
Key Considerations
•Stemline’s portfolio currently consists of 
three clinical stage oncology therapeutics 
that have potentially broad application 
in a large number of blood-borne and 
solid tumors. Stemline is headquartered 
in Manhattan, NYC where CEO Ivan 
Bergstein, MD leads a highly experienced 
team with significant track records in 
clinical development, regulatory strategy 
and approvals, l icensing, finance, 
reimbursement, and commercial market 
access.  
•Stemline is enrolling patients in multiple 
Phase 2 trials of its lead compound 
SL-401, with the potential for significant 
expansion into numerous additional 
indications.
•The most advanced indication is 
BPDCN, a rare and difficult to treat 
malignancy of the immune system, 
for which SL-401 has been shown to 
be effective in achieving high Overall 
Response Rates (ORR) in both first-line 
and relapse/refractory patients, including 
achieving multiple Complete Responses 
(CRs) in previously untreated patients.
•Data from 24 patients in a Phase 2 
study of SL-401 in BPDCN led the FDA 
to grant SL-401 Breakthrough Therapy 
Designation (BTD). BTD elevates the 
attention and priority given to the 
program by the FDA and, depending on 
the strength of additional data, could lead 
to expedited marketing approval. 
•A meeting with the FDA is expected 
before year-end, and should provide 
c l a r i t y  a r o u n d  t h e  r e g u l a t o r y 
requirements for potential approval of 
SL-401 in BPDCN.
• Three other clinical studies of SL-401 
are underway in additional malignancies 
(six different indications) including: 
Acute Myeloid Leukemia (AML),  high risk 
myeloproliferative neoplasms (MPN), and 
relapsed/refractory multiple myeloma.

•Updates on SL-401 clinical outcomes 
in BPDCN and other indications are 
expected to be presented at the annual 
meeting of the American Society of 
Hematology (ASH) in San Diego, 
December 3-6.
•Two  add i t i ona l  c l i n i ca l  s t age 
t h e r a p e u t i c s ,  s u b c u t a n e o u s 
immunotherapy (SL-701) and the novel 
small molecule XPO1 inhibitor (SL-
801) are in Phase 2 and Phase 1 trials, 
respectively, and key data readouts are 
expected later this year and into next 
year. 
•Current analyst coverage is provided 
by Ladenburg Thalmann ($41), H.C. 
Wainwright ($38), ROTH ($32), Jefferies 
($23), Wedbush ($15), and Cowen (PT 
pending). 
• In s t i t u t i on s  and  in s ide r s  own 
approximately 75 percent of STML 
common shares. 

sL-401 in BPdCn
SL-401 is a targeted therapy directed 

to the interleukin-3 receptor (IL-3R; 
CD123). SL-401 is comprised of human 
IL-3 recombinantly fused to a truncated 
diphtheria toxin payload. It has an affinity 
for CD123+ tumor bulk and cancer stem 
cells.  It burrows into CD123+ cells, where it 
releases its toxic payload, causing tumor cell 
death, while largely sparing normal tissues.  

Cancer stem cells are believed to be major 
contributors to treatment failure, relapse and 
metastasis.  The hope is that by targeting 
cancer stem cells, you will not only kill the 

currently targeted tumors, but you will also 
prevent or minimize the chances of the 
cancer coming back or spreading. 

CD123+ is overexpressed by Blastic 
Plasmacytoid Dendritic Cell Neoplasm 
(BPDCN) and by multiple other forms 
of blood-borne cancers, such as AML, 
myeloproliferative neoplasms, multiple 
myeloma, chronic myeloid leukemia, 
Hodgkin’s lymphoma and other lymphomas. 
In addition, CD123+ cells also appear to 
play a role in a number of non-cancerous 
diseases, such as certain autoimmune 
disorders where SL-401 may have potential 
as well. 

