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Types of Patient Reported Outcomes

• Health-related quality of life (HRQL)

multidimensional; generic or disease specific (e.g., SF-36)

• Functional status

ability to perform both basic and more advanced activities of daily life

• Symptom specific scales

specific to types of symptom (fatigue, pain intensity, etc.) 

• Health behaviors

specific to types of behaviors (smoking, drug use, physical activity, food consumption)

• Patient experience of Care

Cella D, Hahn EA, Jensen SE, et al. Patient-Reported Outcomes in Performance Measurement. Research Triangle Park (NC): RTI Press; 2015 Sep.

https://www.rti.org/rti-press


The FA-ADL

• Subramony, May, Lynch, Gomez, Fischbeck, Hallett, 
Taylor, Wilson, Ashizawa
Measuring Friedreich’s Ataxia, Neurology 2005

• “modelled after existing scales for e.g., ALS”

• 9 items, to be scores 0-4 
(normal/mild/moderate/severe/unable)

• Total Score of 36 (higher is worse)
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Correlations ADL vs SARA / mFARS
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Use in Clinical Trials



IONIA (idebenone, 2008/2009)

• Phase III Trial using ICARS as primary 
outcome measure

• 6-months treatment duration

• Results: Trend but no significance

• ADL result closely resembled the 
FARS / ICARS result



Deferiprone (2014)

• Phase II Trial using ICARS as 
primary outcome measure

• 6-months treatment duration

• Result: high dose showed 
worsening in ataxia

• ADL result closely resembled the 
FARS / ICARS result



MOXIE / Omaveloxolone



ADL in clinical trials
- closely resembles rating scale results
- slightly less powerful / sensitive



Disease Course of (Friedreich’s) Ataxia
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Outcome Measures
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• Rating Scales
• mFARS / SARA
• FARS.E (upright stability)

• Activities of Daily Living
• Timed Measures

• 25-Foot Walk (1MW, etc.)
• 9-HPT

• Disease Staging

• Rating Scales
• FARS B / FARS C

• Activities of Daily Living
• Timed Measures

• 9-HPT
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Outcome Measures, relative to Disease Phases



Loss of Ambulation

Outcome Measures, relative to Disease Phases
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ADL

Walking and Falling

Loss of
Walking 
Capacity

B
ir

th

D
ia

gn
o

si
s

Fulltime
Wheelchair Use

Use of Walking Aids

A
ge

 o
f 

Sy
m

p
to

m
 O

n
se

t

PROs Dressing, Eating, Hygiene



EFACTS FACOMS
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ADL Sensitivity in non-ambulatory populations

• EFACTS: Reetz et al, 2021



Loss of Ambulation

Outcome Sensitivity
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Defining clinically relevant milestones…
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EFACTS FACOMS
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FA-HI
FA-ADL

PROM-Ataxia
Symptoms
(fatigue, vision, pain, …)


