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Forward-looking Statement 
Certain statements in this presentation constitute “forward looking statements” relating to QLT's 
business, operations and clinical programs within the meaning of the Private Securities Litigation 
Reform Act of 1995 and constitute “forward looking information” within the meaning of applicable 
Canadian securities laws.  Such statements may include, but are not limited to: statements about 
future data from QLT's clinical program; expectations for timing to initiate studies and to receive and 
report on data from clinical studies; further investigations and analyses that are planned or may be 
conducted; future plans for QLT's technology, clinical programs, clinical development and regulatory 
pathways; statements concerning potential treatment benefits, safety, target indications, target 
markets, potential intellectual property protection, potential benefits from orphan drug designations, 
and success of clinical programs, technology and products. Forward-looking statements are 
predictions only which involve known and unknown risks, uncertainties and other factors that may 
cause actual results to be materially different from those expressed in such statements. Many such 
risks, uncertainties and other factors are taken into account as part of the assumptions underlying 
these forward-looking statements and include, among others, the following: uncertainties relating to 
the timing and results of the clinical development and commercialization of products and technologies, 
and the associated costs of clinical programs; the timing, expense and uncertainty associated with the 
regulatory approval process for products to advance through development stages; uncertainties 
regarding the impact of competitive products and pricing; risks and uncertainties associated with the 
safety and effectiveness of technology; risks and uncertainties related to the scope, validity, and 
enforceability of  intellectual property rights and the impact of patents and other intellectual property of 
third parties; and general economic conditions and other factors described in detail in QLT’s Annual 
Report on Form 10-K, Quarterly Reports on Form 10-Q and other filings with the U.S. Securities and 
Exchange Commission and Canadian securities regulatory authorities. Forward looking statements 
are based on the current expectations and QLT does not assume any obligation to update such 
information to reflect later events or developments except as required by law.  The views of Dr. Scholl 
expressed during this presentation are his personal views and do not necessarily represent the views 
of QLT.  QLT expressly disclaims any liability with respect to the views, opinions and beliefs expressed 
by Dr. Scholl. 
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QLT091001: replacement of 11-cis-retinal with 9-cis-retinal 

Vitamin A  
in normal cycle 

Mutation defect  
blocks recycling of 
chromophore needed 
for vision 

QLT091001 
enters cycle 

here 

Modified from Palczewski, Trends Pharmacol. Sci. 2010 

Presenter
Presentation Notes
RATIONALE: 
11-cis-retinal is unstable and not amenable to pharmacological treatment
RPE65 and LRAT mutations both lead a block in the retinoid cycle and absence of the chromophore 11-cis- retinal
We wanted to test the hypothesis that supplementing a prodrug for the alternative chromophore 9-cis-retinal is safe and efficacious in subjects with RP due to RPE65 or LRAT mutations






Study Design 
• Open-label, multi-center, Phase 1b re-treatment trial  
• Leber congenital amaurosis (LCA) and retinitis pigmentosa 

(RP) patients with LRAT or RPE65 mutations who had 
received a single 7-day treatment course of QLT091001 
(10 mg/m2, 40 mg/m2) in a previous trial (RET IRD 01) 

• Main outcome measures: ETDRS VA and Goldmann visual 
fields (converted into functional retinal area) 

• Full Field ERG, OCT and FAF 
• Physical exams (including ECG and clinical laboratory tests) 

• Tested at screening, Day 0, Day 7, 14, 30, and 60 then 
every 2 months until start of next treatment course; follow-
up to Month 6 after last treatment course 

• Up to three 7-day treatment courses (10 mg/m2, 40 mg/m2, 60 mg/m2) 



Subjects and Dosages 



Demographics 

Characteristics   
LCA 

(N=13) 
RP 

(N=14) 
Total 

(N=27) 
                
Age (y) Mean 19.9   28.9   24.6   
  SD 9.3   12.6   11.8   
  Min. 9.1   7.4   7.4   
  Max. 39.9   57.0   57.0   
                
Age Categories in years   5-11  2 (15%) 1 (7%) 3 (11%) 

12-17 6 (46%) 1 (7%) 7 (26%) 
  18-65 5 (38%) 12 (86%) 17 (63%) 
                
Gender Male 4 (31%) 8 (57%) 12 (44%) 
  Female 9 (69%) 6 (43%) 15 (56%) 
                
Race Caucasian 7 (54%) 7 (50%) 14 (52%) 
  Black 0   0   0   
  Asian 2 (15%) 6 (43%) 8 (30%) 
  Hispanic 3 (23%) 1 (7%) 4 (15%) 
  Other 1 (8%) 0   1 (4%) 
                
