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(Music playing) 
 

Mindy Henderson: Welcome to the Quest Podcast proudly presented by the 
Muscular Dystrophy Association, as part  of  the Quest fami ly 
of content. I'm your host,  Mindy Henderson. Together,  we are 
here to br ing thoughtful  conversation to the neuromuscular 
disease community and beyond, about issues affecting those 
with neuromuscular disease and other disabili ties,  and those 
who love them. We are  here fo r you to  educate and inform, to 
demystify, to  inspire  and to entertain.  Thanks for jo ining. 
Now, let's  get sta rted.  

 My fi rst guest is Dr. Paul  Mehta. He is the principal  
investigator for the United States congressionally  mandated 
National Amyotrophic Lateral  Sclerosis,  or ALS, Registry, 
which resides within the Centers for D isease Control and 
Prevention, and is responsible for provid ing medical, 
scientific  and epidemiological  expertise on matters related to 
ALS. Dr.  Mehta, thank you so much for being here.  

Dr. Paul  Mehta:  Thank you, Mindy, fo r having me and thank you for bringing 
attention to ALS. 

Mindy Henderson: Absolutely. I've been looking fo rward to speaking to you. 
Would you like to tel l us just a li tt le bi t more  about your 
background and the work that you do? 

Dr. Paul  Mehta:  Sure. So I 've been with the National ALS Registry for,  i t ' l l  be 
nine years this October,  as the PI.  We're a  small l i t group of 
individual scientist  at  CDC ATSDR. And what we do here is 
we try to figure out who gets ALS in the US, demographics of 
disease, epidemiology, the incidence, prevalence and 



 

 

mortali ty  of  ALS. And more important ly,  we also t ry to figure  
out what causes ALS, the risk factors for  ALS, why do 
patients get ALS, and hopefully  in the fu ture to mitigate and 
potentially  p revent ALS, which is  very, very important.  

Mindy Henderson: Absolutely. Could you go ahead and give us an overview of 
exactly what ALS is and how it  presents? 

Dr. Paul  Mehta:  Sure. So ALS is part o f the motor  neuron disease family.  Like 
you said earlier , ALS is  of amyotrophic latera l sclerosis. I t is 
a progressive muscle weakness disease with the death of 
motor neurons, both in the upper and lower motor  neurons. 
What ends up happening is patients present di ffe rently  wi th 
ALS. Some can present with muscle weakness in the upper 
body or lower extremit ies. Some could also have typically  
walking, dif ficul ty  speaking and so forth.  Typically, no single 
ALS case is the same. It 's always a bi t di ffe rent when it  
comes to presentation of the disease itself . Pat ients  in 
general will  have muscle weakness. They can have fatigue, 
also overactive reflexes as well . So it 's  just  a di ffe rent 
amalgamation of sorts o f symptoms they certainly  can have 
and how they present to the pr imary care physician, and 
eventually, when they go see a neurologist fo r a d iagnosis. 

Mindy Henderson: Right. And so I hear frequently  in the work that  I  do that ALS 
is very hard to diagnose. I hear that  of tentimes, it  can take 
several years even to get a diagnosis and to fo llow those 
breadcrumbs to get to the correct  diagnosis. Is it  really the 
reasons that you just stated and how di fferent ly it  presents 
that makes it  so hard to  diagnose? 

Dr. Paul  Mehta:  Well,  r ight now, there is no specific  b lood test for  ALS, or a  
specific  guess in terms of  there  are for  other d iseases out 
there. You can't  just  take a blood test  f rom your finger and 
say, "Hey, I 've got ALS."  So i t's  a lmost l ike where you're 
ruling out certain  other d iseases to figure out, "Hey,  do you 
have ALS?" Sometimes they call it  a diagnosis of exclusion 
when it comes to ALS. And like I mentioned earl ier , everyone 
presents different ly.  So i t can present,  for  example, with a 
foot drop,  or  some could present weakness in let's  say their 
arm or their  hand or something l ike that. And that can also be 
misdiagnosed because for example, i f you're an a thlete or 
something like that , you've had a prio r injury,  which could be 
matching ALS, but potentia lly  is ALS. But  as a previous 
sports injury , it  could be something else. 

 So that's why i t's  d if ficul t to diagnose ALS because like I 
said, everyone presents different ly  and the signs and 
symptoms aren't always there in  the beginning. They kind of 
progress. So you may have difficult ies in , for example, 
speaking. I t's  progressive, so you're  f ine, then it  gets worse 



 

 

and worse and worse. Then you go see your doctor to figure  
out what's going on and so forth. So that  by itsel f makes it a 
bit di f ficult  to  f igure out,  when ALS is occurring and when it's  
diagnosed. In general,  i t can take up to 12 months to go 
ahead and diagnose ALS. 

 And there's a concerted effort  by MDA and other groups to 
make sure we can go ahead and make that diagnosis delay a 
much shorter, in te rms of having it  not as long as 12  months, 
making it hopefully  less than 12 months, three to four 
months, and lett ing providers out  there be aware,  hey, i f 
there's a question, go ahead and refer  to  a neurologist.  I f you 
have something you've not seen before or something, fo r 
example, if  there's fasciculations in your tongue, which is 
presenting from the patient  i tself , to go ahead and refer to a 
neurologist or go ahead and make that re ferra l just to be on 
the safe side so we can potential ly  catch i t ear ly. But to go 
ahead and catch it ear ly is  very, very important.  

