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Forward-Looking Statements 

This presentation includes statements that are, or may be deemed, óóforward-looking statements.ôô In some cases, 

these forward-looking statements can be identified by the use of forward-looking terminology, including the terms 

ñbelieves,ò ñpotentially,ò ñestimates,ò ñanticipates,ò ñexpects,ò ñplans,ò ñintends,ò ñmay,ò ñcould,ò ñmight,ò ñwill,ò 

ñshould,ò ñapproximatelyò or, in each case, their negative or other variations thereon or comparable terminology, 

although not all forward-looking statements contain these words. They appear in a number of places throughout 

this presentation and include statements regarding our intentions, beliefs, projections, outlook, analyses or current 

expectations. 
 

You should read carefully our ñSpecial Cautionary Notice Regarding Forward-Looking Statementsò and the factors 

described in the ñRisk Factorsò sections of our reports on Form 10-K and Form 10-Q filed with the Securities and 

Exchange Commission to better understand the risks and uncertainties inherent in our business. 
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Mission 

To build a leading biopharmaceutical company focused on greatly 

improving the lives of cancer patients by developing and 

commercializing innovative oncology therapeutics. 
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Corporate Overview 
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SL-401 ï Targeted therapy directed to CD123 

Å 7 presentations, including 3 oral presentations, at ASH 2016 on updated clinical data 

Å Phase 2 potentially pivotal program in blastic plasmacytoid dendritic cell neoplasm (BPDCN) 

- Breakthrough Therapy Designation granted by FDA  

- Overall response rate (ORR) >90% in first-line, 69% in relapsed/refractory (R/R) 

Á Majority of responses are complete responses (CR) 

- Regulatory interactions ongoing 

Å Phase 2 trials enrolling in additional CD123+ indications - Potential for significant market expansion 

- AML in remission with high relapse risk 

- Myeloproliferative neoplasms (chronic myelomonocytic leukemia, myelofibrosis, mastocytosis, 

eosinophilic syndrome) 

- Multiple myeloma 

SL-801 ï Novel, oral, small molecule, reversible inhibitor of Exportin-1 (XPO1) 

Å Phase 1 trial in advanced solid tumors 

SL-701 ï Immunotherapy  

Å Phase 2 trial in adult second-line glioblastoma 



Clinical Pipeline Overview 
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BPDCN = blastic plasmacytoid dendritic cell neoplasm; AML = acute myeloid leukemia; r/r = relapsed/refractory; CR = complete response; MRD = minimal residual disease; 

MPN = myeloproliferative neoplasms; GBM = glioblastoma multiforme 
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SL-401 - BPDCN 



BPDCN Overview 
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BPDCN Skin Lesions 

H&E 

CD4 CD56 TCL1 CD123 

BPDCN Bone Marrow 

BPDCN 

background 

ÅHighly aggressive hematologic malignancy derived from 

plasmacytoid dendritic cells (pDC) with poor prognosis 

ÅMedian OS ~12 months (range: 8-15) from diagnosis  

Diagnosis Å World Health Organization (WHO) formalized diagnostic criteria 

(2008) 

- CD4, CD56, CD123, TCL-1, other pDC markers 

Presentation 

and course 

ÅPrimary sites: skin and bone marrow  

ÅSecondary sites: lymph nodes, other viscera, CNS 

ÅOften rapidly degenerates with bone marrow failure 

Unmet 

medical need 

ÅNo approved therapies, standard of care or effective treatments  

ÅCurrent recommendations are clinical trials for both first-line 

and R/R BPDCN 

Riaz et al. Cancer Control, 2014; Pagano et al. Haematologica, 2013 



SL-401: Targeted Therapy Directed to IL-3RŬ (CD123) 

Truncated 
diphtheria 

toxin 

payload

IL-3

SL-401

IL-3R/CD123
Cancer 

cell

CD123 expressed on multiple hematologic cancers:  

Å Blastic plasmacytoid dendritic cell neoplasm (BPDCN) 

Å AML (cancer stem cells [CSCs] and blasts) 

Å Myeloproliferative neoplasms 

Å Myeloma 

Å Hairy cell leukemia 

Å MDS, CML, ALL, Hodgkinôs disease, certain Non-

Hodgkinôs lymphomas, and others 
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SL-401 Rationale and Activity in BPDCN 

