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1990s-Duke 
Neurology Residency

• My first encounter with ALS
• Amazed by the person’s story, physical 

findings
• Horrified when my attending said “we 

know what this is called, but we don’t 
know why it happens and there is nothing 
we can do about it.  Go home and get your 
affairs in order”

• Decided to stay at Duke and build a new 
clinic to offer options, research program to 
offer hope



2001 to Present-Growing 
Duke ALS Clinic

• Large Multi-Disciplinary 
Team
• 2 ALS neurologists, 2 

speech therapists, 2 
physical therapists, 2 
occupational 
therapists, 2 
respiratory therapists, 
1 pulmonologist, 1 
nutritionist, 1 rehab 
engineer, 1 social 
worker/coordinator, 1 
research nurse

• Research
• Genetics, biomarkers, 

trials

• Lots of patients
• 250 new patients last 

year, following 500 
patients

• Unique attire, approach



Low Enrollment in ALS Research

On average, <10% of PALS in a 
given clinic will ever enroll

Mean ALS trial enrollment rate 
is 2 patients per site per month

ALS 2008;5:257-265

Not changing much over time



Why This Matters

• Poor enrollment means:
– Patients are being deprived of the benefits of being in trials

– Trials take longer, are more expensive, may be terminated without a 
definitive conclusion
– Clinical Trials 2010;7:312-321

– Results may not be generalizable
– Neurology 2011;77:1432

– Unless this can be solved, it will take longer than it should to find a cure for 
ALS



Understanding Low 
Enrollment

• Not enough options
• Patients disconnected

• Unaware of or have misconceptions about 
research options

• Don’t appreciate pre-clinical models, small 
effect sizes we are looking for, restrictive 
inclusion criteria, use of placebos, trial travel 
burdens, or the long time it takes to get 
results

• Many “self-experimenting” with alternative 
and off label treatments (AOTs) and frustrated 
that doctors not more interested in these

• Patient quotes



Clinical Research 
Learning Institutes 

(CRLIs)

• Looked at other fields to see 
how they were dealing with 
these same issues

• Heard about and attended a 
program in Parkinson’s disease 
called Clinical Research Learning 
Institute, trains patients, family 
members to better understand 
research process, opportunities 
to influence and improve it

• Found ways to engage patients 
throughout the research 
process

• This was leading to more 
studies, improved awareness, 
studies with better questions, 
more-patient centric designs, 
easier consent forms, improved 
enrollment

https://www.parkinson.org/research/Patient-Engagement



ALS CRLIs
• We have held 23 CRLIs thus far

• Clearwater 2011-2019, 2022
• Internet 2013, 2020, 2021
• Philadelphia 2013, 2014, 2019-2022
• Sacramento 2017
• Phoenix 2018
• St. Louis 2018
• Chicago 2021
• Canada 2021

• We have trained more than 550 “ALS Research Ambassadors”



PEACe (Patient 
Education and 

Advocacy 
Committee)

• Chairs: Allison Bulat, Nadia Sethi
• Members: All research 

ambassadors, NEALS clinicians
• Monthly video conferences 

connecting Research Ambassadors 
to different stakeholders in ALS 
research
– PAGs
– Sponsors of upcoming, future 

studies
– Individual researchers



Ambassadors In Action-
Fundraising to Increase Availability

• Played key roles in 
raising hundreds of 
millions for research

• Ex. 2 of them started 
the 2014 ALS Ice Bucket 
Challenge ($200M)



Ambassadors In Action-
Advocating to Increase 
Research Availability
• Thousands of interactions with 

members of Congress
• Helped obtain and maintain funding 

for National ALS Registry 
• Helped obtain and grow funding for 

DOD’s ALSRP
• Facilitated Act For ALS in 2021

• $500 million in new funds for ALS 
Research and Expanded Access!



Ambassadors In Action-
Improving Study Designs
• 2016 Airlie House ALS Clinical Trial 

Guidelines
• International gathering of clinicians, 

scientists, patients (including ALS 
Research Ambassadors)

• Created an evidence and experience-
based guide for optimizing designs of 
future ALS trials

• Key suggestions related to engagement:
• Improved advertising, education 
• Improved compensation
• Timely notification of results
• Acknowledgement of participants
• Publication of results in Open Access form
• Inviting patients to attend scientific meetings



Ambassadors In Action-
Improving Study Designs

• Interacting with ALS 
researchers to design 
more attractive, patient-
friendly studies
– Reviewers for TREAT ALS, 

DOD ALSRP grant 
submissions

– Connecting with funded 
investigators (ex. Anne 
Marie Willis, Rick Bedlack)

– Connecting with Sponsors



Ambassadors In Action-
Spreading Awareness

• 1000 speeches at at 
support groups and 
fundraisers

• 700 interviews, blogs, 
website posts

• Advising us on better 
ways to advertise open 
trials
– NEALS Trial Search Engine
– ALS Signal
– NEALS Trial Concierge
– National ALS Registry 

Research Notification Tool

https://www.alsconsortium.org/for-people-with-als-caregivers/clinical-research-learning-institute-crli/

https://www.alsconsortium.org/for-people-with-als-caregivers/clinical-research-learning-institute-crli/


Ambassadors In 
Action-
Education

• Support group talks, 
webinars, Facebook 
posts, chat room 
responses, mentoring 
for other PALS, CALS 
educating them on 
research terminology, 
importance of certain 
trial design features, 
common research 
misconceptions

• Teaching in the CRLI



Ambassadors In Action-
Educating on Active, Recently 
Completed Projects

• CReATe Consortium Podcasts
• ALS Research Paper Review
• Your ALS Guide



Ambassadors In 
Action-
Educating on 
Alternatives

• ALSUntangled 
(www.alsuntangled.org)
• Started 2009 
• Systematically 

assesses AOTs, 
toward ultimately 
helping PALS make 
more informed 
decisions

• Ambassadors have 
provided ideas for 
new reviews, 
optimizing our 
website



Ambassadors In 
Action-Accelerating 
Regulatory 
Pathway

• Participated (with many 
others) in creating ALS 
FDA Drug Development 
Guidance

• Participated (with many 
others) in recent 
meetings with FDA, 
congress related to 
regulatory aspects of 
drug development

• Testified at recent FDA 
hearings on AMX0035
• Approved in September 

2022



Conclusions

• Empowering patients to be 
partners, rather than 
subjects, has led to more 
and better ALS options

• We really are “better 
together”



Expectations

• Expectations from faculty in this 
program are to:
– Teach you about the research 

process, how to critique a scientific 
publication, the ALS pipeline, 
barriers to success, and 
opportunities for overcoming these 
barriers via education and 
advocacy;

– Lead monthly PEACe 
Calls/Meetings in which you will be 
presented with research 
engagement opportunities

– Be available from now forward to 
you for questions, suggestions and 
mentoring.



Expectations

• Expectations from attendees in this program are 
to:
• Engage in discussion throughout this 

program and afterward
• Read the selected paper and be prepared to 

weigh in on a critique of it
• Complete your evaluation form afterward to 

help us improve the program
• Become “Research Ambassadors”; In this 

role, to educate and advocate to/for other 
PALS, CALS, decision makers and help us 
design better trials and awareness 
campaigns

• Participate in PEACe Meetings
• Maintain NEALS “tracker” with “contacts” 

you make, participate in NEALS Research 
Ambassadors’ Facebook page



Questions



Thanks

You!

Other Research 
Ambassadors

Sponsors

Faculty