Mindy Henderson: Okay. So it  sounds like there's a lot  of d iscussion about 
trying to work toward earl ier  diagnosis of ALS, for  obvious 
reasons. The earlier you diagnose, the ear lier you can treat. 
So it  sounds as though like there's  nothing exactly  that's 
really,  for  lack of  a better term, like an ALS call ing card, that 
if  you see a particular  th ing, you should really think about 
looking into ALS. 

Dr. Paul  Mehta:  Yes, that is correct . Other d iseases have calling cards out 
there. Let me give you an example, l ike a heart  attack. Heart 
attack can present typically  in a very,  very standard sort of  
way. So you can have a referred pain in your arm, you could 
have sweating, you could have chest pain and so forth. And 
i t  happens all acutely, le t's  say in a  heart  attack.  

 But with  something like ALS, i t 's  happening gradually. I  
mentioned athletes. You athletes out there  who are very 
active. People are very act ive and, "Hey, my loved one 
tr ipped, my husband tripped, my spouse tripped," and so 
forth . And that  certa inly could be very,  very common. But 
when it's  happening more and more often is where we want 
to say, "Hey,  let 's  go ahead and refer you to  a specialist to 
figure out to  make sure it  is not  ALS or maybe it's  something 
else happening as well."  Every single pat ient presents 
diffe rently.  Every single patient  progresses dif ferent ly  as 
well.  Some patients progress slowly,  some patients progress 
very, very fast . So it  just  depends on the patient themselves 
and the actual disease characteristics too.  

Mindy Henderson: And so the fact that it  does present so diffe rently  in 
everyone. Is that part o f or  al l of  what makes it  so 



 

 

challenging to attempt to research and better understand and 
treat  the disease? 

Dr. Paul  Mehta:  I would say yes. I  th ink because it  is not  a set s tandard of 
symptoms which happen with ALS, they di ffer f rom patient to 
patient. So that  makes it a  bit  more of  a challenge for 
clinicians to say,  "Hey, I think you may have ALS," or "You 
may not have ALS," and so forth . For example, you could 
have someone who goes to the emergency room because 
they've tripped and they could be diagnosed well, "Hey 
you're potentially  just  t ired."  And they may get sent home 
and then a month or two late r,  they're  back in the ER 
because they've tripped and they've had, let's  say now a 
head injury begins resulting in their  fal l.  I t is a d isease which 
can occur in anybody, whether i t 's  males,  females.  And what 
we have seen it general ly  occurs in males more so than 
females. 

Mindy Henderson: Okay. And you mentioned athletes and firef ighters,  I  think a 
minute ago. And this  is something that  I've recently  learned 
is that  f ire fighters and ath letes are actual ly  at  a higher r isk 
for ALS than some other people. Can you explain the 
relationship between those factors where  you may have a 
very physical role in  some sort,  but then the re lationship 
between that and the genetics that  causes ALS? 

Dr. Paul  Mehta:  So you mentioned firef ighters.  So f ire fighters  are certainly  
exposed to chemicals throughout their  occupation, and we're 
not sure i f those chemicals potentially  could cause or make 
them at greater risk for ALS. And that's  one of the questions 
we want to answer. A thletes also,  because they're doing a lot  
of stressful activi ties to their  bodies and so forth,  and that by 
itself  can release fo r example, oxidative s tress and so forth . 
And so we're not sure if  that  by i tself  could be a factor fo r 
ALS, and certain athle tes as well . There is some research 
that was done in I taly,  which showed soccer players were at  
greater risk at  ALS. And that  potentia lly  could be because of 
hitt ing each other's  heads when they're heading a ball or  so 
forth , and gett ing a concussion. But more research needs to 
be done in that area,  f igure out i f that certainly  is the case or 
not.  

 Another fact,  another group,  which I  want to  mention is vets,  
mili tary members.  

Mindy Henderson: Yes. 

Dr. Paul  Mehta:  They are actually  at twice the r isk of getting ALS than those 
who've not served. And we're not sure why,  and that 's real ly  
important for  us to figure  out why are our veterans a t twice 
the r isk of getting ALS than non vets? That's certainly  a 



 

 

question we want to answer th rough research. Our vets are 
great patr iots.  They do a lot  for  the country  and they give up 
a lot  as well.  And so i t's  certainly  important  fo r us to  make 
sure hey, and find out the answers for  them. 

 You mentioned genetics. So about 90% of ALS is considered 
sporadic, meaning to say there's a potent ially  a l ink to the 
environment. And about 10% is considered famil ial ALS, or 
FALS. And that's  due to a  certain  number of genes that they 
may inherit . And those genes make them more likely  to 
potentially  get ALS than those who don't have the gene itself . 
There's certain genes that come to mind. One is the  SOD1 
gene, as well as the C9orf72 gene, which are the two most 
common genes related to ALS. But l ike I  said,  about 90% of 
ALS is sporadic, potentia lly  linked to the environment, and 
10% is genetics. 

Mindy Henderson: Interesting.  So what a re the d if ferent therapies and 
treatments that are  available fo r ALS right  now and how do 
they diffe r? 

