


LOR-2040 CLINICAL 
DEVELOPMENT PROGRAM

• LOR-2040 development strategy in the clinic is focused primarily on combina-
tion administration with established chemotherapy due to strong cooperative 
activity seen preclinically, and the role of R2 downregulation in sensitizing many 
cancers to chemotherapy. Early clinical results have validated this strategy.

•  Based on the target speci�city and excellent single-agent tolerability of 
LOR-2040, it was anticipated that it would contribute minimal additional 
toxicity when added to many chemotherapy or immunotherapy regimens, 
while providing a more e�ective treatment opportunity.

•  The following table summarizes all currently active clinical development 
programs with LOR-2040, including a number of studies sponsored by the U.S. 
National Cancer Institute (NCI) Cancer Therapy Evaluation Program (CTEP).

Current and Completed Trials

PRECLINICAL RESULTS: 
•  LOR-2040 has broad-spectrum activity in preclinical models, 
showing excellent antitumor e�cacy.

•  Antitumor activity of LOR-2040 is achieved at much lower doses 
than toxic dose, demonstrating a broad therapeutic window.

• Strong cooperative e�cacy has been demonstrated 
preclinically with LOR-2040 in combination with a variety of 
chemotherapeutic regimens.

•  Antimetastatic activity of LOR-2040 has been demonstrated 
in standard in vivo  metastasis assays.

• Of importance to leukemia indications, LOR-2040 was 
highly e�ective in lymphoma and erythroleukemia survival 
models in mice  in preventing almost all mortality, and this 
bene�t was sustained in a discontinuation experiment even 
after the drug treatment was stopped.

•  GLP-toxicology studies determined that LOR-2040 
is well tolerated at doses up to 80 mg/kg in acute iv study 
in rhesus monkeys and at doses up to 50 mg/kg/day in 21-day 
repeat dose studies in rats and rhesus monkeys.

• Additional target validation studies conducted by Lorus using 
R2-speci�c siRNA showed that R2 downregulation correlated 
with dose-dependent antitumor activity in mouse models of renal 
cell carcinoma, and that speci�c knockdown of R2 expression 
resulted in antiproliferative activity and cell cycle arrest in vitro.

• The experimental evidence con�rms that the antitumor activity 
of LOR-2040 is attributable to R2 target downregulation and not 
immun ostimulatory factors.

•  For further information, please refer to references 1 and 2.
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(Tumor Weight Prior to Treatment: Approx. 100 mg)

(LOR-2040 and control were administered on Day 2 and continued on alternative days up to Day 71)
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SURVIVAL RATE OF CB-17 SCID MICE BEARING ERYTHROLEUKEMIA (CB7)
TREATED WITH LOR-2040
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LOR-2040 PRECLINICAL EFFICACY IN VARIOUS
HUMAN XENOGRAFT MODELS
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