BPDCN is a highly aggressive cancer with 
a dire prognosis.  It primarily manifests in 
the bone marrow and skin, often leading to 
rapid bone marrow failure, infection, and 
death.  Secondary sites of disease are lymph 
nodes, other viscera, and the central nervous 
system. First line BPDCN patients rarely live 
past 12 months after diagnosis, and relapsed/
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Noteworthy and Recent: U.S. FDA grants Stemline’s lead candidate SL-401 Breakthrough Therapy Designation, 
putting it on track to potentially become the first treatment approved for Blastic Plasmacytoid Dendritic Cell Neoplasm 
(BPDCN), a rare and deadly blood-borne cancer of the immune system.  Impressive results in BPDCN have been reported 
in clinical studies to date. The FDA and EMA earlier granted the compound Orphan Drug status in BPDCN as well as in 
acute myeloid leukemia. An upcoming meeting with the FDA is expected to provide details on the remaining requirements 
needed to obtain marketing approval in BPDCN. Near-term data updates are scheduled for key U.S. medical meetings 
(ASH) in December. Stemline’s cash/cash equivalents/investments at June 30, 2016 stood at $81.2 million. 
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Notable & Upcoming
√ ASCO - SL-401 86% 
Overall Response Rate in 
BPDCN
√ BTD – Breakthrough 
Therapy Designation 
granted by FDA
√ $81.2 Million--cash/
equivalents/investments as 
of June 30, 2016
— 4Q16--FDA regulatory 
review of SL-401
— 4Q16--Multiple Phase 2 
Updates for SL-401 at ASH
— 4Q16--Phase 2 Update for 
SL-701 at SNO 
— 2Q17--Phase 1 data for 
SL-801 expected around 
ASCO



refractory patients unfortunately live far less 
than that.

The current therapeutic objective is to 
shrink or stabilize the cancer sufficiently 
to enable the patient to endure a long term 
remission with improved quality of life and/or 
to undergo bone marrow transplant following 
SL-401-induced durable remission.  Prior 
to the introduction of SL-401, few patients 
achieved encouraging durable clinical 
responses due largely to the inadequacy of 
chemotherapy. There is no approved therapy 
or recognized standard of care for BPDCN 
and no effective therapy for the disease.  

SL-401’s strong clinical potential in 
BPDCN first became evident in a investigator-
sponsored Phase 1/2 study of nine evaluable 
patients (Blood, 2014). In this trial, a single 
cycle of SL-401 achieved Overall Responses 
in seven patients, including Complete 
Responses in five patients, resulting in a 78 
percent Overall Response Rate. 

The currently enrolling Phase 2 trial of 
SL-401 in BPDCN is building on the early 
data.  It has enrolled 32 adult BPDCN 
patients, with nine centers open in North 
America.

Results of the first 14 evaluable BPDCN 
patients treated with multiple cycles of SL-401 
were reported at ASH in 2015.  Overall 
Response was achieved in 100 percent of first 
line patients (9/9 patients) and 60 percent of 
relapsed/refractory patients (3/5).  Complete 
Response was achieved in 57 percent of all 
BPDCN patients evaluated.  

At ASCO (June 2016), the number of 
patients with available Phase 2 data increased 
to 21, two-thirds of which were first line. 
The Overall Response Rate was 86 percent 
(18/21) for all patients at all dose levels. 

The 12 first line patients treated at the 
dose of 12 ug/kg had a 100 percent Overall 
Response Rate with 11, or 92 percent, 
achieving a Complete Response. Two patients 
had Partial Responses and five patients went 
on to bone marrow transplants. 

The seven relapsed/refractory patients had 
an Overall Response Rate of 57 percent. One 
patient went on to a bone marrow transplant 
following an SL-401-induced remission.  

Response duration data is maturing and 
appears promising. Seventy-five percent 
of first-line patients receiving SL-401 were 
reported progression-free at 3-16 months.  
Overall survival is trending favorably as well.

Stemline is compiling new outcome data 
leading up to its next meeting with the FDA, 
which is expected shortly before year-end.  
The company is investing in key infrastructure 
to support a filing for potential marketing 
approval, ramping up its pre-commercial 
activities, conducting a disease awareness 
campaign, and evaluating the potential of 
SL-401 in other diseases, both malignant and 
non-malignant.