Dr. Paul  Mehta:  So right  now, the two therapies out there  is one's called 
Riluzole, or Ri lutek, and one's called Edaravone, or 
Radicava. In these two therapies, what they do in general, 
they just pro long li fe for about two to  th ree months on 
average. Some patients more than two to three months, some 
patients less. It  al l depends on the patient themselves. Those 
are the only two drugs current ly approved for ALS by the 
FDA. There are other drugs that  are currently  in cl inical t ria ls 
and hopefully  they'll  have a good trial  outcome. 

 One of them is  AMX0035, or Amylyx, a company itself . And 
the FDA is going to be deciding exactly i f that's  going to be 
approved or not. But  r ight now, Mindy, there 's only two drugs 
out there for  ALS. And I  th ink that certainly  is a  f rustrat ion 
for pat ients because there's only two drugs out there. And on 
average, like I  mentioned, these drugs are only prolonging 
l ife  by two or three months. And we certa inly  need to have 
more drugs in the pipeline for  potential  fo r cl inical tr ials, as 
well as fo r approvals. And there's a hunger fo r that,  and that 
hunger needs to be met.  Reverse the disease or prevent 
disease itself,  those are certainly very,  very important.  

Mindy Henderson: Yeah. So the two drugs that exist  today, are  they drugs that 
would you choose one or the other,  or can they be used in 
parallel?  

Dr. Paul  Mehta:  They can be used in conjunction. It  al l depends on the 
neurologist and on the provider, if  they want to go and take 
them in conjunction or not.  And one of them is the IV infusion 
drug, which is Edaravone, or Radicava. There's a current ly  a 



 

 

clinical tr ial  on Radicava, Edaravone, to see if  an oral pil l is 
going to work,  which I  think would be a very , very good thing. 
And then the other one is actually  is also pi ll  or  an oral 
suspension, Riluzole, or  Ri lutek.  

Mindy Henderson: Great. Let 's tu rn to the ALS Registry and talk about that for 
just a second. Can you explain to me exactly  what the ALS 
Registry is and why someone should register  what the 
benefits  are? 

Dr. Paul  Mehta:  Absolutely. So the ALS Registry  was formed back in  2008. 
Because ALS is devastating, it 's  a game changer, i t 's  a li fe-
changing event, there was a concerted push by patients and 
caregivers to have the registry.  And once Congress passed 
the ALS Act i tself , they tasked CDC to go ahead and 
establish the registry.  We launched three years late r  on 
October 2010. And from there,  we l ike to describe ourself as 
a multi faceted research platfo rm.  So we do the number of 
cases of ALS in the US, the incidence, the prevalence, the 
mortali ty.  Then like I  said,  we also want to f igure ou t what 
causes ALS ,the r isk factors behind ALS. And this is done by 
having patients come to the registry and take risk factor 
surveys about where do they live,  where do they work, what  
were they potential ly  exposed to. We current ly  have 18 risk 
factor surveys in the registry that pat ients can take at their 
own leisure and in any order, and these r isk factor  surveys 
help researchers figure out the unknowns of ALS. 

 I l ike to  say there are  more unknowns than knowns about 
ALS at this  point.  And what we are doing a t CDC ATSDR is to 
figure out those knowns, and we do that by funding research 
through academia, as well as having patients take our r isk 
factor surveys, as well  as being counted. I t's  very important 
to be counted and having joined the ALS Registry, and 
coming to cdc.gov/als and signing up. And from there, we 
can give you information about a bio  repository , which is a 
national ALS biorepository,  where we go to patients homes 
and go in and collect their b lood, completely  for free . And 
that blood is  used to look fo r a reas such as genetics, 
biomarkers and so forth,  disease progression. We also work 
with big  drug companies out there as well . Sure you've heard 
of Amylyx, I mentioned earl ier .  

 We've helped to work with  Brainstorm, Cytokinet ics,  Biogen 
as well as Mitsubishi Tanabe Pharma in their  cl inical tr ials. 
So they come to us for  recrui tment assistance and we send 
their  information to our pool  of ALS pat ients. And those 
patients wil l,  in  turn , w il l  go ahead and contact the drug 
company about the clinical tr ial  i tself . And so th is is called a 
research notificat ion mechanism where we'll go ahead and 
we're l ike a matchmaker. They come to us, we give them 



 

 

informat ion about the cl inical tr ial . They'll  go ahead and 
contact the drug company to see if they're el igible  about this 
clinical tr ial . So it's  a great  resource.  

 And I also mentioned research. We currently  have funded 21 
research institu tions out there of  higher learning to  f igure out 
what causes ALS and those risk factors.  So fo r example, 
whether it 's  pestic ides, insectic ides, metals,  if  that's  a r isk 
factor,  genetics. We're also funding diffe rent g roups out 
there in ternationally . One group we funded was Trinity 
College out in Dubl in, and they were looking to  see why the 
ALS population in South America gets ALS at a much lower 
rate than let's  say the Caucasian population in Europe. And 
that's certainly interest ing to say, "Hey, how come this 
particular  demographic group is gett ing ALS at a much lower 
rate than those let's say in Europe?" And so from that, we 
can certainly  learn and see why that  is the case. 

Mindy Henderson: Very interest ing. So it  sounds like it 's  really  fair ly  pa tient  
driven to go and regis ter,  or are there are  also doctors who 
input info rmation into the regis try as wel l? 

