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INTRODUCTION RESULTS

* Here we assessed the engraftment and immune recovery of NAM-expanded UCBT patients in Cohort 1 and compared their
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RESULTS (CONT)

UCB units before expansion contained a mean total nucleated
cell (TNC) dose of 3.1 x 10//kg and 1.7 x 10° CD34+ cells /kg.
Transplanted NAM-expanded units contained a mean 5.1 x 107
"NCs/kg and 88.4 x10°> CD34+ cells /kg, representing a mean
'NC and CD34+ cell expansion of nearly 2-fold and 50-fold,
respectively.

For NAM expanded transplants, the median time to neutrophil
and platelet recovery was 6 days (range 6-7) and 31 days (15-
40), with >95% cord donor myeloid at 6 days and >95% T-cell
chimerism occurring 26 days post-transplant, respectively.

All three patients achieved cord engraftment (a calculated cord
ANC>500/uL) at median 6 days which was sustained at day 100.

At median follow-up of 11 months (range 4-18), all NAM
expanded patients were alive and GVHD-free.

Immune recovery was brisk: at day 100, mean CD4+ cells were
264/uL and IGA 77 mg/dL. In two of the three patients, an
absolute CD4+ > 200 cells/uL occurred at 17 and 60 days.

Compared to 16 SAA patients who received a single
unexpanded UCBT with haploidentical CD34+ cells at our
Institute from 2013 to 2016, engraftment and Immune recovery
were superior in SAA patients receiving a NAM-expanded UCBT.

CONCLUSIONS

These encouraging results show for the first time that NAM-
expanded UCB can result in rapid cord engraftment, sustained
hematopoiesis and accelerated immune recovery in treatment
refractory, neutropenic SAA patients.

The higher numbers of CD34+ progenitor cells transplanted in
NAM-expanded grafts could potentially overcome graft failure

which limits conventional UCBT for SAA, obviating the need to co-
transplant haploidentical CD34+ cells as a stem cell back-up.

_Imitation: Our findings are based on small pilot study and limited
oy relatively large between-subject variability.

—uture study plan: Cohort 1 is completed and we will proceed to
Cohort 2 to evaluate engraftment and outcome of transplantation
with the NAM-expanded unit alone in 20 SAA patients.
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