The next data release is expected at ASH in 
San Diego, December 3-6.

sL-401 in other MaLignanCies
Three other CD123-positive cancers are 

being studied in Stemline-sponsored clinical 
studies: 

--Acute Myeloid Leukemia (AML) - 
Stemline is currently conducting a Phase 2 trial 
of SL-401 in AML patients who have achieved 
remission with chemotherapy but are at 
high risk of relapse due to the presence of 
residual chemotherapy-resistant microscopic 
leukemia cells in the bone marrow known as 
Minimum Residual Disease, or MRD.

Approximately 30 patients are expected to 
be treated at up to 15 North American sites. 

Early data is scheduled for presentation 
this coming December at ASH.

--Myeloproliferative Neoplasms (MPN) 
is a class of high-risk blood-borne cancers 
for which there currently are no effective 
treatments in many instances including when 
patients progress after, or cannot tolerate, 
an initial therapy. Certain high-risk MPNs, 
including systemic mastocytosis, advanced 
symptomatic hypereosinophilic disorder, 
myelofibrosis, and chronic myelomonocytic 
leukemia share a common trait with BPDCN, 
AML, and multiple myeloma in that many 
are associated with CD123, the primary 
target of SL-401. 

A Phase 2 trial is currently enrolling 
patients with any one of four different types 
of MPN at 10-15 North American sites. 

Early data is expected later this calendar 
year at ASH.

--Multiple Myeloma - Stemline is currently 
conducting a Phase 1/2 trial in relapsed 
multiple myeloma.  In this trial Stemline 
is combining SL-401 with pomalidomide 
(Celgene), a standard of care.  Approximately 
thirty patients who have failed at least two 
prior therapies are expected to be treated at 
five sites in North America.  

Early data is expected later this calendar 
year, possibly at ASH.

sL-701
Stemline is currently conducting a Phase 

2 study of this ‘off-the-shelf,’ subcutaneously 
administered immunotherapy in adult 
second line glioblastoma multiform (GBM), 
the most virulent form of brain cancer. The 
FDA has granted SL-701 Orphan Drug status 
in this indication.

Stage 1 of the two-stage SL-701 trial 
enrolled 46 patients and enrollment has been 
completed. Patients are continuing to be 
followed. The second stage has also recently 
completed enrollment at 13 North American 
sites, with 28 patients enrolled. Stage 2 is 
combining SL-701 with Avastin (Roche) 
(generic: bevacizumab), the currently 
conditionally approved second-line GBM 
therapy.

 Early data are expected to be released 
at this year’s annual meeting of the Society 
of Neuro-Oncology (SNO) in Scottsdale, 
November 17-20.

sL-801
A mul t i -center ,  open- label ,  dose 

escalation Phase 1 study of this orally-dosed 
small molecule in patients with advanced 
solid tumors is underway.  Approximately 
45 patients are expected to be enrolled at 
five U.S. sites with initial data expected to 
be reported around the American Society of 
Clinical Oncology (ASCO) in Chicago, June 
2-6, 2017.  

The clinical rationale behind SL-801 is its 
ability to block XPO1, a nuclear transport 
protein. XPO1 is overexpressed in a number 
of solid and hematologic cancers and is a 
clinically validated target in oncology. 

SL-801 is a potent, reversible XPO1 
inhibitor. SL-801’s novel reversible inhibition 
of XPO1 may allow a dosing schedule 
that maintains clinical efficacy while also 
providing a favorable side effect profile. 

SL-801 Phase 1 clinical trial updates are 
expected later this year and into next year.
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suMMary Points
• SL-401 data in BPDCN provided the basis for the FDA to grant the candidate 

Breakthrough Therapy Designation.
• The FDA describes the designation as being reserved for new drug candidates 

‘intended to treat a serious condition and where the preliminary clinical 
evidence suggests substantial improvement over available therapies.’

• At the discretion of the FDA, a breakthrough designation can lead to an 
expedited path for marketing approval.

• A November-December meeting is being scheduled with the FDA to review 
updated results of SL-401 in BPDCN and to detail the remaining steps for 
possible filing for marketing approval.

• A regular stream of data updates can be expected during the coming months 
and into next year, starting with SNO in November and ASH in early 
December.

• Stemline is well-financed with $81.2 million in cash/cash equivalents/
investments at June 30, 2016. 


