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• RGI-2001 is a liposomal formulation of 
the CD1d ligand α-GalCer that can 
activate natural killer T (NKT) cells 
and T-regulatory cells (Tregs).

• RGI-2001 was tested in a Phase 2b 
study for acute graft-vs-host-disease 
(aGHVD) prevention with 
tacrolimus/methotrexate (Tac/MTX) in 
patients undergoing allogeneic 
hematopoietic stem cell transplant 
(alloHSCT).

• Blood samples were collected and 
evaluated for expansion of NKT, Tregs, 
and other immune cell subsets.

• Patients receiving RGI-2001 had 
reduced aGVHD compared to a control 
cohort.

• The levels of NKT and Tregs are higher 
in patients who do not develop aGVHD 
who received RGI-2001.

• aGVHD occurs when donor-derived T 
cells attack the immunosuppressed 
recipient, leading to significant 
morbidity and mortality. 

• NKT and Treg cells are associated with 
the prevention of aGVDH without 
compromising general immune 
function.

• In a previous Phase IIa study, patients 
received a single dose of 100 ug/kg 
RGI-2001 which led to an elevation in 
Treg counts associated with a reduction 
in aGVHD.

• This Phase IIb study explored the 
effects of repeated dosing of RGI-2001. 
It provides further evidence regarding 
RGI-2001’s impact on aGVHD, Treg 
expansion and NKT cell populations. 

Acute and Chronic GVHD 

Introduction 

Baseline characteristics Abstract and Study Design

RGI-2001 Treatment-Related AEs 

Overall survival, relapse and GVHD outcomes 

Summary 

Acute and chronic GVHD outcomes 

Absolute T, Treg, NK T, and NK cell counts

• Patients treated with RGI-2001 
and Tac/MTX had significantly 
lower rates of Grade II-IV aGVHD 
100 and 180 days  post-alloHSCT 
compared to CIBMTR control. 
Overall survival is significantly 
increased while relapse is not 
changed for patients receiving RGI 
2001.

• Flow cytometry studies indicate 
peripheral NKT expansion at D28 
in patients receiving clinical 
benefit from RGI- 2001.

• The mean levels of absolute Tregs 
at Day 42, 1 week following the 
last dose of RGI-2001, was higher 
in subjects who were alive and had 
not developed Grade II-IV 
aGVHD by Day 180 compared 
with those who had died and/or did 
develop aGVHD.

• A large percentage of activated 
Tregs were proliferating, with 
activated Tregs proliferating to a 
greater extent compared with 
nonactivated Tregs. The 
proliferation was greater in after- 
treatment compared to baseline 
samples. This effect was also 
observed in the single-dose study 
(Phase 1/2a RGI-2001-002). 

• The results from exploratory 
correlative analyses are consistent 
with the proposed mechanism of 
action of RGI-2001. RGI-2001 
may induce activation and 
proliferation of NKT cells, leading 
to a reduction in aGVHD by 
increasing the proliferation of 
activated Tregs. 
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