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A broader base of expertise, derived from a variety 

of realms and perspectives, can lead to better 

research designs, tools and outcomes



”…the main problem was 
that we couldn’t interpret 
the outcome measures 
from research studies 
(often scales of some (often scales of some 
sort). Although sufficient 
to secure drug marketing 
licenses, they had little 
practical meaning.”

Iain Chalmers

National Institute of Clinical Exellence (NICE) 

R&D Advisory Committee

BMJ 2007; 335: 400



Rating Scale Requirements in 
Interventional Studies

• To be meaningful and meet the purpose of their 
use in clinical trials, rating scales need to 
represent 

– rigorous measures of the variables they intend to 
quantify

– the variables that therapies are intended to target 

– the variables that are important to people with PD



Patient-Reported Outcome Measures

• Rating scales completed by patients themselves

• Often intended to provide patients with a voice in the decision 

making regarding effectiveness of therapies by assessing the 

impact of illness and therapy from their perspective  impact of illness and therapy from their perspective  

� Need to be relevant to those who respond to them 

• If not, they… 

…are unlikely to be valid representations of patients’ perspectives 

…may discriminate against those to whom they are less relevant  

…may threat scientific validity and basic bioethical principles 



• 202 people with Parkinson’s disease (PD)

• 3 health status/HRQL rating scales:
� NHP (38 items; generic)

� SF-36 (36 items; generic)

� PDQ-39 (39 items; PD-specific)

P=0.142 (Kruskal-Wallis test)

� PDQ-39 (39 items; PD-specific)

• Rating of overall content relevance (1-10; 

1=worst possible, 10=best possible)

IVs: Gender, Age, PD duration, Clinical and Perceived PD severity, Dyskinesias, Overall QoL, Respective summary scores 



What outcomes are important 

to assess in Parkinson’s disease from to assess in Parkinson’s disease from 

an end-user perspective?



Qualitative Literature Review

• PD impact from the patients' perspective

– Independence in daily life

– Walking/mobility

– Lack of energy/fatigue– Lack of energy/fatigue

– Unpredictability (due to fluctuating drug 

responses and dyskinesias)

– Communication



a All models controlled for age.
b Listed by order of entry into the models (forward method).
c IVs: PD duration (years), Cognition, Fatigue, Daytime sleepiness, Depression, Anxiety, Pain, Sleep quality, Motivation, 

Psychiatric complications.
d IVs: Parkinsonism, Mobility, Dyskinesias, Motor fluctuations, Falls and/or balance problems.
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Limited by pre-defined 

areas/independent variables…areas/independent variables…



AIMS:
� Identify important outcomes� Identify important outcomes
� Develop conceptual maps of prioritized outcomes 
� Determine the relative importance of identified 

outcomes for assessment in clinical PD trials 
… from the perspectives of people with PD and 

health care professionals



Group Concept Mapping
Qualitative

Patients – Clinicians – Researchers
Quantitative

“A concrete example of what is most important 

to assess when treating PD, regardless of whether 

there is such a treatment available or not, is…”

freezing gångförmåga 

medrörelser i armarna fall 

smärta svängningar (motoriskt / mentalt off) 

överrörlighet  svårt att äta (svälja och tugga ev finmotorik) 

kramper  stickningar (i fingrarna) 

svårt att andas rörlighet 

benskörhet balans 

talproblem (sluddrigare tal, svagare röst) mimikfattigdom 

förmåga att uppfatta vad folk säger muntorrhet 

värk sväljförmåga 

viktförändring tvångsmässiga upprepade handlingar 

aspirationsbesvär lågt blodtryck 

stelhet  kroppshållning 

ökad salivering (dregla) muskelsvaghet 

vända sig i sängen uppresning 

nedstämdhet inkontinens 

lukt skakningar 

frustration blodtrycksfall 

inre darrningar finmotorik 

psykiskt välbefinnande erektion 

skrivsvårigheter smak 

motorisk långsamhet svettningar 

mardrömmar sömnproblem 

yrsel svindlingskänsla  

förstoppning trängningar 

somna mitt på dagen  impotens 

reaktionsförmåga känslomässig balans 

oro  social förmåga 

håglöshet depression 

skamkänsla matt/ orkeslös/fatigue 

omdöme planera 

insikt distanslöshet 

ångest stresskänslighet 

aggressivitet initiativförmåga 

trötthet företagsamhet 

handlingsförmåga socialt umgänge 

simultanförmåga minne 

organisera hitta strategier 

� 99 statements (outcomes)



People with PD Health Care Professionals

People with PD vs. Health Care Professionals

Heterogeneous and unidimensional Homogeneous and multidimensional



People with PD Health Care Professionals

People with PD vs. Health Care Professionals

People with PD Clinicians

Quality of life Quality of life
Walking Depression
Mobility Fluctuations
Psychological well-being Walking
Sleep problems Sleep problems
Control over disease process Falling

Highest Importance-Rated Statements



• Despite overall similarities, patient perspectives 
differ from that of clinicans’ 

– Lived experience vs. scholarly/biomedical perspective

• End-user prioritized outcomes

– Quality of life, walking/mobility, sleep, fatigue, 
perceived disease control; fluctuations, depression, fallsperceived disease control; fluctuations, depression, falls

�Evidence from clinical trials that are more meaningful

and interpretable for end-users

• Implications 

– Needs for new and refined outcome measures

– Priorities for therapeutic research