Gene Deficiency LRAT 7 (54%) 5 (36%) 12 (44%) 
  RPE65 6 (46%) 9 (64%) 15 (56%) 
                



Subject Disposition Summary 
27 subjects enrolled in RET IRD 02; 13 LCA and 14 RP 

• Overall, 71 treatment courses administered 
 
 
 
 
 
 

 

LCA RP Total 
Course 1 13 14 27 

Course 2 11 12 23 

Course 3 10 11 21 

• Wide range in elapsed time since patients were treated in 
the single course trial (7-32 months)  

• Duration of each course in the retreatment trial also 
varied widely between subjects for each course and also 
varied between courses (1-13 months) 

 



Percent change from baseline in functional retinal 
area of the primary isopter for RP subjects (ITT)  

20 % Improvement 
Line 

 Mean duration of GVF response: 204 days 



Percent change from baseline in functional retinal 
area of the primary isopter for LCA subjects (ITT)  

20 % Improvement 
Line 

 Mean duration of GVF response: 286 days 



RP Functional Retinal Area Responders (ITT) 



LCA Functional Retinal Area Responders (ITT) 



Median change from baseline in visual 
acuity for RP and LCA subjects (ITT) 

 Mean duration of VA response (RP): 158 days 
 Mean duration of VA response (LCA): 290 days 



 
 
 
 
 
 
 
 
 

Visual Acuity Responders (ITT) 



Safety 

• AEs consistent with the retinoid class and were transient and/or reversible 
– Headache, fatigue, erythema, photophobia, nausea, flushing and vomiting 
– Elevations in triglycerides, LDL, cholesterol, AST and ALT levels; reduction in HDL 

• Single case of pseudotumor cerebri observed:  
– Resolved without complications 
– Marketed retinoids contain warnings about the possibility of occurrence  

    Number (%) of Subjects 
    LCA 

(N=13)   
RP 

(N=14)   
Total 

(N=27) 
                    
All adverse events   13 (100.0%)   14 (100.0%)   27 (100.0%) 
                    
All adverse drug reactions (ADR)   13 (100.0%)   13 (92.9%)   26 (96.3%) 
                    
Treatment discontinuation due to AEs   1 (7.7%)   0     1  (3.7%) 
Treatment discontinuation due to ADRs   1 (7.7%)   0     1  (3.7%) 
                    
Serious adverse events   1 (7.7%)   0     1  (3.7%) 
Serious ADR   1 (7.7%)   0     1  (3.7%) 

Deaths   0     0     0   
Treatment discontinuation due to SAEs   1 (7.7%)   0     1  (3.7%) 
Other SAEs   0     0     0   

                    



Conclusions 
• Majority of study subjects were responders to treatment, 

as assessed by either functional retinal area and/or visual 
acuity changes from baseline 

• 10 of 13 LCA subjects (77%), and 12 of 14 RP subjects (86%) were 
classified as responders within 6 months of any treatment in at least 
one eye for either functional retinal area or visual acuity 

• Treatment with up to 3 courses of QLT091001 Oral 
Solution for 7 days demonstrated an acceptable safety 
profile 

• The incidence of ADRs did not increase with successive treatment 
courses 

• Most ADRs were either mild (78%) or moderate (18%) in intensity 
• Headache and fatigue most common treatment related AEs 
• One treatment-related SAE resolved without complications 
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GVF Isopters Tested 
RP Primary 

Isopter 
Other Isopters 

110 III-4e IV-4e, V-4e 

111 III-4e V-4e 

117 III-4e II-4e 

118 III-4e II-4e, IV-4e, V-4e 

202 IV-4e II-4e, III-4e, V-4e 

301 IV-4e V-4e 

302 V-4e none 

303 V-4e IV-4e 

304 V-4e none 

401 V-4e III-4e, IV-4e 

402 V-4e III-4e, IV-4e 

403 III-4e I-4e, II-4e, V-4e 

601 III-4e IV-4e 

701 IV-4e II-4e, III-4e 

LCA Primary 
Isopter 

Other Isopters 

101 III-4e I-4e, II-4e, IV-4e 

102 II-4e III-4e, IV-4e 

103 V-4e III-4e 

104 V-4e III-4e, IV-4e 

106 II-4e I-4e, III-4e 

107 IV-4e III-4e, V-4e 

108 III-4e I-4e, II-4e, V-4e 

109 III-4e I-4e, II-4e, V-4e 

112 II-4e I-4e, III-4e, V-4e 

113 III-4e I-4e, II-4e, IV-4e, V-
4e 

114 IV-4e III-4e, V-4e 

115 IV-4e II-4e, III-4e, V-4e 

116 V-4e IV-4e 



Subject Disposition 
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