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Amyotrophic Lateral Sclerosis (ALS) / 
Motor Neurone Disease (MND) 





•  Specific Websites 
–  Bulletin boards / chatrooms 
–  Moderated, more user-driven 
–  Informal links to organizations 
 

•  Users 
–  Diverse mix of users not just techies 
–  Some monitoring but no interaction w/HCPs 
–  Self-taught medical / scientific knowledge 

•  Technology 
–  Dialup modems (56k & ISDN) 
–  Decreasing use of fax, “snail mail” 
–  Unlimited access net plans (AOL) 
–  Dot-com boom 

Mid-2000’s Internet (Pre Social Media) 





Step	
  1:	
  
Create/update	
  and	
  
share	
  your	
  health	
  
profile	
  

Step	
  2:	
  
Find	
  support	
  from	
  
others	
  like	
  you	
  and	
  
compare	
  experiences	
  

Step	
  3:	
  
Learn	
  from	
  aggregated	
  
community	
  Treatment	
  
and	
  Symptom	
  Reports	
  

Step	
  4:	
  
Take	
  profile	
  to	
  your	
  doctor	
  to	
  have	
  an	
  
improved	
  treatment	
  conversa?on	
  

Step	
  5:	
  
Play	
  an	
  integral	
  
part	
  in	
  your	
  own	
  
health	
  care	
  

PatientsLikeMe 









5 Phases of PRO development 

Concept	
  
Elicita?on	
   Feedback	
   Test	
   Retest	
   Follow	
  up	
  

Qualita1ve	
  phase	
   Quan1ta1ve/psychometric	
  phase	
  

• 	
  To	
  obtain	
  input	
  
from	
  pa?ents	
  

	
  
• 	
  Opportunity	
  to	
  
examine	
  pa?ent	
  
experience	
  at	
  a	
  
large	
  scale	
  

	
  
• 	
  Item	
  genera?on	
  

process	
  
	
  

• 	
  Based	
  on	
  open-­‐
ended	
  ques1ons	
  

	
  
• 	
  Equivalent	
  to	
  cogni?ve	
  

debriefing	
  
	
  	
  

• 	
  To	
  evaluate	
  clarity,	
  
relevance,	
  and	
  adequacy	
  of	
  
response	
  op?ons	
  for	
  each	
  

item	
  

• 	
  Item	
  review	
  based	
  on	
  
pa?ent	
  feedback	
  

	
  
• 	
  	
  4	
  feedback	
  ques1ons	
  are	
  

displayed	
  below	
  each	
  
evaluated	
  item	
  

	
  

• 	
  Psychometric	
  evalua?on	
  of	
  
the	
  new	
  instrument	
  (validity	
  

and	
  reliability)	
  
	
  

• 	
  Flexible	
  study	
  design	
  
	
  

• 	
  Ongoing	
  pa?ent	
  input	
  
available	
  through	
  item-­‐level	
  
and	
  post-­‐survey	
  feedback	
  

	
  

	
  

• 	
  To	
  evaluate	
  the	
  
ability	
  to	
  detect	
  

change	
  
	
  



§  ALS patient noticed 
ALSFRS-R wasn't 
sensitive enough to 
capture function in 
advanced ALS, “floor 
effect” of measure 

§  200+ patients 
participated in study 
to construct and pilot 
a new, more sensitive 
instrument  

§  3 new items were 
selected to be 
included in the new 
ALSFRS-EX measure 

§  Being used by the VA 
biobank and 
academic studies 11 

Measuring Advanced ALS 



Challenges in PRO Development Today 

•  Slow (2-4 years) & expensive to develop 
($725k-$2.1m) 

•  Only available in few diseases 
•  Typically license fee for use 
•  Many lack patient input in design 
•  Outdated e.g. home shopping, internet, 

smartphones 
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Open Research Exchange (ORE) 

•  A PRO builder toolset modeled on open source 
software 

•  Includes versioning, branching, contributions, feedback 

•  Social Architecture for collaboration, credentialing, credit 

•  Automated psychometric statistics for PRO 
improvement 

•  Database of instruments and supporting data 
•  Scientific support from experts at PatientsLikeMe & SAB 



•  Patient-Relevant Concepts in Chronic Lymphocytic Leukemia 
(Janssen) 
o  50 adults with CLL recruited via PatientsLikeMe 
o  78% reported at least one symptom 
o  369 descriptions of CLL symptoms including fatigue (40%), 

tiredness (38%), night sweats (38%), swollen lymph nodes 
(32%) 

o  Supplemental telephone interviews included for a subset 
o  Concept saturation was achieved using the web-only technique 

•  Ovarian Cancer – “In your own words” (AstraZeneca) 
o  30 adults with Ovarian cancer recruited via PatientsLikeMe 
o  Symptoms leading to diagnosis, patient journey 
o  Symptom fluctuations, worst symptom over course 
o  Impact of treatment(s) and description of follow-up care 



Patient-Level Data Display 



Real-time Psychometric Stats 



Arnstein (1969) Ladder of Citizen Participation 
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Let the patient revolution begin!  
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