Dr. Paul  Mehta:  No, we don't,  at  this poin t,  have doctors inputting 
informat ion. I bel ieve the MOVR system is that way for MDA, 
but we current ly  don't have i t that way.  I t's  al l pat ient dr iven. 
Patients can come in, sign up with the help of  their 
caregivers, or even wi th the help  of let's  say an MDA clinic 
personnel as well, they can help them sign up too and so 
forth . So it  is a ll  patient  driven where they come to our 
registry to go ahead and sign up. The registry also gets their  
cases from CMS centers,  centers for Medicare services, 
centers for Medicare and Medicaid services, as wel l as the 
VA system. We have agreements with them to  go ahead and 
get their cases into the registry as well .  

Mindy Henderson: That's fantastic.  Wel l,  i t certainly  sounds like the registry is 
well posit ioned to provide hope to ALS pat ients just  in the 
work that you're  doing and the answers that you're t rying to 
uncover. As we wrap things up, what do you think is , wi th the 
trends that you're  seeing in the research and the things that 
you're learning, what do you think is the most  exciting thing 
happening in ALS research today that might provide  
potentially  pat ients or fami lies who are  l istening wi th some of 
that hope? 

Dr. Paul  Mehta:  Absolutely. Firs t of  al l,  I  want to  say our regis try is for 
patients. It 's their registry and we are caretakers of  that 
registry.  There's been so much attention to ALS, but I  always 
say there's always going to be more at tention paid  to ALS. 
ALS is a ra re disease, but it 's  not a rare  disease if you get 
ALS. So it 's  a li fe changing event. And therefore , I think it 's  



 

 

very important  to make sure ALS gets the attent ion i t needs 
and deserves out there,  especially  for  research, especially 
for realiz ing,  hey, these are people out there  who've got this 
disease, it 's  a  l ife changing event. And frankly Mindy, the 
ALS patients I've met th roughout my time as the pr incipal 
investigator there, a re some of the nicest individuals out 
there. They're very a lt ruist ic  individuals,  very, very  humble 
people, and they really touch their  heart.  

 And for me, I  th ink just seeing what's happening these days 
in the ALS community, w ith  the research out there,  with the 
potential therapeutics coming online, fingers crossed, that  
these will  be approved and new ones will  be coming  up 
online as well.  I t 's really , really important. For me, as a 
clinician and a researcher,  i t 's  very important  to share that  
hope and to share that optimism with the ALS pat ients and 
the community, because we want something to help these 
patients to like I said,  ei ther to slow, halt , reverse or prevent 
their  disease. I think it 's  very important.  And there certainly  
is a lo t of  excitement out  there,  whether it 's  at  CDC or 
whether it 's  other clinics out  there .  

 For example, Massachusetts  General Hospital is a huge 
clinic out there as wel l a t Johns Hopkins also has a very, 
very big center out there as wel l.  They're al l groups that want 
the exact same thing. We want to make sure we have 
therapeutics out there  that  could help these patients  make 
ALS a livable disease, make it  where these patients can 
enjoy time with their  fami ly and pret ty much and hopefully 
lead a li fe where they can, l ike I  said, enjoy time with their  
family and just  be wi th their  loved ones. 

Mindy Henderson: That's great.  I f you don't mind, let's g ive that  URL one more 
time so that people can register .  

Dr. Paul  Mehta:  It's  cdc.gov/ALS. 

Mindy Henderson: Perfect.  And I'm going to put  that  in  the show notes as well, 
just in  case anyone listening doesn't have a pen handy. Dr.  
Mehta, thank you so much for your time and for a ll  of the 
incredible work that you al l are  doing and for  sharing your 
knowledge with us today.  

Dr. Paul  Mehta:  Thank you, Mindy, and thank you for having us. I  appreciate 
it .  

Mindy Henderson: My next guest is Dr. E lisabeth Kil roy. Watching the 
progression of her father's  and bro ther's muscular dystrophy 
ignited Dr. K il roy's  passion for understanding the in tricacy of 
the neuromuscular system and human movement. Dr. Ki lroy 
has a ton of super impressive credentials, and I love 



 

 

speaking to people that a re so much smarter  than me. I 'm 
going to go ahead and just let  you, Dr. K il roy, if  you don't 
mind introducing yourself and tell ing us a li tt le about your 
background. 

Dr. E lisabeth K... :  Yeah. I'm Elisabeth Kil roy. You can call  me Dr. K il roy if  you 
want, but it  st il l  feels so surreal  and just out of  place for  me. 
But I  current ly  serve as the director  of MOVR, which is 
MDA's patient registry.  And so my journey to  becoming the 
director o f MOVR really sta rts,  as you mentioned, my dad 
and brother have an unknown type of muscular dystrophy. 
Taking a step back, it became a fami ly t radit ion to  watch the 
Jerry Lewis tele thon on TV every year. And I  just  have such a 
vivid memory of me s it ting on the l iv ing room floor  in my 
Power Ranger onesie, tell ing my brother that  when I  grew up, 
I was going to answer telephones during the tele thon. 

Mindy Henderson: Oh my gosh. 

Dr. E lisabeth K... :  It 's  surreal  to actual ly  be working at  the MDA, but not 
actually  be answering the telephone. 

