich chap 5-7, 9)

– Chapter 5: (Ross 29Nov12) “Generic Health Outcomes 

Measures”

– Chapter 6: (You 6Dec12) “Health-Related Quality of – Chapter 6: (You 6Dec12) “Health-Related Quality of 

Life

– Chapter 7: (Ross 29Nov12) “Condition-Specific 

Measures”

– Chapter 9: (You
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Condition-specific outcomes measures (chap 7) assess signs, 

symptoms of given medical condition, effects on a person’s life

Generic measures (chap 5) trade broad coverage against greater 
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Generic measures 

• capture elements that transcend single diseases, thus may be 

used to compare treatments across diseases and populations

• assess the physical, psychological, and social dimensions of 

health consistent with WHO (1948) definition of health as “a health consistent with WHO (1948) definition of health as “a 

state of complete physical, mental and social well-being and 

not merely the absence of disease”

• go beyond the conventional measures of health used in epi

and clinical research (mortality, morbidity, life expectancy, as 

derived from vital records including census counts, birth and 

death records) to reflect the importance people attach to 

their health and functioning

• serve clinicians as bottom-line indicators of treatment effects 
12



����������	
���
����������	�����

�������	�������

Generic measures 

• assess health along entire range from well-being to disability

• augment clinical data and provider perceptions that focus on 

signs and symptoms of disease

• track the “natural history” of a patient’s perceived health • track the “natural history” of a patient’s perceived health 

status and QoL, e.g. (K&R chap 6) using the (Dartmouth) 

COOP Charts (Nelson et al. 1990, 1996) or the SF-36 (Ware 

and Sherbourne 1992)

• register patients’ own assessment, own experience of 

physical, emotional, and social health

• measure
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Generic measures 

• enable calculating QALYs (denominator of cost effectiveness

ratios) when the generic measure is constructed to assign 
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Generic measures 

Two further uses:

• Risk adjustment, where a generic measure can be more useful 

predictors of cost variation than diagnosis or pharmacy-based 

measures of patient risk (Pope et al. 1998), e.g. as when measures of patient risk (Pope et al. 1998), e.g. as when 
–
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Health Outcomes Domains. Comprehensive reviews of generic 

measures: Kane and Kane (2000) and McDowell (2006), MAPI 

Research Trust (http://www.mapi-trust.org/). Seven domains are
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Health Outcomes Domains

3) Social Functioning (SF), or social interaction, interdependence 

of a person within social environs in four ways: social roles (e.g. 

job, parenting); engagement in community, neighborhood (social 

integration); closeness of interpersonal relationships (quality of integration); closeness of interpersonal relationships (quality of 

social network); social support (e.g. emotional, physical.

4) Pain, besides mental health, pain is the most frequently 

reported reason for physician visit (or “chief complaint” AHRQ 

2008); measures of pain assess the degree of physical discomfort 

in terms of intensity, duration, frequency, timing, precipitating 

and alleviating factors, all critical to developing a history of 

present illness. 

18
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Health Outcomes Domains. 

5) Cognitive functioning (CF), or the range of a person’s 

intellectual ability, measured in three ways: memory (e.g. 

significant dates, events), reasoning ability (e.g. computational 

tasks), orientation (to person, place, time in current surrounding)tasks), orientation (to person, place, time in current surrounding)

6) Vitality, in two constructs: energy and sleep and rest (basic 

needs besides food and shelter); e.g. the Pittsburg Sleep Quality 

Index (PSQI). Instruments assess sleep as a complex 

phenomenon characterized by sleep quality, bedtime routine, 

wake-up time, sleep latency, and duration. The PSQI assesses the 

partner as well. Both the SF-36 and SIP dedicate questions to 
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Health Outcomes Domains. 

7) Overall well-being (OWB), or life satisfaction, global measure 

(combining physical, psychological, social dimensions) of a 
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Practical Considerations

• Measure at baseline and follow-up to track treatment impact

• Serial assessment of generic measures is the core of health 

outcomes research

• Include health transition item, which asks person to compare • Include health transition item, which asks person to compare 

present to previous health state (Feinstein 1987),  with the 

generic measure used: enhances interpretation of the 

measure, adds useful information per se (Fischer et al. 1999)

• Use existing generic measure instead of creating new one: the 

development work is extensive, dwarfs most applied studies 

Settle the following practical issues, but only after the 

conceptual model and psychometric issues have been resolved
21
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Settle these Practical Considerations

– Length of time needed to administer, complete questionnaire

– Appropriate format for survey: teleph, face-to-face, self-admin

– Use of proxy respondents or not

– Cost of administration: data collection and entry– Cost of administration: data collection and entry

– Complexity of measurement and scoring methods

– Acceptability of survey to patients/respondents and clinicians 

– Expected format for presenting results, hint: policy-makers, 

clinicians often find single, summary values more likable than 

separate domain scores

– Treat scores not as indisputable, objective indicators of 

underlying health but as present findings

All these criteria cannot always be optimally met: keep going
22
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Choosing a measure. Investigators have an array of sophisticated 

patient-reported generic measures available now to complement 

or substitute for three traditional indicators of generic health 

(death, disease, disability, utilization of HC services) reported 

from medical records, vital statistics, and hospital charts. from medical records, vital statistics, and hospital charts. 

