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Novel MOA [/ Phase Phase Phase
Unique Characteristics 1

Program / Indication

EDSIVO™ (celiprolol)

vEDS (COL3A14)

Improves hemodynamic stability; decreases
vascular resistance

ACER-001 (reformulated sodium phenylbutyrate)

uco Comparable to Buphenyl; taste-masked >

Inhibition of BCKD kinase to increase BCAA
metabolism

MSUD

Key Regulatory Milestones

= NDA submission for EDSIVO™ (VEDS) expected early Q4 2018
= NDA submission for ACER-001 (UCD) anticipated late Q4 2019*

AF&E: Acer
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A& Journal of Thoracic Oncology(2007)
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1 AIC is less than 9%, consider Monotherapy. |

A is greater than or equal to 9%, consider Dual Therapy. |

AL is greater than or equal to 10%, blood glucose is greater than or egqual to 300 mgsdL,
| ar patient is markedly symptomatic, consider Combination Injectable Therapy (See Figure 8.2).

Monotherapy Lifestyle Management + Metformin

Initiate matfarmin therapy if no contraindications® (See Table 81}

AIC at target Yes: - Monitar AIC every 3—6 months
after 3 months

of monotherapy? Mo - Assess medication-taking behavior

- Consider Dual Therapy

L J
id Dual Therapy Lifestyle Management + Metformin + Additional Agent

ASCVD? Yes: - Add agent proven to reduce major adverse
cardiovascular events and/or cardiovascular mortality
(see recommendations with * on p. 575 and Table 8.1)

Na: - Add second agent after consideration of drug-specific effects
and patient factors (See Table 813

AIC at target Yes: - Monitor AIC every 3—6 months
after 3 months
of dual therapy? Ma: - Assess medication-taking behavior

- Consider Triple Therapy

Triple Therapy Lifestyle Management + Metformin + Two Additional Agents

add third agent based on drug-specific effects and patient factors” (See Table 81

AIC at targat Yes: - Monitor AIC every 36 menths
::t;:;:':“"':ﬁ Me: - Assess medication-taking behavior

- Consider Combination Injectable Therapy {See Figure 8.2

L J

md Combination Injectable Therapy {See Figure 8.2)

21&: ADA
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