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W hat impact cou ld Pri dopidine hav e on

A LS ?  Pridopidine is  an inve s t igat ional  dr ug

re cently  in  a  c l in i cal  t r ia l  for  AL S,  so its

effects are  no t  yet  k no w n.  Pr ido pidine

activates the Sigma-1 Rece ptor  (S1R)  in

mo tor  neurons,  which may help  promote

neuron he alth  and reduce cel l  dea t h.

Pr idopidine may he lp  reg ulate  pa th ways that

are commonly  impaired  in  neurolo gic al

d iseases l ike  ALS.   

How do I  learn m ore  about this  EAP ?  

Fo l low  the l inks be l ow  o r  reac h out  to  a

part ic ipat ing re se arch  ce nte r  near  y o u  to

learn  what  is  invo lve d i n  part ic ipat ion a n d

whether  you may b e e l ig ib le  fo r  th is  E AP.

This  Pr idopidine Expanded Access

Protocol  (EAP)  wi l l  be  made avai lable

to 200 people  with  ALS at  up to  45 US

research centers.  This  EAP is  a  unique

opportunity  for  people  with  ALS to  gain

access to  an investigat ional  product

( IP)  and contr ibute to  c l in ical  research.

This  EAP is  for  those ALS indiv iduals

who are  otherwise inel ig ib le  for

ongoing c l in ical  tr ia ls .

Pridopidine  was studied in  Regimen D

of  the HEALEY ALS Platform Tr ia l .  The

Pr idopidine EAP wi l l  provide data to

supplement the pr idopidine c l in ical

development program by gather ing

longer-term safety,  b io logical ,  and

cl in ical  eff icacy data.  

This  EAP wi l l  be  conducted with  the

same scient if ic  r igor  as  a  tradit ional

c l in ical  tr ia l ,  and the data col lected wi l l

be reported as per  NIH requirements.

This  EAP is  supported 100% by the NINDS of  the

National  Inst itutes of  Health  under  award

number  U01NS136021,  led by  the Healey & AMG

Center  at  MGH and NEALS Consort ium in

col laborat ion with  Pr i lenia  Therapeutics

How is  Pridopidine a dmini stered?  

Prido pidine  is  a  capsule  t hat  ca n  b e taken  by

mouth o r  ope ne d and p l aced  through a

fee ding tube.  The  study drug is  i ntend e d to

be  taken twice da i ly .  

How m any in-person vi sits  ar e there and

how long could  I  pa rti cipate in  this  EAP?

There are  3-4 in-person v is its ,  and some

addit io nal  v is its  may be  done remotely .

Part ic ipat ion is  designe d to  la st  up to  two

years.

V iew the Prido pidine  

Drug Science We binar  

https://b it . ly/3QZxU8I

V iew  the Pridopidine  

EA P on the MG H webs ite  

https://b it . ly/3uni3I c

V i e w  the P r i d op i d i n e  

 E A P  o n  C l i n i c al T r i a l s . g o v  

h t tp s : / / b i t . l y /3M L Z D r c

https://bit.ly/3QZxU8I
https://bit.ly/3QZxU8I
https://bit.ly/3QZxU8I
https://bit.ly/3QZxU8I
https://bit.ly/3uni3Ic
https://bit.ly/3MLZDrc


Visit  NEALS.orgVisit  the FDA website

h t t p s : / / b i t . l y / 3 J x 3 2 r j h ttps://b it . ly/402uapg

 Register  for  Weekly  

Platform Trial  Webinars

https://b it . ly/3TwAt1D

What is  Expanded Access (EA)?  

EA is  a  pathway for  people  with  a

ser ious and l i fe-threatening d isease to

access an investigat ional  product  ( IP)

that  is  not  yet  approved by the Federal

Drug Administrat ion (FDA) .  EA is  an

option for  people  who do not  qual i fy  for

ongoing c l in ical  tr ia ls .  An IP  offered

through EA is  exper imental ,  so  its

effect iveness as a  treatment for  ALS is

not  yet  conf i rmed.  At  th is  t ime,  EA

protocols  have l imited avai labi l i ty  due

to funding and staff ing constraints.

What are the benefits  of  participating

in Expanded Access?

EA provides people  l iv ing with  ALS who

are not  e l ig ib le  for  c l in ical  tr ia ls  the

opportunity  to  access an IP  whi le  the IP

is  being formal ly  tested.  Part ic ipat ion in

EA may a lso contr ibute to  research by

provid ing safety  and b iomarker  data

( indicators of  d isease)  that  may benefit

the greater  ALS research community .  

Information About Expanded Access

General  questions?  Emai l :

mghalsresearch@mgh.harvard.edu

How is  Expanded Access different

from cl inical  tr ials?

The pr imary  purposes of  c l in ical  tr ia ls

are to  formal ly  evaluate IPs and gather

data that  may lead to  FDA approval .

Cl in ical  tr ia ls  have str ict  e l ig ib i l i ty

cr iter ia ,  f requent  in-person v is its ,  and

often include a  p lacebo group.

Part ic ipat ion in  c l in ical  tr ia ls  is  opt ional

and separate from cl in ical  care,  and

cl in ical  tr ia ls  may be conducted by  a

research specia l ist .  

EA protocols  have broader  and more

inclusive e l ig ib i l i ty  cr iter ia ,  fewer  in-

person v is its ,  and do not  have a

placebo group.  Part ic ipat ion in  EA is

considered an extension of  c l in ical  care

and requires oversight  by  the treat ing

cl in ic ian in  addit ion to  FDA and ethics

board compl iance requirements.  

More Info About Expanded Access

https://bit.ly/3Jx32rj
https://bit.ly/402uapg
https://bit.ly/3TwAt1D

