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The RAPA-501 Expanded Access

Protocol  (EAP)  wi l l  be  made avai lable

to 40 people  with  ALS at  up to  10 US

research centers.  As per  the ACT for

ALS law,  a l l  EAP part ic ipants need to

be inel ig ib le  for  other  ongoing c l in ical

tr ia ls .  This  EAP is  a  unique opportunity

for  people  with  ALS to  get  access to

an investigat ional  product  ( IP)  and

contr ibute to  c l in ical  research.

RAPA-501 is  s imultaneously  being

studied in  the RAPA-501 Phase 2/3

Expansion Cohort .  The RAPA-501 EAP

wi l l  provide real-wor ld  data to

supplement the RAPA-501 cl in ical

development program.

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 and FDA

requirements.

How many in-p erson visi ts  ar e re q u ired for

the EAP?

There are  up to  7  in-pe rso n v is i t s  fo l low ed by

2 months of  re mo te mo nitor ing .  P lanne d

part ic ipat ion is  up to  8  mo nth s.

W hat im p act could R AP A-501 have on A LS?  

Since R APA-501 is  current ly  in  a  c l in ic al  tr ia l

for  ALS,  i ts  effect  i s  unk no w n.  In  A LS,  certain

inf lamm atory  cel ls  in  the  i mmune sy stem ma y

be  overact ive,  le ading  to  motor  neuron

damage and fa st er  ALS  p ro g re ssion.  RAPA-

50 1 cel ls  are  d esign ed to  balanc e  an

overact ive immu ne  system and s low ALS

pro gress ion.  
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How is  RA PA-501 adm inis tered?  

RAPA-501 is  adm ini stere d as a n  i n t rav e nous

( IV)  infusion.  There  i s  o ne  in-person infusion

administere d e ve ry  6  week s.  A  part ic ipant

may have up to  4  in fusi on s.  

W ho is  el igible  to p ar ticipate in  this  EAP ?

People  with  ALS who are  n ot  e l ig ib le  for  othe r

tr ia ls  may be  e l ig i b le  to  p art ic ipate.  T o l ea rn

if  yo u maybe  el ig ib le ,  rea ch out  to  a

part ic ipat ing re searc h ce nte r .
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W hat is  RAPA -501?

RAPA-501 is  a  re g ulatory  T-ce l l  ther a py being

studied in  ALS.  R APA-5 01 c el ls  are  m a de

from a  part ic ipant ’ s  o wn T  ( imm u n e)  c e l ls .  T-

ce l ls  are  f i l tered f rom the  b loo d and  modif ied

in  a  laboratory  to  be co me  RAPA-501 cel ls .

https://rb.gy/hlqf31
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Visit  NEALS.orgVisit  the FDA website
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 Register  for  Monthly

EAP Webinars

https://b it . ly/43GuegQ

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  known.  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/43GuegQ
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