Mindy Henderson: Oh, that's  so cool. I love that s tory.  

Dr. E lisabeth K... :  Yeah. So fast forward a few years, and I was si tt ing in the 
hospital t rying to  understand why doctors were tell ing me 
that my father would never walk  again because he had a 
spinal cord inju ry. And as you said, in the intro,  i t ignited my 
curiosity  for understanding human movement. And then fast 
forward a few more years,  and my brother  received the 
diagnosis of muscular dystrophy. And I really found myself 
trying to understand why doctors were tel ling him that they 
do not know what type of muscular dystrophy is,  nor what 
gene is causing it. You heard on the news the buzzword of 
human genome sequencing, and we can identify  al l your 
genes. And I didn't  understand why they didn't know why his 
muscles were wasting. 

 And at that  t ime, I was also recovering from my thi rd  knee 
surgery. And I was really  frustrated because I wasn't gaining 
back the strength that  I  wanted to,  or the muscle mass that I  
lost f rom being on bedrest w ith my knee. So from there, I 
chose to study exercise science and neuroscience in college, 
and really fe ll  in love with  the basic science researcher and 
being in the lab and really  t rying to understand the intricacies 
of human movement, how muscle responds to injury  and how 
muscle responds to stimul i,  l ike strength tra ining or 
inactiv ity.  

 And then after  college, I wanted to pursue a PhD. My dad 
has his PhD and I always wanted become Dr. Kil roy too. So 



 

 

now we can duel it out  and see who's the better  Dr. Kilroy.  
But then once I completed my PhD, I went  on to  do training 
in a gene therapy lab,  so real ly t rying to  push out cures for  
these diseases. But I  really  learned that being a t the lab 
bench wasn't where I  could have the biggest impact.  I  real ly  
wanted to interact wi th individuals with  neuromuscular 
diseases, interact  wi th cl inic ians, researchers, drug 
developers, policy makers. And so that really led me to 
becoming the director of  MOVR, where I  could interact with  
all these individuals and have as big of an impact as  
possible. 

Mindy Henderson: That's amazing. And I have to say, I suspect your brother 
and your father are  probably incredibly  p roud of you and 
these are such hard things to go through in li fe. But as 
cheesy as it sounds, when your pain becomes your purpose, 
it 's  such a special thing. And I love working for  MDA myself.  
And hearing about the work that  you all  are doing on MOVR 
is amazing. So I  want to jump right  in.  Let's  start wi th MOVR. 
Do you want to just  start out  by explaining to  everyone what 
is MOVR and when was it created? 

Dr. E lisabeth K... :  Yeah, of course. So MOVR stands for  the neuromuscular 
observational research data hub, and it  was launched in 2019 
after  seeing how successful MDA's pilot  registry, the United 
States Neuromuscular Disease Registry, or USNDR, and it  
was really started to  see if  MDA could f il l  the gaps in the 
data shortage for neuromuscular diseases, and also, just the 
availabili ty  of this data . So the USNDR collected longitudinal 
data from 26 MDA care  centers. And there was about 2,700 
partic ipants diagnosed with one of four d iseases. So i t was 
ALS BMD, DMD, and SMA, and i t really  represented the fi rst 
centralized registry to  house data on multiple  neuromuscular 
diseases with the standardized framework fo r collect ing that 
data, meaning data is col lected using an electronic form and 
it's  standard for  all  the diseases. So the data is coming in 
and it's very easy to use,  very easy to analyze. 

 So MOVR now represents a more r igorous or expandable 
platform with  seven different  diseases that are captured. So 
now we're capturing, in addit ion to  ALS, BMD, DMD and 
SMA, we're now capturing a lso FSHD, LGMD and Pompe 
disease. So it's  s ti l l  powered by the nationwide network of 
care centers and it's  available to  every care center.  So care 
centers can elect to act ivate the MOVR study pro tocol and 
become a MOVR site.  So now they can start , when they see 
patients in the cl inic, they can ask them if  they would like to 
partic ipate in MOVR. Every time  they come back to the clinic,  
the data that  is col lected at that  visit  is  then entered  into  
MOVR. So there is an onboarding process for the care 



 

 

centers, but our long term goal is to  hopefully  make sure 
every care center becomes an active MOVR site. 

Mindy Henderson: That's fantastic.  And I  think a t last count we had something 
like 163 care centers. That 's a lo t-  

Dr. E lisabeth K... :  Right now we have 60 MOVR sites, so we're  almost there.  

Mindy Henderson: We're gett ing close. Okay. So what a re the plans to expand 
to other  conditions? I would imagine that  i t 's  pre tty 
methodical and the cri teria  is p robably pretty specif ic  each 
time you add a new condition to  the MOVR database. But  
what does that look l ike, the consideration to  add a new 
disease? And like I  said, what are the plans to expand? 

Dr. E lisabeth K... :  Yeah, this is  real ly  a great  question, and we hear this a lot  
from industries who are interested in accessing MOVR data, 
clinicians that  are seeing patients in the clin ic and other 
researchers really  in terested and invested in these 
neuromuscular diseases. So we want to expand MOVR to 
include all neuromuscular diseases. And right  now we're 
working on adding CMT, myasthenia gravis, and myotonic 
dystrophy. But one of the biggest hurdles in  adding more 
indications is what we refe r to as a data entry burden. So 
MOVR's capturing clinic entered data. So when the individual 
is seen at a partic ipat ing MOVR site , al l o f their  data is being 
entered into the electronic  medical record or health  record, 
but then that  data needs to then be transferred into  MOVR. 