Utilization is sometimes used as a proxy for health status but it is 
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Conclusion
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Two types of Condition-specific measures 

• Clinical: primarily measures of signs, symptoms, and tests

• Experiential:  assesses impact of the disease or condition on 

patient, hence evaluates health in ways like those of a generic 

measures, only more fine-tuned to that disease or conditionmeasures, only more fine-tuned to that disease or condition

So why not assess just with Generic measures (GMs)? Granted, 

GMs cover many facets of disease outcomes, the SF-36 health 

survey (chap 6) for example which

• taps eight distinct aspects of functional health status including 

(Table 6-6) Physical functioning, Role limitations-physical, 

Bodily pain, General health, Social functioning, Vitality, Role 

limitations-emotional, and Mental health, as well as

• two composite summaries: physical and mental health
26



���������������������	�����

�������	�������

A GM like the SF-36 thus works across dimensions, e.g.

• a drug may be found to improve Physical functioning but 

cause fatigue (reduced Vitality) as a side effect

• the contrasting outcomes on these two dimensions go into a 

summary score across all eight of the SF-36’s subscales  summary score across all eight of the SF-36’s subscales  

• the problem is that, with just this summary score, clinically 

important  findings could be missed (Patrick and Deyo 1989)

• thus in intervention research, by not isolating the dimension/s 

of greatest interest, a true treatment effect could be masked

• a CSM designed to assess fatigue, and more sensitively, could 

accurately detect the drug’s clinically significant side effect

• Bottom-line: CSMs hone in on what is especially salient, a gain 

on clinical sensitivity (depth) albeit a loss on breadth 
27
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GMs may miss clinically significant treatment effects due to 

floor (or ceiling) effects, e.g.

• a GM normed to distinguish healthy from unhealthy persons 

may not be able to distinguish unhealthy from very unhealthy 

persons because the entire sample may bunch at the lower persons because the entire sample may bunch at the lower 

end of the scale before and after an intervention

• a CSM in contrast is often designed/aimed at a particular 

segment of the distribution, e.g. those from the ill to very ill

A GM may likewise omit a necessary dimension of health, e.g. 

• positive effects of treatment for hypertension may be missed 

using the SF-36 because improved BP may go unnoticed to 

patients, despite its profound long-term consequences for 

health 
28
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But CSMs too have drawbacks, including that

• to measure a condition more precisely, a CSM measures more 

narrowly than a GM, which may miss important intervention 

effects

• CSMs cannot be used to compare among conditions, e.g. • CSMs cannot be used to compare among conditions, e.g. 

improvements in diabetes care cannot thereby be readily 

compared to decrease in arthritis symptoms 

• many conditions have a plethora of available scales, thus if an 

investigator is interested not only in her/his treatment effect/s 

but also in comparing these effects to those of other studies, 

using a CSM may be a handicap, in contrast to using GMs like 

the SF-36 or EuroQual 5D which support such comparisons 

29
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The Combined GM/CSM approach

• Example 2: in Bombardier et al. (1995, Bellamy et al. 1988), a 
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Here are some Alternatives to GM or CSM only and GM/CSMs 

combination approaches (Table 7-2 and passim)

Approach Discussion

Modify a generic 

measure for a 

specific condition

But once a scale has been modified and re-weighted, it is no 

more comparable to the original than a completely unrelated 

scale. And the advantage of a GM is lost, the ability to compare 

32

specific condition scale. And the advantage of a GM is lost, the ability to compare 

to other studies that have used the same measure.

Attach a 

condition-specific 

supplement to  

general measure

Goal is to have the condition-specific supplement not overlap 

measurement of the domains of the GM but expand it into 

domains of added interest. This retains advantage of the GM, 

comparability, and taps domains of interest in the supplement.

Use battery of 

condition specific 

measures

Addresses the narrowness and specificity of single CSMs by 

expanding the number of domains measured. But it may be 

easier, cheaper, and more thorough to use GM/CSM 

combinations. And a battery of CSMs does not have the 

comparability of a GM, alone or in combination with CSMs.
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Choosing a Condition-specific measure

• Choosing appropriate domains is the key to selecting the right 

CSM/s: the choice is informed by whether the CSM selected is 

meant to target a symptom, sign, test, or function (Table 7-3)

• NB: It is not clear, for example, that symptoms reported by • NB: It is not clear, for example, that symptoms reported by 

patients are less reliable than other types of CSMs.

• Each type of measure has weaknesses. 

• Each may tap different domains measuring impact of the 

condition on the patient. 

• Some domains, e.g. pain, may be measured by each of the 
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Types of Condition-specific measures (Table 7-3 and passim)

Definition Example
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Generic measures: to include or not to include with a CSM?

• GMs complement CSMs: “An intervention’s primary impact 
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Generic measures: to include or not to include with a CSM?

• Likewise
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Finally, choosing to create Condition-specific measure

• the work (time, cost) to create a new measure is daunting: do 

not do it unless there is no acceptable measure available. 
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Last slide! 
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