High CD123 expression 

(BPDCN skin biopsy [IHC]) 

SL-401 potent activity 

(femtomolar IC50) 

Phase 1/2 trial (completed) 
Å Single 5-day cycle of SL-401 

Å ORR: 78% (7/9); majority CRs 

Å Published in Blood, 2014 
 

Phase 2 trial (ongoing) 
Å Multiple 5-day cycles of SL-401 

Å ORR 84% (27/32); majority CRs 

Å Oral presentations at ASH ó16, EHA ó15, ASCO ó15 



SL-401: Phase 2 Trial (BPDCN) Design and Demographics 

Stage 1 (Lead-in) -  Completed 

ÅBPDCN and R/R AML 

ÅSL-401 daily IV infusion for 5 days, every 3 weeks 

ÅDose escalation 

- 7, 9, 12, or 16 mg/kg/day 

Stage 2 (Expansion) - Enrolling 

ÅBPDCN 

ÅSL-401 daily IV infusion for 5 days, every 3 weeks 

- 12 mg/kg/day (highest tested dose in Stage 1; 

MTD not reached in BPDCN) 
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1As of October 7, 2016 

                                                              n = 321  
BPDCN patients 

Age, years 

Median [range] 72 [29-85] 

Gender [n, (%)] 

Male 26 (81) 

Line of therapy [n, (%)] 

First-line 19 (59) 

     12 ɛg/kg/day      16 

     7 ɛg/kg/day      3 

Relapsed / Refractory 13 (41) 

     12 ɛg/kg/day      13 

Trial Design Demographics 

MTD = maximum tolerated dose 
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Most Common Adverse Events (Ó 15% treatment-related adverse effects, TRAEs ) 

All Grades (%) Grade Ó 3 (%) 

TRAEs All AEs TRAEs All AEs 

Transaminase elevation 52 60 40 42 

Hypoalbuminemia 39 42 0 0 

Chills 31 35 0 0 

Pyrexia 27 42 0 0 

Nausea 23 46 0 0 

Fatigue 23 42 0 8 

Thrombocytopenia 19 19 19 19 

Hypotension 19 19 0 0 

Weight increased 19 27 0 0 

Capillary leak syndrome (CLS)1 19 19 8 8 

Anemia 19 31 11 15 

Decreased appetite 19 23 0 0 

Edema peripheral 23 46 0 0 

SL-401: Adverse Events 

1Two Stage 1 patients had Grade >2 CLS: Grade 5 (7 mg/kg) and Grade 4 (12 mg/kg).   

No Stage 2 BPDCN patients had Grade >2 CLS 

ÅSL-401 has been generally well-tolerated; 

side effects predictable and manageable 

ÅMost common side effects: transient 

transaminase elevation; not dose limiting 

ÅSince implementation of safety 

precautions in lead-in (Stage 1), severe 

CLS not observed in BPDCN 

ÅNo cumulative side effects with multiple 

cycles 



11 

SL-401: Summary of Clinical Activity   

Line of Therapy First-line First-line R / R All lines 

Dose Group All Doses 12 ɛg/kg 12 ɛg/kg All Doses 

n (evaluable) 19 16 13 32 

ORR 18/19 (95%) 16/16 (100%) 9/13 (69%) 27/32 (84%) 

CR/CRc, n (rate) 14 (74%) 13 (81%) 4 (31%) 18 (56%) 

Bridged to SCT, n  

(allo+auto) 

6 

(3+3) 

6 

(3+3) 

1 

(1+0) 

7 

(4+3) 

CRc = clinical complete response: CR in non-skin organs with gross reduction in cutaneous lesions and residual 

microscopic skin disease; SCT = stem cell transplant 



SL-401: Bone Marrow Responses 
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Å62 year old female with extensive BPDCN involving 

skin, bone marrow, lymph nodes, viscera  

ÅReceived 4 cycles of SL-401 and achieved a CR  

ÅBM biopsy at end of cycle 2 shows clearance of CD56+ 

BPDCN cells  
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SL-401: Best Response and Treatment Duration1 
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SL-401: Progression Free and Overall Survival (SL-401, 12 mg/kg/day) 
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