 And this t ransfer is done manually  by research coordinators 
and trained study staf f at  that  si te. So it  takes t ime to 
complete the data entry process. So we have a standardized 
set of questions. They have to look at  the medical record and 
then use that to  answer these questions. So we're really 
trying to al leviate this manual data entry by using other data 
entry methods, such as batch uploading, or in tegrating the 
electronic health record wi th MOVR. And even try ing some 
new things like arti fic ial intel ligence and machine learning, to 
be able to pull  data directly  f rom the medical record and put 
it  direct ly  in to MOVR. 

Mindy Henderson: Okay. So you mentioned a standard set of questions. Is the 
set of questions that  you ask patients, is i t the same data 
that you capture from disease to disease, or is there  some 
variance? 

Dr. E lisabeth K... :  There is some variance. So for al l indications, we capture 
data using four di ffe rent forms.  So we have a demographics 
form, a diagnostic  form, an encounter form and a 
discontinuation form. So the demographics form and the 
discontinuation form are the same. So the demographics form 



 

 

is going to capture  the partic ipant's date  of enro llment in to 
MOVR, date of b ir th, gender,  race, e thnicity , insurance type, 
education, and employment. And then the d iscontinuation 
form is going to  capture the reason for discontinuation, such 
as was the patient lost to fo llow up, did they move to another 
clinical si te,  is the patient  wi thdrawing from the s tudy or has 
the part ic ipant become deceased. And if so, what  was the 
date and cause of the death? But  then the d iagnosis form 
and the encounter form are  unique to each individual 
indication. Each disease has their own diagnostic  cr iter ia and 
diagnosis method. And then the encounter form is what's 
completed at every visit . And every disease has different 
functional measures, disease progression measures and 
markers, and we want to  make sure that's  captured for each 
disease on its own. So there's  dif ferent  cri ter ia and questions 
in those forms. 

Mindy Henderson: That makes sense. So when you mentioned earlier that at the 
care center, the practi tioner  wil l ask a pat ient if  they want to  
partic ipate in MOVR, i f they say yes, are there speci fic  touch 
points? 

Dr. E lisabeth K... :  So we do ask that care centers enter data from their  normal 
visits at  the care  center. S ince it  is  an observational study, 
we don't make care centers do anything that they wouldn't 
normally  be doing in the visi t.  And i f something is  not done at 
that visi t o r wi thin 30 days leading up to  that  visi t,  we just 
don't capture i t.  So fo r example, for  a lot  of  these 
neuromuscular diseases, there's a lo t of  funct ional tests, l ike 
the six minute walk  test , or  t ime to cl imb four stai rs,  t ime to 
rise from supine. And if  this  isn't  being done at that  visit,  we 
don't ask the care center d irector  or the physician to  do 
these tests. We just want  to capture it  i f  i t was already done. 
Because again, we don't want to burden the si tes wi th more 
things to do, we just  want to capture everything that's 
already being done. 

Mindy Henderson: I see. And I do want to shi ft  gears in just a second and talk 
about ALS in part icular.  But just in general,  can you tel l me a  
lit tle  bit  about what we've been able to  do with  the MOVR 
data so far?  

Dr. E lisabeth K... :  Yeah, I absolutely  love this question.  I t gets me like  so pride 
and joy, something that I'm real ly  excited about because it 
takes time to get data  into a  database, as you can imagine. 
But now that we have data from over 4,000 partic ipants, I  
think the last time I checked we're at 4,400.  So i t is a lot  of 
data now. 

Mindy Henderson: That's fantastic.  



 

 

Dr. E lisabeth K... :  Yeah, it  real ly is.  So two of the biggest th ings that we've 
been able to achieve or accomplish with MOVR data thus fa r 
is to run cl inical tr ial  feasibil ity  analyses, and performed 
clinical tr ial  matching. So for c linical  t rial  feasibi li ty,  
companies will  send us their  inclusion and exclusion cri ter ia 
for their  proposed tr ial and we can then determine how many 
MOVR partic ipants would be el igible to partic ipate,  but also 
determine which cri ter ia are causing the number of  eligible 
partic ipants to be decreased. And this in formation can then 
be used by the company to reevaluate whether or  not that 
specific  cri terion is really  necessary. For example, boys with 
DMD and steroid use. So a lot o f cl inical t rials a re very 
specific  about their  stero id regimen,  how long they've been 
on it . And th is could impact whether o r not  a partic ipant is 
eligible.  So are those steroid c ri teria  necessary. And so then 
the company can reevaluate how they want to proceed in 
order to  recrui t the most number of  part ic ipants as possible. 

 Companies can send us their  inclusion and exclusion crite ria.  
And then we perform analyses to actually  identi fy  el igible 
partic ipants.  And then we send the info rmation about the trial  
to the p rincipal investigators at  the MOVR si te,  along with 
the ID numbers of  those part ic ipants who do qualify  or could 
be potentially  e ligible . And then the clin ician at the site can 
confirm a partic ipant's  elig ibil ity , decide whether the trial  
would be a good fit  and then share that  info rmation with the 
partic ipant,  and the partic ipant  can decide to reach out to the 
company running the tr ial .  

