


This presentation contains forward-looking statements within the meaning of the "safe harbor" provisions of the Private Securities Litigation Reform

Act of 1995, as amended. These forward-looking statements include, but are not limited to, the design of clinical trials and expected timing for

release of data; the anticipated clinical development milestones and other potential value drivers in the future; the expected benefits of our

collaborations, the expanded capability of Sangamo’s technologies; the research and development of novel gene-based therapies and the

application of Sangamo’s ZFP technology platform to specific human diseases; successful manufacturing of our product candidates; the potential

of Sangamo’s genome editing technology to safely treat genetic diseases; the potential for ZFNs to be effectively designed to produce IDS through

genome editing; plans to conduct controlled withdrawal of weekly ERT infusions in MPS II subjects in the CHAMPIONS Study; anticipated next

steps for the CHAMPIONS Study, including safety monitoring committee review; and Sangamo’s expectation that it will present longer-term safety

and efficacy results from the CHAMPIONS Study in February at the 2019 WORLDSymposium meeting. These statements are based upon our

current expectations and speak only as of the date hereof. Our actual results may differ materially and adversely from those expressed in any

forward-looking statements as a result of various factors and uncertainties. Factors that could cause actual results to differ include, but are not

limited to, the dependence on the success of clinical trials of lead programs, the lengthy and uncertain regulatory approval process, uncertainties

related to the timing of initiation and completion of clinical trials, whether clinical trial results will validate and support the safety and efficacy of

Sangamo’s therapeutics, risks and uncertainties related to early data, whether the early data from the CHAMPIONS Study will be representative of

final results, whether the final results from the CHAMPIONS Study will validate and support the safety and efficacy of SB-913, and the reliance on

partners and other third-parties to meet their obligations. Further, there can be no assurance that the necessary regulatory approvals will be

obtained or that Sangamo and its partners will be able to develop commercially viable gene-based therapeutics. Actual results may differ from

those projected in forward-looking statements due to risks and uncertainties that exist in Sangamo’s operations. These risks and uncertainties are

described more fully in Sangamo’s Annual Report on Form 10-K and Quarterly Reports on Form 10-Q as filed with the Securities and Exchange

Commission. Forward-looking statements contained in this presentation are made as of the date hereof, and Sangamo undertakes no obligation to

update such information except as required under applicable law.
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INDs open

Study initiated

7 sites active

6 subjects treated (2 at highest dose)
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US

• Orphan Drug

• Fast Track

• Rare Pediatric Disease

EMA • Orphan Medicinal Product

CTA granted

Plan to initiate U.K. study by YE 2018
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10* total AAV dose which includes 2 ZFN and 1 donor vector in a fixed ratio of 1:1:8
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Data cut: 10 JUL 2018

Subject 

Characteristics Overall (N=5)

Age (Years)

n 5

Min-Max 19 - 61

Mean (SD) 37.4 (17.24)

Sex, n (%)

Male 5 (100%)

Race, n (%)

Asian 1 (20.0%)

White 4 (80.0%)

Subject Dose 

Cohort

Follow-Up 

(Weeks)

1 1 32

2 1 24

3 2 16

4 2 11

5 3 2

Demographics Approx. Exposure
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•

Data cut: 31 AUG 2018

* Urine total GAG measured by validated 1,9-dimethylene blue (DMB) colorimetric assay 

** Urine dermatan sulfate and heparan sulfate measured by validated MS-MS assay 

(liquid chromatography followed by tandem-mass spectrometry)

Total GAG*

% Change at 

16 weeks

Mean (SD)

Dermatan Sulfate**

% Change at 

16 weeks

Mean (SD)

Heparan Sulfate**

% Change at 

16 weeks

Mean (SD)

Cohort 1 (Subject 1) +13.0 -14.5 -15.6

Cohort 1 (Subject 2) +4.8 +22.6 -31.4

Cohort 1 Mean (SD) +8.9 (5.8) + 4.1 (26.2) -23.5 (11.2)