Mindy Henderson: I love it . And that's  so excit ing because I'm thinking back to 
my own journey with SMA and growing up before  things like 
Spinraza and other t reatments were available,  there  were 
clinical tr ials that I knew were out  there happening and going 
on, but I never really knew how to get plugged into them. The 
idea that now you've got th is database where you can 
proactively  identi fy  t ria l partic ipants of  things and make 
these tria ls available to them, that 's real ly excit ing.  

Dr. E lisabeth K... :  Yeah. And just l ike you said, l ike there's  so many tr ials out 
there, but a lot o f famil ies and patients, they don't always 
know what allows them to be included or excluded. And also, 
clinicians are so busy and they see so many patients, i t 's  
hard for  them to  learn about a  t rial  and then be able  to 
immediately  go and say, "Okay, I know this partic ipant, this 
partic ipant and this partic ipant would qual ify and be a good 
candidate." Now, we're  doing that  heavy lif ting for them and 
then they ult imately just get to go back and view the  data and 
make sure that yes, they would be a good f it .  

Mindy Henderson: That's amazing. So I spoke with Dr.  Mehta from the ALS 
Registry also fo r this podcast. And i t sounds like, I'm sure 



 

 

there are o ther di ffe rences, but the di ffe rence that's  really  
sort of  in  my mind become one of the pr imary di ffe rences 
between the ALS Registry and MOVR is that  the ALS 
Registry is largely pat ient d riven. So pat ients regis ter on 
their  own and share their  info rmation.  MOVR is init iated by a 
physician. And while a patient has to consent to part ic ipate, 
it 's  incumbent on the doctor to approach a patient about it . Is 
that accurate? 

Dr. E lisabeth K... :  Yeah. So once the patient consents to part ic ipate in MOVR, 
that's it . The rest  is on the cl inician and the study staff.  So 
again, the biggest thing that  separates MOVR from other 
registr ies, data captured in MOVR is  clinic  entered and it's  
transferred direct ly  f rom the medical record.  So th is not only 
ensures continuity  among the data from d if ferent s ites, 
diffe rent partic ipants,  but it  sets MOVR up to become a very 
rich source of data  that  could be used for regulatory  
submissions. So the data can be used to show the FDA that a 
drug or therapy is safe and ef fective, o r if  part ic ipants in 
MOVR are serving as a natural  history  or comparator arm fo r 
a tr ial , they have all th is good clinic entered data ra ther than 
a patient trying to answer questions that  they might  not ful ly  
understand or [crosstalk 00:36:48] expected. 

Mindy Henderson: Gotcha. I ment ioned ALS a li tt le while  ago. May is ALS 
Awareness Month. So I'd  love to  zero in  a l it tle  bit  on the 
data that's col lected in MOVR for ALS. Can you tel l us about 
the kinds of data that you collect  around ALS? 

Dr. E lisabeth K... :  Yeah. So ALS is actually  one of  my favori te data sets to 
explore and analyze because there's over 2,000 part ic ipants 
that have been collecting data in  MOVR. So I had mentioned 
earlier  about the di f ferent case report  fo rms. So for ALS, the 
diagnosis form captures data around the date of  symptom 
onset and the date of diagnosis. As we know, symptom onset 
to diagnosis can be relatively  long. And so we're  t rying to 
understand what is the fastest way to make that  t imeline 
shorter.  We also collect  which body regions were f irst 
affected, upper extremity,  lower extremity,  was it  the bulbar. 
And then we collect whether genetic testing was done and 
what the resul ts were.  So the genetic testing,  there are some 
candidate genes out there known to lead to ALS. But then 
there's also some sporadic cases too. So we want to  
understand that. And then one of the main d iagnostic  tests 
right  now is the revised El Escoria l cr ite ria,  so we capture 
that.  And then also fami ly histo ry. So trying to understand if 
anyone in your fami ly also is batt ling ALS or has battled ALS. 

Mindy Henderson: It's  such a complicated disease. From what I  understand, not 
being a doctor, but  i t 's  hugely variable from patient  to 
patient, wh ich must make it  real ly,  real ly  challenging. 



 

 

Dr. E lisabeth K... :  And that's what's really cool about having so many 
partic ipants.  2,000 is a huge number. And so I mentioned the 
diagnostic  form. But really  the bread and butter  of  MOVR is 
the encounter form, because this is capturing the longitudinal 
data, so at every cl inical  visit . And so this is collect ing 
informat ion about clinical  t ria l participat ion, falls  and 
hospitalizations. One of  the functional tests fo r ALS is the 
ALSFRS scores. So that asks you about climbing stairs, 
walking, swallowing, using your hands. It  also looks at 
nutri tional therapy use, mental and cognitive sta tus,  
medications, disease progression, assistive devices, 
pulmonary and cardiology, functional measures, and then 
also who the patient was seen by at that vis it  and re ferred to.  
And I th ink the referral data  is what's  real ly  inte resting to me 
because what are the most common practices that  
participants are  being referred to, and why could tha t be.  

Mindy Henderson: Interesting.  How is  ALS MOVR data feeding into  clin ical 
research or t rials?  

Dr. E lisabeth K... :  Yeah, so we actually  get to partner  wi th researchers to 
combine data, so combining data from MOVR with o ther data 
sets, as well  as starting to collect  new types of data . So 
we're current ly working wi th a company to set up a  study that 
would be run side by side wi th MOVR. And this is  really 
trying to track what is  l iv ing wi th ALS l ike, day to  day, versus 
just at  that  clin ical visi t.  So I  th ink we can defini tely  back 
clinical tr ials by for example, recrui ting partic ipants to 
partic ipate in a company tr ial and st il l  be involved in MOVR 
and combining those data sets. 

Mindy Henderson: That's great.  What do you think is the most exciting thing 
happening in ALS research today? 

Dr. E lisabeth K... :  It 's  just  always been a fascinating disease because it's  so 
diffe rent.  Every individual is af fected so dif ferent. Every new 
paper comes out and it's  just  a whole di ffe rent view of what 
ALS is. It 's  just  one of those diseases where you just keep 
learning about and you keep making progress and 
understanding, but then something new comes up. As a 
scientist,  i t blows my mind.  And i t's  frustrat ing. Everyone you 
know, you at least know one person in your l ife  that  has 
battled ALS and i t can just  be real ly  hard.  But one thing that I 
really am loving is a ll  the di ffe rent tools that  we are 
developing and we're using to understand the disease. 

 So for me, that is l ike when I looked up this question last 
night, l ike what's new on ALS, to p rep myself,  I  was just 
amazed by all the dif ferent  animal models.  So they're using 
Drosophila, so f ruit  f ly,  C. elegans, so worms. Zebra f ish. So 
I'm biased because Zebra fish was what my PhD used. And 



 

 

mice. And there's so many di fferent  models in knocking out 
the dif ferent  genes to understand what happens when you no 
longer have that gene, using dif ferent  techniques. So for  
example, with fl ies and worms, i t 's very  easy to manipulate 
their  genes and add environmental stressors. So you can 
understand what happens when they don't have this gene. 
What happens to the nervous system? What happens to the 
muscle. 

 And then with Zebra fish,  they're completely  t ransparent from 
fert il ization up to 15 days, and now nerding out. So  being 
completely  transparent, you can l itera lly  v isualize the nerves 
growing and the muscles being innervated by these nerves. 
So it's  real ly great  to see al l these papers util iz ing all the old 
techniques, new techniques and developing even more 
techniques with the technology that we have and the science 
we have. So I think that 's  something that  is really  most 
fascinating to me in the ALS world.  

Mindy Henderson: Yeah. Interesting. And again, not  a scientist ,  but what is 
coming to mind fo r me in listening to you explain this and the 
diffe rent kinds of  animals and organisms that they're looking 
at, I would think that would be incredibly  helpful  in getting to 
all of  the dif ferent  ways that ALS can present.  

Dr. E lisabeth K... :  I think that  when we look at science, we have to look through 
multiple  lenses, and this is real ly al lowing us to  look at 
multiple  lenses. And mult iple sizes. Going from a l it t le t iny 
fly,  all  the way up to a li tt le  mouse, their systems are 
diffe rent,  but they're the same. So it 's  really  cool to 
understand a disease in mult iple di ffe rent contexts.  

Mindy Henderson: That's really interest ing. Unfortunately,  I 'm going to have to 
wrap this up. But a re there  any final  thoughts that  you'd like 
to share wi th our listeners about ALS research or MOVR, in 
general? 

Dr. E lisabeth K... :  Yeah. I just want to say my fami ly 's  motto is  adapt and 
overcome. So every day is a new day that brings new 
challenges. So I just  ask lis teners to keep f ighting,  f ighting 
against ALS and all the o ther neuromuscular diseases. And 
as a researcher, I  know we are on the brink of  br inging a lot 
of ef fective and l ife a lter ing therapies to you and to 
individuals with  these diseases. And one thing that I 've 
learned is that  strength is in numbers. So the more 
partic ipants in MOVR, the more data we have to  generate 
hypotheses, to make conclusions. And the more individuals 
we have raising awareness about these rare diseases, the 
more power we have to inf luence polic ies and support  
therapeutic  development. So with Congress passing the act 
for ALS, that 's huge. Not only for  ALS, but  all  neuromuscular 



 

 

diseases. So I  ask everyone to keep adapting, overcoming 
and keep fighting the fight  against ALS. 

Mindy Henderson: So well said.  Thank you so much for your t ime and for being 
here today. I  appreciate i t.  

Dr. E lisabeth K... :  Yes. Thank you so much, Mindy. 

Mindy Henderson: Thank you for listening.  For more  info rmation about the 
guests you heard from today, go check them out at  
mda.org/podcast. And to learn  more about the Muscular 
Dystrophy Association, the services we provide, how you can 
get involved and to subscribe to Quest Magazine or to Quest 
Newsletter,  please go to mda.org/Quest.  I f  you enjoyed this 
episode, we'd be grateful if  you'd leave a review.  Go ahead 
and hit that  subscribe button so we can keep bringing you 
great content and maybe share it w ith a  f riend or two. Thanks 
everyone. Until next time,  go be the light  we al l need in this 
world.  

 