Cohort 2 (Subject 3) -62.5 -47.4 -69.9

Cohort 2 (Subject 4) -39.1 -16.3 -53.0

Cohort 2 Mean (SD) -50.8 (16.5) -31.8 (22.0) -61.5 (12.0)
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Total GAG
% Change at 16 weeks
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Study Day (post-dosing)

*

*sample obtained 4 days after hospitalization for SAE of atrial fibrillation, subject was 

hypotensive for several hours

Subject 1

Subject 2

Subject 3

Subject 4

Urine total GAG measured by validated 1,9-dimethylene blue (DMB) colorimetric assay 

5e12 vg/kg 1e13 vg/kg

Data cut: 31 AUG 2018
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Dermatan Sulfate
% Change at 16 weeks
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Cohort 1 (N=2) Cohort 2 (N=2)

Study Day (post-dosing)

*

*sample obtained 4 days after hospitalization for SAE of atrial fibrillation, subject was 

hypotensive for several hours

Subject 1

Subject 2

Subject 3

Subject 4

Urine dermatan sulfate and heparan sulfate measured by validated MS-MS assay 

5e12 vg/kg 1e13 vg/kg

Data cut: 31 AUG 2018
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Heparan Sulfate
% Change at 16 weeks
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Cohort 1 (N=2) Cohort 2 (N=2)

Study Day (post-dosing)

*

Subject 1

Subject 2

Subject 3

Subject 4

*sample obtained 4 days after hospitalization for SAE of atrial fibrillation, subject was 

hypotensive for several hours

Urine dermatan sulfate and heparan sulfate measured by validated MS-MS assay 

5e12 vg/kg 1e13 vg/kg

Data cut: 31 AUG 2018
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16*Lower limit of detection is 5.2 nmol/hr/mL

Data cut: 31 AUG 2018
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N = Total number of subjects in each treatment group; 

n = Number of subjects with adverse event for each preferred term; 

[T] = Total number of adverse events; Data cut: 10 JUL 2018

Preferred Term

Cohort 1

(N=2)

n [T]

Cohort 2

(N=2)

n [T]

Cohort 3

(N=1)

n [T]

Overall

(N=5)

n(%)[T]

Any Event 2 [5] 1 [5] 0 [0] 3 (60.0) [10]

ALT increased 0 [0] 1 [1] 0 [0] 1 (20.0) [1]

AST increased 0 [0] 1 [1] 0 [0] 1 (20.0) [1]

Asthenia 1 [1] 0 [0] 0 [0] 1 (20.0) [1]

Cold sweat 1 [1] 0 [0] 0 [0] 1 (20.0) [1]

Dizziness 1 [1] 0 [0] 0 [0] 1 (20.0) [1]

Erythema 0 [0] 1 [2] 0 [0] 1 (20.0) [2]

Flushing 0 [0] 1 [1] 0 [0] 1 (20.0) [1]

Pruritus 1 [2] 0 [0] 0 [0] 1 (20.0) [2]
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Data cut: 10 JUL 2018
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Data cut: 10 JUL 2018
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albumin
gene
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transgene

transgene

+

zinc finger nucleases

Strong albumin promoter 

AAV vectors
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Therapeutic Area Research Preclinical Phase 1/2 Collaborator

Inherited Metabolic Diseases

MPS I (SB-318)

MPS II (SB-913) 

Fabry Disease (ST-920)

Hematology

Hemophilia A (SB-525)

Hemophilia B (SB-FIX)

Beta-thalassemia (ST-400)

Sickle Cell Disease (BIVV-003) 

CNS Diseases

Tauopathies

ALS/FTLD - C9ORF72

Huntington’s Disease

Oncology

Autologous and Allogeneic CAR/TCR/NKR

Immunology

Undisclosed Autoimmune Disease Targets

Investigator Sponsored Clinical Research

HIV (T cell and Stem Cell) 

25
Gene Therapy Genome Editing Cell Therapy Gene Regulation
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